S1EVIUAVUAUYSQ

mswaumuiaanidvulongiwaauuauunmisaadutd
1WondhednsSunnasmsiidsimuwvlus:uugumw
mnAsgudvUs:inAlngy

Development of policy options to support reimbursement decision on high-cost
health interventions in Thailand’s public healthcare system

nUMWuUS 2567

Au358
SA. as.2sstund 2asydusy / Wanrudee Isaranuwatchai, PhD.

as. uw.gA dsdcuuiuun / Yot Teerawattananon, PhD.
Saudamini Vishwanath Dabalk
Dian Faradiba /% ve 9@

Dr. Dimple Butani ..:.0:.
Annapoorna Prakash % W N
Dr. Nyi Nyi Zayar, PhD. \.‘, m
nuIsS Wl / Kumaree Pachanee R .

noy.yad laucry / Budsadee Soboon \ }'

noy.wstunns laaauum / Phornnaphat Chertchinnapa .
Tasvnisus:lounalulagdua:ulguigdugumw (HITAP) ° /’

TAsoNisUIASUNURAKUUDINAMUUSIYS:UUANSISTUGY (ddsd.)

A>WIRUNAzUaLaudLUNUSIN tUDNaISUIUUYDVRIIY TTEADIWIRUYDVANIUUSIYS:UUAISISTUGY

Health Intervention and Technology Assessment Program




snguaUuaNyIal

1A5eN153381309 MsRaLImMILEen B lsugwastuayunisanaulaitindnedmiu
wnsn1sndTAwweluszuuguaInnInigveslssmalng
Development of policy options to support reimbursement decision on high-cost

health interventions in Thailand’s public healthcare system

Nu3dy

1. 5A. A3T50UGR BaT1yTanidy TeRGH
2. A5, UNEA ATEImuTIuN A3
3. Ms. Saudamini Vishwanath Dabak AEeteRld
4. Ms. Dian Faradiba et eht
5. Dr. Dimple Butani H33TY
6. Ms. Annapoorna Prakash E:\lli"m"aﬁﬁ
7. Dr. Nyi Nyi Zayar H33TY
8. UNEINUT Wydl 133139
9. neY.yad laysy PEGek

e e e

al_ o

o) o)

i

DD DD D
(as3

10. AEY.NIUANT LAAAUUNN

lasansusziiumalulaguaruleungauaunn (HITAP)

lassnstilasunuaanyuanaaiuidessuuansisaay (@3sd.)
AniukardoduausIUTng luenasiduveaivy
Hlganuiuresan1iuidesEuUas15EY



unAnga (n1elne)

Inermansinsiaunegannduietieau uidinsenudenudBuresssuuasnsagy
uiu Jagiuilinasmsfiugunmiinaiung Wy nsfanges e151Aum wagnansusinsunng
ﬁflgugﬂ (advanced therapy medicinal product #38 ATMP) Faduefivannndy wad LLazL‘ﬁaL?ja
sine 9 wasfusamdmdlunmssnelsn eghslsinunsisewasimunansosidmariisaldane
g9 ftmundedaumantaieatunatilsgemulugae dlieudiulngdnidrlsifennsnsmeani
gUdIIARIUNITTUNITAGIRINA1IT 0199711 N15L 01890135 lusEuUaIS19UdU0IN1AST
Tngangluvszmaselduaragliiunas Wy dssmalng amuwdeuanduguninduingin
sefumelalunans q Uszna Sedsmaduussiuddaivudntulugasnsssusivgvedsainie
h¥alalsw 2019 Mewminalnlul 9 Fadudsdudufeatvayunssviunisfnuauleuigly
Hagtunasfiunisdifiinsinnfifisaiune suiseddndumslasausuiedufidnlddude
Tnefiinguszasdiitednuisnistuiiefuamymelumsliuinsidndteesnaundulssmndlne
nsfinudannsaaslidinoudn 1) wasnisduguamgs Al fifsaunedtowedls 2)
anunnsaidagtuisatunadrfenmaunsdulszmalnaduedasls 3) $38an5ee19lslunns
Usziudoyadmmaiisaiuinasmsduguamifisauns wu Inssuviunsdseifiuemedmiy
1IATNTAUATAINATTIAUNT 991991 TEUIUNNTVRIIATNNTB Y 9 Wil waznalnlunis
\Onanednvnglafiululddmivannsnisduguaimifisiaiung uag 4) nszuunns horizon
scanning Apoxls wagviglriinisinteesimunelaognals
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The advancement in science has come a long way to support our community though, at the
same time, it has threatened the sustainability of the healthcare system. There are many
emerging high-cost health interventions, such as screening, high-cost drugs and advanced
therapy medicinal products (ATMPs). These medicines based on genes, cells and tissues
offer innovative pathways to treat diseases. However, these advancements do come at high
cost of research and development and elevated profit expectations from their developers,
making these interventions inaccessible to most people. These financial pressures may limit
access to treatments in the public healthcare system especially in low- and middle-income
countries such as Thailand. The issue of health inequity based on the income status of
countries remains a concern, which has been visible during the COVID-19 pandemic.
Consequently, there is a need for innovative mechanisms to support the current decision-
making process to enhance better access to these high-cost treatments. In collaboration
with stakeholders, this study aims to address challenges in making reimbursement decisions
on high-cost medicines in Thailand. Specifically, this research can help answer: 1) how to
define emerging high-cost health interventions; 2) what is the current context of access to
high-cost medicines in Thailand; 3) how to evaluate evidence on selected high-cost health
interventions (e.g. are there specific evaluation process for high-cost health interventions,
which differ from other interventions and what reimbursement mechanisms are possible for
the selected high-cost health interventions); and 4) what horizon scanning process is and

how it can help access to high-cost medicines.
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® | apatinib (Breast cancer)

® Pazopanib

(Endometrial Carcinoma)

Ceritinib (Lung cancer)

Ribociclib (Breast cancer)

Sunitinib (Kidney cancer)

Pemetrexed (Lung cancer)

Eribulin (Breast cancer)

(Ovarian cancer)
® Pazopanib (Soft
tissue sarcoma,
Kidney cancer)
® | evonorgestrel
IUD
(Endometrial

Carcinoma)

® | enalidomide** (Myelodysplastic)

® Erythropoietin (Myelodysplastic)

® | iposomal doxorubicin
(Endometrial Carcinoma)

® | eucovorin (Pancreatic cancer,
Cholangiocarcinoma, Gallbladder
cancer)

® Paclitaxel (Endometrial Carcinom
a, Esophagus
cancer’”, Colorectal cancer, Blad
der cancer)

® Oxaliplatin (Esophagus cancer,
Cholangiocarcinoma,
Gallbladder cancer)

® Capecitabine (Pancreatic cancer,
Cholangiocarcinoma, Gallbladder
cancer, Esophagus cancer)

® [fosfamide (Endometrial
Carcinoma, Cervical cancer)

® Gemcitabine (Endometrial
Carcinoma, Soft tissue
sarcoma, Cervical cancer)

® Oral vinorelbine (Breast cancer)
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NICE Guidance

WHO EML - - —
UL Tainiuziin Tsdmenansan

® Anastrozole
(Endometrial Carcinoma)
® [rinotecan (Stomach

cancer, Esophagus cancer)

® Sorafenib (Kidney cancer)

® Megestrol acetate
(Endometrial carcinoma)

® | euprorelin (Prostate cancer)™

® Tamoxifen
(Endometrial carcinoma)

® Pembrolizumab

(Endometrial carcinoma)

® Pamidronate (Myeloma)

® Filgrastim (Adult acute myeloid)

RN8L9R

*FRuazUeIeInIUN1shur1ves WHO EML uay NICE Guidance ANWInNaNen 43 5180113 IN9nua 63
Foudld ilesnenunssensiideudddinnn 1 deudd

“grfiflyarinnndt 100 Sum ausenulszinansldeuendaylemanuisnd mu CA protocol
NnuIgEemaanvlsauzise vesdiinnuvdnussfugunmuiend wa. 2564

rreludeuddihy agludnomdnuiend audsznianaznssumMITRNsTUUEWINR o Tayden
VIENURINA WA, 2564 astufl 31 wouaaL WA, 2564

dofinnsanenuziss 43 193 ieussgddademanuvisunaluseul w.e. 2562-2564
wuin flen 9 Mensiieglutiyemdny ud o1 18 emsgniausiiiefiasainglyTomdns Tu
soul W.A. 2562-2564 nan15ia1sailaussyintydemans 8 7 919013 Wildsunisussquin U
g1mAN 10 18115 81 1 :18M3eegluseninansiionsan wagden 16 s1emsiliiasiaustiie
finsaninglnyTomdnuiend GeasusvaziBenlansgud 10
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A3ei 4 maFeuiiisudoyanisdnuinnuduAmaasugmanss vesntausitidayTeman
WASYNE 5 518019
ICER F bt QALYs QALYs QALYs
37811581 Yaudld (UmAgy | uuszana g gz | figade
n172) (umA) (A) (B) (A -B)
Leuprorelin ULSsaY 137,613 351,000,000 2551 2194 357
anvannlungy
AU
nana
Sorafenib uzi5elnviia 1,650,000 | 18,576,000 11 116 -105
clear cell szuy
WNINTZE
Bortezomib | lsAuziSadin 9,908,461 | 119,200,000 12 745 733
\Honv1vin
WadULaa
Thalidomide | lsAugiSain 10,706,411 | 94,400,000 9 590 -581
Honv1ain
WaFULaa
Lenalidomide | lsaugiSadin 12,009,328 | 167,200,000 14 1045 -1031
Honv1vin
WadULaa

*11n ICER WhiuiwauAuAuA1vesUsewmelng fe 160,00001/Tquniie

Tedrindisiosiarsande A1 ICER thunanmenunsdnwAuamaassgaanss Wuns
Fmnalagldyunemisdin (societal perspective) dafuguuasfifinnsandununndssann Tiun
Fuumensadunisume (direct medical cost) funumianssitlsiiierdessnunisunmd (direct
non-medical cost) kagAuNuN198ey (indirect medical cost) witun1sAIMITzIulsERnaNly
n1sAuIlaeldy uueInIaTEUUa YN INYe3In1AT Y (healthcare system or government
perspective) ?fa%ﬁmimwLawwéfuvlumqmqG’fmmiLLWVlsj (direct medical cost) duanons
AAT129 QALYs loss 21asninnrndusisnsdiisenumsnueuduamiaasugmans= e
B U AU LS INI NN AIIN N ALY LTI UNDIMINTZUUAUN MBS W0
QALYs loss 919g9n71auiuaga egnslsfinudedrinilufinadododunulunisieszsiade
Tonavesmsdnwil

n15davimLININITHaITAIIIm M ludszmalne

Ydemanurenfvesuseinalng® lauusnddessnlu 6 Ussian fe Ul n, v, A, 3,
A1) uar A2) Kuansluased 5 uazdoust wa. 2551 IHhnsUssduamnuduamaasygmans
A15150a% (cost-effectiveness analysis) itdunilsluinasinisdmdonsndiayd™ Tnslanizen
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Haqtu Srenfianuduiazfiasandioditayfer a@) wimnelddaudua Tiiasandiedy
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3 msUssiiumeluladduauam (health technology assessment: HTA) mnefis msiiasigviogaiiussuuileliliundadoyavie
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Tannaungaiun1sideniug 91mie (managed entry agreement: MEA) 4%1nN99MUNTT8UY
guamianuannsalunisdteuusdiviussyn “Uayden 2(3)”
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uinmadnduansusslomniluszuundnusziuguamuisnd dofuil 26 nsngiau wa. 2565 &
AU rsmunedlifinnuduan vnidueiivisTisuasdumadenidedlunssnm
fue Wiinsaniderwdnduaumsiifiisszdindenlaghideadedlddees

6.1.4 a‘gU%’aLauaLm:L%auIama (policy recommendation)

nMsdnwinguazasdd 1 ilefnuaiomvesuinnssuinulsadugeifinaiung uay
foqusvassd 2 Woadsanudrladsfuniundagturesmadiduinnssuinulsadugedidsin
uwnslutsznalne fddeitemuenundaloue il

1. fifoyaaduayuilifisswodmiunmsiionsanuazatuayusuUszanavosesaundld
ANNANAT dnSuusTYluyndnsusslevivasUsemealny

2. nmsnunmnassaunssulusstssing msiiarsananiunisegraduszuu WWsdla uag
Bamdngiumsinns wernudusssunazdai

3. AuTuLssvedlse (1 Sunefiedin) uasmadondulunis¥nvndunsiddaluns
finsanitetherfiisnune oritlifanudue vssgluynansusslovl

4. msfnnildfmusioues 1meune uazediefiedildinadendulunisdnw 7
anunsaihluldlunssuiunisdndulala

20



5. ala. AIIINATT “NEUEIIIALN (high-cost drug fund (HCDF)) %38 Uayden 2(3)”
shensoursiudmiuatiuayuil 500 Suumsetflutisandusn nevindulasininiises

6. ilosanninernssuguamiidnin Jsmsimusnmanu ICER gegaivouiulddmivend
fianudndunayliduan dwiuussylulalomanuiemi

7. avay. msiinszuiunsiiansanevesdydemdnwianfu il dudiuniweanalanis
Fnauladmsu HCDF warmsiinssurunisitaaunieldnisiauvesiademdn lunsiauede
SIMTEITIANNT Faazuananeane1UnyTeeedu 4 veslyemdny

8. sfinsfnmuuaztszadiunastelndindunansenuidauinuasdsauves HCOF iold
Judeyalunmsiamnnisaidunulueuan

9. mnUszmnelnedesnmsiiun1sdndeensimundlagld MEA A5 MEA unusuldudaain
mMsUssifiunuAuASmAUINATinTRANTIIDY

fuideldiiauenansinuid safusenureynssunisfinundssinnuazrauinlunig
usn1sans1sagy Adail 5/2565 Fufl 2 Asven WA, 2565 waTANEOYNITTUNTAMUNTTEaN
uiew adadl 6/2565 Suil 30 waeRnneu wa. 2565 thlugmsuszauszauanes (Fes “detauonis
fimunszuiumsiaussnsnduiiinaunadigUydomdnuisnd” Tufuil 10 nuansius e,
2566 AALAEINUNANUTEAUFUAINIVNIFA AendIn1sUTeas AuzaynTsun1 s Ty den
vdnm IiiluAGesdonuensauns 9198830 waznisiosanthosmunadgiadomanusiana
Tnoufviavelidodunumalunmsufod elildosdanuiiasuszaunsaifinsfinnsaniennny
wangauiagldreluluounen uarlidiiunsinnulssiiune Wefinsanyuusaudsuudaaiy
JeeY 9

EasLSnANTIARINT 8.7 (policy brief 1 way 2) w1 70-77

wadl msAnwnlutidesinanldiuiarsandiudluansarsisnnisuiumi (published
article) Foi3eq Expanding access to high-cost medicines under the Universal Health Coverage
scheme in Thailand: review of current practices and recommendations @14ARUW Journal of
Pharmaceutical Policy and Practice JufiSeusosudn
6.2 Taquszasdil 3 ieasurenszurunmsmauleunsludagdudwmdunisaivayunisidiie
uinnsauinulsatugeiifisaundudsssmaicufinslduionssundguil uazinguszasdd 6
iievnIauaziauanszurunsanmu Usaifiu uazdanisuianssuinunlsatugeiiiaaunsly
duanulaendy IuszAnsAnd/Uszavsna uazUszansawm

6.2.1 unAnga (abstract)

AnuATInnegeTInEeinemansiailudnisaiassdndadausiuasuinnssulnvnig
nsuwnd Fauneluladivanifialddefiguinuenduguasedidglunisiinaluladdnd
usselussuunanyseiuguaimdiumit 1u33elafnwiuazuuimienisiinatsensaiwngly
Useinafneldgs desndeuizidonaredunou 1dun n13munIuIssnssuuY landscape
analysis MsUsEuE LT ormauazidulddrndoss A uuIunvd LaEnIINUNILITTUNTINLUY
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AMNUATOULIA (scoping review) HAINNITNUNIUITIUNTIN WU TusazUszinadelidaigiia
Aruanadniuensaung ualinslidemisniadndiemadendns q Wermensaunavanily
Tuyndansuselond lnsusazUszmaldinuainasinngiiiednuanuautivesslunadnde
oglsfnu faflvesinaazamnuimennnmeiideslasumsudlufieliuulainuszvvuanansa
\dsmssnuniiddomaniidegaiifenu

6.2.2 52108538 (methods overview)

mﬁﬁﬂwﬂui’mqﬂizmﬁﬁ 3 uaz 6 Wun13AnwTaRun I (qualitative methods) laanis
NUMIUITIUNTIULUY landscape analysis Tuassaunssufiisadestuniadndreuinnssusnuilse
Fugaiinaundusissame Wovanudilauuamenindngis wasihdeyalulflunistamuyn
Maudunvaluaznisuszandid srnguazg ddulddudessduuumna uagnsnuniu
255UNTTUUVUMNUAYBULYN (scoping review) Tuuszmaniinsuszidiumaluladnisguain (HTA)
éfm%’umﬁl,ﬁmhsmi’mssm%’ﬂmiﬁﬂ%’juqaﬁﬁiwmLLW& Twazdauiariunou Kl

%’umauﬁ 1 MFNUMIUITIUNITULUY landscape analysis

FUATENUMIITIUNTILWUUTING (rapid review) Wilodumssanssuiiiedeiaiilasy
MsfRuiwazienansillldRuiiwewns (erey literature) iamﬁqﬁuﬁuéﬁagamﬂﬁui%ﬁsuawu'amm
health technology assessment (HTA agency) Tu 6 Uszinaii aadan leun ansiveruisns
poamslae NaLdy 1Nmald wauen wagdealus iosnduussmaiisingsly HTA Wunumslu
nsimuIYRansUsElew

Tumaudl 2 mavssgulomnuasdidlidudssiuuunena

faAdeinauenansmumussansailutunoud 1 defidermgy 6 Useme ionsaaaey
AnugnFasvastoyalazYeBlaeUUEAaNANTNUILITTANTT MIUTnwmdeiuidemaylag
1$38nsdunvalifednauuudanu (ena15n1axuan 2) Iddudunisdeuifounguaiau f9
nsnIAY e, 2565 13 vavglesunmsAaden1udiualasnss uazduntwainidlnaniude
Sidnnsednd (IUsunsu Zoom) fiwideAnidendidervalasld3snisidennduietiauuugnly
(snowball sampling) Ingerdensuuzihwesngusegsilidoyaluuduazgnuuziive fidevgy
figndmdenazdeafulinasugmansguamiifinnuusousraunisainirsvnsumsyihanuiniu
sruumadnieuinnssuinulsadugeiidsaung

Mol dsmgUszneuse

1. Canada’s Drug and Health Technology Agency (CADTH) UsgtnALLALIAN

2. paAnTUsslumAlUlagAugUA MBI AT (MaHTAS) Useinauiaiie

3. UnINEIdueesn (York University) @nsn9e1a419n3

4. National Evidence-Based Healthcare Collaborating Agency (NECA) Uszinaniuals

5. Agency for Care Effectiveness 17 Jsginedamlus

6. South Australian University Usginfaadainsiae

Fumaufi 3 NSMUMILITIUNTTUUUUMVLATAULLA (scoping review)

MAdeAnGen 3 Usenaan 6 Useinadiniunsnumulssanssuiuuivuavaulan lag
finnsanaindedunuainnismuniuisiunssutuneud 1 weensUssyudfdulddudeseiy
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'Jiimﬂiimwaﬁll']&l inaUﬂ'limLﬂEJ'JﬂULLU’JV]'Nﬂ'l'iLUﬂﬁ]']EJ‘LJ'JG]ﬂ'ﬁiﬂiiﬂwﬂiﬂ%uﬂﬂﬁi’aﬁl’mmi’]ﬂ’]LL‘W\?
Faumansidndiean 3 Usswaiidadon Toun
1. WIS 0N8E1IIANIIINUTENADIN Y
1.1 England’ s Cancer Drug Fund (CDF) uagkuldn14 Highly Specialised
Technology (HST) evaluation program 310 National Institute for Health and
Care Excellence 38 NICE
1.2 I NHS England Cancer Drugs Fund
2. wuInnensiindngensiauneanUssinaenainsiae ol Australia’s Life-Saving Drug
Program (LSDP) 210 Department of Health Australia
3. LWNNSLONILEIVBRNMEAL 210 South Korea’s new drug pathway

6.2.3 a'gﬂwamsﬁnm (summary of results)

PNMIUMIsIINI IR eLassnsUssng ufumsiunvaliifedesilideyaddny
YBIRHUTENATINAY 6 USENA LAZNITNUMIITIUNTTURUUMNUATOUA MY 3 UTEine WUl ue
azUszmalimsimuanasiiansanfiwdmsuesnung wageidaldaglumssnuaeudisgs
Tuunalsa iy er¥nwlsauzida s13nwlsamenn wagerimd iuiu Jausagdsemaiidodunud
dfigy st

aVTI1Y2IUIINT

- neavuBS (Cancer Drug Fund: COF) Wunasyuiidadsly wa. 2553 iiefiunsidii
810315951 ne Aelin1sanduaIuues National Institute of Health and Care Excellence
(NICE) 13 udfusegnsousudseunn 200 d1uveusol uaziiandu 340 drudoudaad"®
Tu w.e. 2559 CoF WWunildunomumimuiioatvayunisidnfeeifidoyalseansuananadng
Wdwe winangIuiuANAuAdsliwiueu 20

-yt unounisusziiuei o Unaelunoanu NICE 19inauet Highly Specialised
Technologies (HST) dainamidiiamnuuansisainnssuiunisiiansanetialuves NICE Ae finns
AIUANAIUAINA AT £100,000/QALY 1 oiisuiunszuIuATialuAe £20,000-
30,000/QALYV

- mnenuziSalaueitiitednanedusfivssaniuanenadndsiinuliviveusy wazds
Laifinan1suszidiuninuduan srafu NICE Fauuzalfvindonnas managed access agreement
(MAR) fuU3sEaReIrou uazasdinisnnasiiutudessedurasnisdnieludunout deasgnif
Juanudu

- 115115819818 wrvguazs Tdulddedunddiusiunasnnszuiunis d

Usenauniy HIeivyauaddnusazaiv fi883910309 NHS funuusumen funudiig uag
2aANIHAUARUIBLZLSS
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msjazLﬁamLﬁmaummsaﬁﬂmié’mﬂ policy brief ﬁla\i Learning from Cancer Drug Fund
(CDF) in England: A special reimbursement pathway for high-cost cancer drugs (mﬂmmﬂﬁ 8.7
policy brief 5) i1 86-89

UssinAooansiae

- e, 2538 UssimApaanside indeamnenisidnieensmunsdmiulsamenn Tnewmn
Life-Saving Drugs Program (LSDP)® 11 eululdlun1siasuneidigyndns uszlovily
Pharmaceutical Benefits Scheme (PBS) 1A59n15 LSDP b Suyuaiuanuain Department of
Health and Aged Care Inglassniseyalviaiuayu (sponsor) Sednmnnanainuisnetanen
dvesenserdviulsamenniisl 1) Useavsuaiianienddn 2) Wuendie®ia 3) Lidnadenduly
ms3nw wililldfunisussgedlu PBS iesnwanisnwanuduemuinlidue

- dumeulunisfinnsande fausendavhdeyasfiauoniuinusial LSOP dvun iy
fuguazielaIynsan LSDP vhnisnumunazUssiliusdsnanifietausliiu Chief Medical
Officer Fadugfliduuzihuninssnisasisaguitoidananmslasunsativayusiu LSDP wiel
LaEnINElATUNITaLIRLAENTENTIETITUGUVILTNITNUNIUIIENTEINN 9 24 RO Nasetasy
ussglulasans®

- msipsosriaasintundsnnewesiiausldsufinnsanlag Chief Medical Officer Wi
N9INSRHeTRIE119RlngltUannas outcome-based risk-sharing Laysneazidenv8In1sAoI8IsIAN
193t duANUAUTERINUS EME e SsUa

Teazduaiuinaiunsofneildan policy brief 3949 The Life Saving Drug Program:
Australia’s pathway to high-cost drugs (mﬂwmﬂﬁ 8.7 policy brief 3) %1 78-81 uag 1399 The
challenges in reimbursement decisions for innovative high-cost drugs: Thailand’ s effort to
expand drug access (mﬂmu’mﬁ 8.7 policy brief 4) i1 82-85

Ussnmnvialg
Tuedn Uszineinvalalidaiunsaiinateensiawnale wiinenduazduensnwilsanienn
wiolspuzisaluiniadondulunissnw Tu w.e. 2556 sguran maladsdaliiivemieduiie

24-26) ﬁ@

anusadnTneensnaunsle’

- UnyTevdnuiten (essential medicines list) W fvuntofiansaniiveiy dmsuelndii
foyauszansuanienaiingia fveudillsafifiiedmautes wagilifimadondulunsinw s
Aasanlfidvgdemdny I8 wiagldfnanis@nwianuduat ogrslsfnng s1ifudein
N3¥UIUNTABTOITIALIAUUTENENER 1ae8198931A1970 7 Useina laun ansgaisny ansy
9101405 B0 wosull PUu alnwesuaud wasdSuaa

- msdavidennad risk sharing agreements (RSA?” iieannseyenisidulunisindieen
sIAuNe 1wy Femnasiuuisngnanlvisuinseualisieifisduuennioninsimen uionsAuliu
deeliannsalinansnemiseatnauisyyliludyan W

- 1158NLTUNI5L99979 958951A7 (price negotiation waivers) L un15a51998mna9Y

USYMENER NIUSENEREnguganansialudndiunianasiusguia agaunsoveanssevianly

(%
[ |

JUADUNIIHBIDITIALS BalagUnAlgiatuseunal 60 TUYiINISINNNSLUIUNTHAL
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- mssniunsUsziiunandviasugamans (pharmaco-economic waiver) Hlosanglsa
mentumdeyaatvayuldein Jainsdvuanasiiiawi esniunisussduniaade
LATYEAARSAMTUNAUAINAT

Fanalnwanitaslumadrfeensaunddinnty aanasswinnisseouifuasnsdaiule
Feamsidnane uAdilivssiiuinfunmsinweaduestennauazauilusslavesnaeides
TN

seazfeniuduaiuisadneldain policy brief 1389 South Korea’s Experience of
Reimbursing High-Cost Medicines (mﬂmu’mﬁ 8.7 policy brief 6) %1 90-92

nszvrumamsulsviedmiumsativayumadfautanssunulsadugeiidnaun 9n
3 Usgmatnadiu wuidinasinisinnsaiuasdesmsiimuiioWieniifiussansuanisedin willsen
wnauaze19luAue awnsaidndneldlussuuyseiuguainvesniady eg1slsiniu aesgaedld
sudszanadunsuimsdaniseraune Jaduussiduimesuanuiuamianisiiu iesnnn
uinnssusnwlsadugefiinmunaiaisiuuasiinaunamniu® sutidiuaiessudomnis
AN AR b AL L ORI IV DL KR QIR7IJFY

6.2.4 aa;ﬂ%’al,aua!,mm%wiama (policy recommendation)

9198wuTngUsrasate 1 way 2 vt 20-21

6.3 YagUszasdnl 4 wiaid1lanszuaunis horizon scanning Fmsun1sanaiu 3szi uas
nyvdeuuinnssuinulsatugeiifistaunsiiuuiansalmilulsandlne
6.3.1 unAnga (abstract)
Hagtumaluladduauamiinisdisuudauanind ulnleg v waluladlvlens

denansenusiaszuugunnlueuAn WU Hansenuanmalulagnidnaiune viamalulagnende

o o

A1 gaganensdiviuanlunslinisiidnsnesieisind 1Wudu daiulsswnalnedansd

54

szuunietsmadegniumsssyuinnssuvdemelulafimifiintudiewioununioslunissule
fumaluladnd iy Genszuauns horizon scanning WuIBn1suosnsallnaidanagnsfizagly
p3FnsAne 4 anansansaduultusaruianssuiiindulmlls nmsAnuidifngusvasdiiiedila
N3¥UIUNT horizon scanning dwmsunisinniy asien LLazmwaauui’mﬂisu%’ﬂwﬂsﬂ%uqqﬁﬁ
eunsiduuinnsslmilulsemalne

AT lEAnuEinsEuIums horizon scanning 910 3 Junaundn Tdud 1) Msnuniy
5IAUNTTULUUAMUAYBULYA (scoping review) Ang1uteya MEDLINE 2) msUssyuiifonviguas
AudulddIudsvewneUsema laun Interational Health TechScan (HTS) 1a3a%neAuTInile
LA UUIUIYIA A 17U horizon scanning, Malaysian Health Technology Assessment Section
(MaHTAS) Usgineianiai®e, The Canadian Agency for Drugs and Technologies in Health (CADTH)
UsgineuAuIni wag National Institute for Health and Care Excellence (NICE) USgin@aansny
91001905 uay 3) Mvszyuilernguazdidlfdmdslulsemdlne iednvideiausius
Aenfunszuauns horizon scanning d1wsuszimnalneg
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ada v

6.3.2 d5Use1U8UR578 (methods overview)

nms@nwluinguszasddl 4 10un1s@nuidsnunn (qualitative methods) fissazidun
Fumeow &l

FUABUT 1 NMITNUNILITIUNTTULUURMUATOULLA (sCoping review)

Fu3seAuAuuasefiieadesiunszuIuns horizon scanning a1nuisefiAeatadly
gudeya MEDLINE #28fAum1 “horizon scanning " AND “interventions” tnaueifi 14lunn5
lnansiin Ae swideiideyaussidiulaUssidundaain 3 Ussiiundn ldud 1) Germmes horizon
scanning 2) AS¥UIUNITVBY horizon scanning Lag 3) mmﬁ'}ﬁwwas@wﬁwaa horizon scanning
mifefignAndeniaundasifiuiiiunudnguiviniy §35s 5 aunisadadeya (data
extraction) Fanauviegruiudasedeiiu (independent review) wazkusnsfnIdonIT5UNTTY
ganidu 2 svay fie sverdl 1 Madmdemssanssuaindeldesarundnge uagssesd 2 nsdaiden
9sunsTINENaIsatuiy mnssunssuatuladidindenideAniudaudetu fuidoazassm
yamafianuidugeruuasindy deyaatnannuideiduiuazgnasuliaenndestuyssifiuganan
LLﬁ”D@ﬂUi”aﬂﬂ%aﬂmiﬂﬂw’]

Sunoudl 2 Msdunwalfideamgsesuumnnd

VI@J’J‘\]EJ‘L&’]N@miVlU‘Vl’JU’JSSmﬂSSNLLUUﬂ’]‘Vi‘uﬂ“U@UL%miusﬂgumauﬁl 1 Wdsnwmsedugildau
Ietdaudouazdiioamiayiu horizon scanning Aidufivensulusefuuunei gidmlddndely
AU TEInA iauﬁa@%mm@mﬂmﬁﬂmw 9 Usznouniy @L%mmmmﬂ International Health
TechScan (iHTS) (1@ 19 ® “EuroScan International Network”) Malaysia Health Technology
Assessment Section (MaHTAS) Usginenaides, Canadian Drug and Health Technology Agency
in Health (CADTH) Us¥wnekAuinn kag National Institute for Health Care Excellence (NICE)
ans1weandns Auddedudunisiagldnisdunivaluuuislaseasng (semi-structured interview)
(tona15n1AKILIAN 3) NIULUTUNTN Zoom FENINABUAUEIEU W.A. 2565 DUADUNG LAY WA,
2566 %éflﬁ’lLLuzij’]ﬁlﬁﬁlﬁﬂEEIL‘?IIEJ’J‘UWmLLazﬂﬁﬁﬁulﬁﬁ?uﬁﬂlﬁgﬂﬁ’]@J’]U%JUELS?fLﬁEJWWU’lLLU’JVleﬁ'@gl’jﬂ
WazgULUUNIEUIUNT horizon scanning dmsuusewelnesiold

Tunewd 3 MeUsziTnmguaziiidnlidndslulszmelne

fuAdodausvyudidervguay wumulmmmasﬂuﬂiymﬂm Lwaaaummaﬂmmuum
ﬁuaLauaLLuvmmummﬂi‘UinauavﬂfuLUuLLu’mwmsamwms ¥UIUNIT horizon scanning i
wingaudvusunvesUsemalng lasddaunuainnssnsnaisnsngy dunanundnuseiugunin
W@ (aday.) driinaudseiudiag nsudydnas angaunITuNM SRt mMankisd nqy
fUhe waziaierefimideluussmalne ndsanmsussaniidornguazdidmldduds fuidolsd
ynsdaenzinanisitennsedevisidetmualutnguivasdd 4 iedavhdoiauonusds
uleuesaly

fiideinmsideyafisuraldanmmumussunssy weznmsduaualifornyseiu
WA LeeldisinseinuUseiau (thematic analysis)

6.3.3 ’s‘iﬂNﬁﬂﬂSﬁﬂ‘lﬁ (summary of results)

18131Y89nN32UIUNIT horizon scanning
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Tuusiagyszma fn1simuaienuvesnszuInnIs horizon scanning AANASTY 91013
NUMUTIUNTTULUUAMUAYOULRLa MM WAl Bavaysefuununend Auideanunsnagy
flgneanszuIuns horizon scanning sl Ao “msszymaluladlmiuas andulmineuiiozi
waluladiululdluwuamsufugess iievsudunansenuiiornsaiukaziteldlunisandulaids
Wlowre” syuuilannsatismanisainanssnuenensiusas/ viemeeainvoaneluladlvaiuas
weluladgudlval pasnauaunumndasunvandsuin wu Tenalunsamu waznsivdsuudas
Beauluouian Jenszuruns horizon scanning Tuusazuszmaiiauunndnei Tnedlna)sinld
TunsAesunandueien waeg1alsAniy horizon scanning Seanunsadlgnumi Aannanalulad
namsumdan 4 16w indesieunnd M%@Némﬁmsﬁmmwwé%uqa (advance therapy medicinal
product (ATMP)) 1Judu

N3eUdUNIT horizon scanning

N3¥UIUNIT horizon scanning L'%'m*mﬂ']s*dsxsqmméﬁ’amﬂmmﬂ EuroScan International
Network (tasudeidu International Health TechScan (HTS)) #slalidonurihnmsmtuneunis
AL UIIUVDINTLUIUNIT horizon scanning é’qgﬂmwﬁ 12 4AEIIEaTS AT UADUVDINTLUIUNIS
horizon scanning ‘1713\‘1 6 Sﬁgumau LLamﬂumiwﬁ 6

Identify Determine time
markets/scope horizon

kY &

Horizon |
Scanning/ldentification 1,

o | Does not meet
v initial criteria
Filtration

l +——  Meets initial criteria

gﬂﬁ 12 n38UIUNIT horizon scanning 911 EuroScan International Network
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A193197 6 T19AZLDYATUNDUVDINTZUIUNT horizon scanning

JURDU

=
INYASLIYA

1. M3szyUszhuvEeiite

(identification)

nssryviaveunaluladlninmunlvaseuaguluveulwniifeans
Anw

2. ANSNATUFALEDNIIVD
(filtration)

nsfndenmaluladiineuanfneiaig horizon scanning system
AUAUNTANUA

1Y

3. NSIAAPUANNFAEY

<

(prioritisation)

1Y o =

AN5INBNNUANNEIAVDLNALULATN AU AN

<

4. n15UTELEU (assessment)

15U WNALLLATNT LU UL TNANTENUAUANUABINITHAY
Auaulavesilauladiuds

5. NSNS (dissemination)

MaNeUNITaYarIUTemMA 9 ndsainmsUsediu wu Buled w3e

§1U8Ya horizon scanning

6. MyUTuUsateyaliiuady
(updating information)

nsanmuLarUTUUTIUeyangesiaLilas

TunaneUszinealatinszuiunis horizon scanning 119 6 Juneuliuszandld useelsinu

Funeulunszuruns horizon scanning luusiasUssmaenadianuuaniiefu Fsaunsoasuaimsu
YBINTZUILNTT horizon scanning TosusazUszna famsail 7 Instunaundniiaenndeariulumn
Uszna leun 1) n13szyuszinunsenade (identification) 2) n1sdnaruaudidgy (prioritisation)
wag 3) NM3UsEIalU (assessment)

M1319% 7 @3UTURDUNTEUIUNIS horizon scanning YasuAazUTHLNeA

JUANDUNTZUIUNS horizon scanning

Ussnd updating

identification | filtration | prioritisation | assessment | dissemination

information

Fgaundn
VBIFNIN
glsu

<
<
<
<
<

4

LLAUINT

29EHLA3Y

a =
AA

AN NN

4 <
UaLIY

aau

AUS1Y
270U19N3

AN NN N NN

N ERNEENENENENEN
NEENEENENENENEN
N ERNEENENENENEN
NERENEENENENENEN

i
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JUANDUNTZUIUNS horizon scanning

Usamdt | o o RS updating
identification | filtration | prioritisation | assessment | dissemination | .
information
dealus v v v v
29ELAILAY v v v
UTuaun v v v

i’qu/szzwffwaqn755’@9%4;@31/532‘&/?{1?’?/5)@ horizon scanning TuasAnsayszna

NWANTNUMUITTUNTIILAE MTFIA ATy sEAUUMNNR wuin Tuusazyssina
fi¥nqUszasAveIn s NadwsueanszUIUNIS horizon scanning lUl#inainvians annwanisdisa
fidpiilag EuroScan International Network L‘ﬁ'aaaummfﬁlqﬂizaaﬁmadmiﬁ’] horizon scanning
YoaUsEmAFL BNy WA, 2554 JADUKUUABUIINAINAWNUUTHNAANNTN 15 USena WU we
a¥eANS IMINHATNSAINNTEUIUNTT horizon scanning tuldnannateinguszasd Tnsdiulvgi
fosa horizon scanning Tugelunsativayunsindulaiiesnuaseunguuesuinig (coverage)
3N UnTeveenITUINITauAIN Uardielun1side wu nsussiumaluladiiuguain ¥5enis

NUMUITIUNTINBE1lusEUU (systematic review) ﬁqg‘uﬁ 13

14

12

10

Number of agencies

. y
Coverage or Capital or Primary research Secondary Maonitor emerging Remaoval of Other purpose
reimbursement  recurrent spanding research tachnolagias ohsalate
technologies

3UN 13 nan13d1siadnguszasan1sin horizon scanning W%

Tuu9UsenA 1A HaYeINITIITUNITIAAY horizon scanning Nuananeiy asulass
M1399 8
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A19197 8 meaﬁuaqmﬁmﬁq horizon scanning TuosAnsansuseina

" Yidama horizon wianaiisuvide aguszasdly wialulagudniiliaay
sonA scanning unit miﬁ'ﬂé‘d dula
ansveandng® 1998 Guanmuaulavesgimua wialulagiguunn (gene
Wleneifiofanunaluladlmid | therapy) nsdnunuzise
Wingandusulsnmein
wAuA1 Y 2009 $TUIRLAUINIADINITTIUTIN Tslsifnsioisasa (NCDs),
Joyawmalulaglmiegaduszuy | naluladuzasie (ageing),
Wielusaziwanisunases wialulagn19nshnngdau
ansadnteuinnssulaediai | Wugnssuadelng
s
unade”” 2017 NIEMTNETITAUSoINTIEY | uinnssuviesiuuay
InanuAuEALY wazuNy | walulagsaiung
Suilorumaluladlvsifiaziinung
Uz
DRI 2021 Wnandgymnislifiuwunig MITNW VUG MAY
s095UWAlulad CAR-T cell UNIzUUL (precision
therapy wnzauvinlyigtag medicine), §UANARVA
WndansSnenlagn (digital health), nilAuu
11U (immunotherapies)

AUTIMIEVaINTITSARInIag horizon scanning

MsdaRantae horizon scanning 1 fifeAasiionsan fedl
Fupouitansiansanlunsih horizon scanning ll¥egndiuszananm

1. wqﬁfmqﬂizmﬁl,l,azsuaumemaq horizon scanning

2. 58y stakeholder wagausiaen1svaINsthveyaluld

3. WauAudusioduasinsdu q Aifin1sdnvih horizon scanning

4. a19g1uteyadmsu horizon scanning

Fomsiasandmiunsinge horizon scanning unit
1. dodldninensagiaunn wu ninensyana Juyu na Judu
2. enafneaviuteuresmsysanm s UUguA Mo
3. fsififeyarunumemsafeiuaildsnennusamaiifinisdadis horizon scanning

dmiuneazidunvesteAuny a1u15aANv1lAa1n5189U horizon scanning atuauysal
wazasUTeunsUsguElanladiude
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AS¥UUAIS horizon scanning &1usuUsemalneg

TunsfinuingUszasd 4 dumeudl 3 Wolinis@nwannsanouland TngUszasdvos
Adeldetsasuiu Mddelddansussvuivguasiidulfdrundeluussmalne ag
swazidon il

A15dAss horizon scanning unit AaLdunsasislenalifuusemelne Tnsanunsoirdoya
deltlunsnaunmuuazimumdeuisvesusazesdng wu dnunuznssunsduaiiineimans
FTouazuianssy (anan.) avldlunslinudnuiseedesonmaluladidey wazd1inay
vanUseiuguamuiend ansaliidueiesflofiovaslunisdndulalunisidennalulad fiduen
deingyansusslonilussuundnuseiugunimuieni nusditnnuanensTInTe M TLaLe
iUl lunsmausunstungioudiefusesnelulafimivazildmelulaflvslannsolulsles
939 warasAmsndunssuazldlunisiununagns (road map) vosseimasunalulagguanla

fnqUsrasAra3n19¥NTEUINIT horizon scanning Ae Lilaunuineluladlvsivioifniy
Tnsindetunounisimun wagiiaLiundnguatvayuulovisdviunmsnamuningInsuazng
fnasseuvsznaeuneluladlul Ssazdsulunutimneuas ngusrasdeteddng

dmsumsdndsonaduduainnisdadamauaiioussdns (virtual consortium) iielwnis
dndunslurausniinnuduldld lngSuduedountiisau (unit) :1nfilauiyns Msassmuag
M3TUTL 3 rvnuazdfdwlddudei e duimuningUssasdvosnisdnduau uas
Usslomifildannnszuaunis horizon scanning seiilunissnaasndugesdnsnennssauiusini
yaang Junu waziian lumsdumauidonasifudoya dedrlngidudoyatgud (primary
source)

Jirmauazdiidnlddudsluuszmalng danuiuin Wdemaluladieslézunis
Uszifiugae horizon scanning Tudszwmelng laun n1s§nwififisnaums (hish-cost therapy) N3
ShwwuukiugwazInNIziaug (precision medicine) walulagduuun (gene therapy) gun1m
Avia (digital health) Uyay1usehivg (AN LLazmamﬁmﬁmiLwaéGﬁuqa (ATMPs) uazgillssuuselowl
31NNTLUIUNIT horizon scanning A8 SUFU 1 Usew1wu dUAU 2 3UUUTEAUgun N Lazdudu 3
N3ENTIEAITITUAUALL TN IUNA

aqﬁmﬁmﬂﬂu;ﬁuﬁmﬁawﬁﬂiumﬁm@% horizon scanning unit lawA @nan., @a1uuidy
FEUUASITUAT (8754.), N1ARAIMNTIH, MIIBIIUVDINTENTHNNTOALANY Tneenans Tdeuas
winNssy (22.), Sdnwienszuuns, dinauaniauinisiAsegnakardIAuwia@ (amv.) 15
annsiand., avan., wirsaulunszngrsansisagy, HITAP uazdidesnislduseloviann horizon
scanning WMAKUUTEINMATUALUNTEUIUNIS horizon scanning AITHNANUARIYUITY 19U d354.,
AIAYAAMNTINUAZNALBNTY, TTUUUTZIUAVAN U aUay. v3onIenTnas sy Wuduy

Tagagu n@mfe nszuIuNs horizon scanning iuiA3osdlefldlunsdnnisarundess o
mAMsainsasuLaaE e ez iAnTTuMIEUA M T,msJLﬁuﬂiﬂmﬂtﬁamﬁ%’mawﬁwmivw
p1voslswine urnsyuunIdenandiigadeuveudazUszinade mimsammmwaamma
nnsudeu Fodedu Heatunssuiunstunsdounuasuinnssumegundisidmedian
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6.3.4 ayudatauauuzigauleung (policy recommendation)
fiieidoausuusaloue il
1. §imumilevisastianuaulawagatuayusussanalunisdada horizon scanning
unit LNSIZHAANTIINNTTUIUNS horizon scanning T Tudayalvgimuauleuievesuszsmelng
TunswSeuaumdaaviesuiietumaluladimiviosfivsdunluewian

2. msRrsanfmuaveulavesiidefiasAnuiluszessudulidaau aenndastuniny
Roansveialadiudeynaiadiu

3. n13dARs horizon scanning unit axUsvauANEISIgeanldFedldsuATndiosuing
nninefiAeados leun szuuUseAuguam nsgnsasisagulazlsmeiuia visaulseidiu
waluladaugunn antuidenaziindde AARRaIINIIULazAIALAYY F11TNUANENTIUANT
215KaTN (98.) WazUseyvu

4. o315 udmes horizon scanning unit A5ENYEUTAAUA A LAz UsEIiunants
sufiunudussey 9 Samhesnusiuiamuanansedldnaemiieny Wesesufunisiudsunuas
AADALIAY

5. msUsEAdUsAsEUIUNSIasdeyatilia1n horizon scanning itelsiynaindau 1

toyanlaluldlviinusslovigean

3’1865LaﬂﬂLﬁﬂJLaﬂJﬁﬂﬂJﬂ’]ﬂNU’mﬁ 8.4 N 44-51, mﬂmmﬂﬁ 8.5 M1 52-68 WATNIANUIN
1 8.7 (policy brief 8) %t 97-100

6.4 Ynquszasddl 5 ioasunadanifisuleune 1wy managed entry agreement wiadannas
3u 9 lunsdrgaanaiieativayuniadndauianssuinulsatugeiiiaaiung

6.4.1 unAnga (abstract)

nsvidennadlusliuy managed entry agreement (VEA) Junagysitannsatioimians
mmmmnsﬁﬂwmmwmLLW@ waztoiinauBumanisiuresssuuaunmueaniady luniai
MEA 115Ul S udesfiansanegrsseunsuiisnnnuiiniese 4 Tneanizegredanisianuiuld
Tulszmaiiineldtesuwaziiunas wu Ussmalne fuddevnsmunmuissanssuiendu MEA
warnIAAN®I9IN 3 Usene LAuA d@ns1venan9ns eodnsias Laginmvald nan1sAneInudn A5
Fomnasluguuuy MEA fuszlevilunisvioiiumudavguvesmsinnistuanulduiuouyes
nansEnuiinduanetluduazensaune wazyliuszrsudsamssnwldunnty sgrslsin
MEA §3dauTeyiuanuyimig i amnuluseld n15dnn1sanuanunsalun1sany Lagn1snsiadauy
Jonnatag1aiiuse@nsnim inusemdlnedalniivonnas MEA 9foHIUNIEUIUNITRINTBE
soufularasanigmuaranuimefinmnzinizaseusumalngld

6.4.2 a3Us1U8uUT338 (methods overview)

FU3ToNUNINITTUNTIUWUL landscape analysis Tuassaunssuiisadesiunisdniig
u’)mﬂﬁiﬂiﬂ@qiiﬂmuaﬂﬂﬂﬁqﬂqLLWQIUWWQU?”LVW LLa""U'WJallaiﬂiﬂUﬂqﬁwwuqﬁjﬂﬂqﬂflfﬂaﬂﬂqwm%a‘“
ﬂqiﬂimﬁﬂml’sﬁﬁnsﬁflml’l’a NﬂJﬂfJuvLﬂﬂfJULaﬁli LAUUIUIYIR LLa”mumauaﬂﬂflﬁlﬂ'ﬂ ANTINUNIUITIUNTIU
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wuUfMUATaULR (scoping review) Tulsemefisinisussiliumealuladvisguaim (HTA) dwdunis
dndrsutanssudnunlsadugeiisaung Wonunudoyafifuiagtuesisadostunisi
fonnasluguuuu MEA dogadsnanannsathunasuussdiuidfaldun dem (definition) JUwUY
193 MEA Usznneing 4 Useleiives MEA uazanuvimefiAntuainnisth MEA snussendldan
3 Uszing Lo ans1ve1andng seainside uazinmald

($redanusulouisidovesinguszasdil 3 uay 6 nih 22-23)

6.4.3 ﬁ‘g‘ﬂwamiﬁﬂ‘iﬂ'} (summary of results)

flouvas MEA FusgfunisfinnufiunnsssuiisluduresuuAnuaznininluld dsidn
ANUYRs MEA fie "fonnasuuuiiieuluszinaudn wazunasuniossuuuseuguaiw (payer)
w30 15UTn13 (providen” MEA 81afiUselovdlunisifiunisidifsninunseunquveunig
(coverage) #38M3L0n318 (reimbursement) waluladiugunmnelddoulviimmunliaramii

9 1n MEA S wanendnifiodisanssezinanadnfeennaiung deulvitadedussaineduan

uazszUUvAnUsEuguAIm YeifinaudBumanisfuvesssuundnussiuguain eenslsfnnm
iWieliAnnsussamuingusvasdvesnini MEA WlHluussina Sedududosiansaniadesing o
Wiedanistuanurimeamsiiviasussmamadeandoam

MEA furannvianssuuuutuegfudnuasvestennas uaglénalniivarnnaiglunisdans
awlaiuiueu (uncertainty) MAgaTsiUAINALAYMI aUSEANSNAN9AATN LTean1nAdaIls]
WHUBUANG 9 DIFINANTENUABIVUTEUIUTEUUAUNINIAETIN NINTTeAnEeN 3 Usgine Toun
ANIIYONNINT POAATIAY UainInAle wmvuumsﬂsvLmumﬂiuiaamuasumw (HTA) Tifuud
dielhidlaaniunsal MEA Tudsemefifiseldge eaziBondsmsisi 9

M19197 9 asUsULUU MEA 989a319010413nT 0aalnside uazinvmale

Uszne sULUU MEA n1311 MEA Tuusuld
aNTONUNANT | TEUUUINNTANEITUE UMMV IR National Uszimnadengulaeuidfen 42
Health Service (NHS) uagfjian a31edomnas | menissausiGalasenis
sy Tassnssuiiageulunsdniiitennas | Cancer Drug Fund
MEA f Cancer Drug Fund (CDF) Fadu
neauilintuiienisdndse s Tnedavm

Funuuuuifeulvdmiveninulsaugise
wudn1slyd MEA daulvgiluzunuuresnisi
Hudruanangdudn uenaininisdena
NAN153N¥ (outcome-based MEA) gn

Ul diguniv

poansLaY? risk sharing arrangements (RSAs) @319UURY | financial risk share gnens
nsesatennasseninaaiuayusasiyuia | luenansinlasuniswmewsd
RsAs Wudennadhuguuuumenisiiu
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Uszine sULUU MEA n1511 MEA lUusuld
(financial risk share) Lﬁuﬁﬁ@mﬂmﬁigzyﬂuw 1513048 91NIIWNITEN
naw dsludonnasvani datfuayuazursany | domn 24 s
Feanudnulsmanueadiaiuayu (sponsor)
WAl fin1sl4 MEA i 4 sUwuy Faus WA, 2562 T18N1387

1) coverage with additional evidence
2) expenditure cap refund
3) utilization cap per patient

4) refund/expenditure cap

Qe

199U 39 SI9N1TAIUNSE
Wnaneneladannas MEA

6.4.4 a@%’mauauuz@auiama (policy recommendation)
91980 TngUsTasAte 1 uay 2 wi 20-21
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8.2 LUIANNIUNITHUNTBAILTIEN

AauildlunsdunivainguidduladiudendulssmanazineUsamalsenaume 5 Yoy
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Araudi aMenlng NYIDNHE
TuirazUszina Jlean1zuese151a Does a country specific definition for
unavseli a1dl HeudenannuuaI high-cost drugs exist? How are they
981313 defined?

2 wnailunsiinaneesiaundiozlstng? | What are the criteria for

reimbursement of high-cost drugs?

3 NADNNNNITRUAINTUBITIAUNG 19U | What are the financing options for
ﬂamuﬁmw%aﬁﬁamﬂaqLﬁmf"fumﬂﬁi’fm high-cost drugs such as special funds
(Managed Entry Agreement) floglst19? | or managed entry agreements?

i nsrvIUMsiunsUssdiumalulagniu How are high-cost drugs assessed as
?jﬁumwgﬂﬁmﬂ%ﬂimﬁumi’1mLLWQ part of Health Technology
penals? Assessment (HTA)?

5 nagvdiBsUfiReylsildiilonsiaues What are the implementation
FIALNY strategies for introducing high-cost
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41



8.3 uwrAmuNsdun1waluuuAdlassadg (semi-structured interview)
ileUsnwmderuiildwlsdnidonasiiBeawgs horizon scanning seFuuLYR
fauudsld 4 vian feil
1. UgNULAZVIUWAVDINTEUIUNIS horizon scanning

1.1 What is Horizon Scanning defined by the organization?

1.2 Which types of drugs and technologies are assessed by horizon scanning?

1.3 Are the processes of horizon scanning similar for both drugs and
technologies? If not, how is it different?

2. AMsIERU horizon scanning unit

2.1 What are the aims and functions of your organization?

2.2 Who is involved in your organization?

2.3. When it comes to setting up horizon scanning, what is the main
challenge? Could you elaborate on the difficulties involved in
establishing a horizon scanning process?

3. NFUIUNIT horizon scanning
ﬂgjumau Identification

3.1 Which types of sources are involved in the identification process?

3.2 How are the sources of new drugs and technologies identified?

3.3 Who is involved in the identification process?
ﬂgjumau Filtration & prioritization

3.4 What are the differences between filtration and prioritization?

3.5. Are there any criteria to prioritize the new drugs and technologies? If yes,
how are the criteria defined? If not, how do you prioritize the new drugs and
technologies in horizon scanning?

3.6 Who is involved in the filtration & prioritization process?

#Jumau Assessment

3.7 How do you assess the new drugs and technologies?

3.8 What are the criteria to assess the new drugs and technologies?

3.9 How do you assess the validity of prediction of impact of new drugs and
technologies?

3.10 Who is involved in the assessment process?

7751197671.! Dissemination

3.11 How do you disseminate the result of horizon scanning?

3.12 What is the information included in the report?

3.13 Who are the audiences of the report?

3.14 What is the timeline for reporting?
ﬁz?gjumau Monitoring and updating

3.15 Which channel do you use to provide updates?
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3.16 What is your timeframe for tracking the technology? tracking the
technology?
4. msasrunIedeuaziusdudayasznitsssnaaundn

4.1 Which countries are involved in your organization?

4.2 Do all membership countries follow a similar process of horizon scanning?

4.3 Are there any standardized criteria to prioritize and assess the new drugs
and technologies among the membership countries? If yes, what are the criteria? If
not, how do countries share and apply the HS report from the country using
different criteria for prioritization and assessment?

4.4 Can Thailand, which is one of the upper middle-income countries, use the

similar process and criteria of horizon scanning defined by your organization?

43



8.4 asUUsEyNNalILEUaNANTISANYIlATINTITY

“msiaumadenidalenieieativayunsdnduladniedmivinnsmsiinaundussuy
aunmnaszresUssinalne” iethiauesesamanisAng
“A3¥UIUNIT Horizon Scanning”
Fungiaud 7 24 A 2566 11871 9.30-12.00 1.
o viesUsea 1 TassmsUsudiumeluladuazulovnefugunin videussqumslnaniiude
Bidnnseiind TUsunsy Zoom Meeting ID: 928 2074 4242 Passcode: 12345

A v oy o
IYYDRLVITUUTZYY

1.

A R L e

N N NN DN NN P kol )l b b b
N U0 AW DN P, O V0 00 N O A WDN - O

fl. A9.80UDY ARERUDIET

NA. A3.ATINT FEAAGNBOL
n3. ey Yoty yayuseiasy
An.els Asuseznin
An.sunge wanadsna
NY.5UFA NINB9
UWAINITING LATOLAY

U 15795 haeios

an. sely @esng

. Y. ANV GWITUNA

L UWANIFIUN YATHAN
_unEAnIud Uiavisugen
. 03, ney. Vetum ugyUseiasy
.96, A9, UN.UIIAN ATEIUS
.36, AT, UNMANT AURAUNT
. A5 n1A NBIY

. n3.358y1 AISFllAY

- uNannMuRtin 5eRe

- T yadng

- WHBADYT YUNDI

L UNENFAATY IUNGNEUIT

. 9. NEY.DETYN e s UL TR
.96, UN.55E 155U15RU

LA AT NEY.AINTY AN

. ue. 95, Ay A Undin
50, 95, nay. Sy LiwaasT

MNPUTTAZTANI T UATUNI TR MSIA UGBV
nmsimwaadugauAnyINsIdeuarnsaseuinnssy
AU TEUUAG1TOULEY
dinauANNITINNTEISIAYEN
AUNNUAMENTIUNTDIMTLAZEN
AUNNUAMENTIUNTOIMTLALEN
AUNNUAMENTIUNNTDIMNTUALEN

nsuvTnans

NN UTEAMUEVAINUKIYA
ddnauranyseiuguaInusR

o w [

drdnauranUseiugunInuieni

o w

AtnauUsEAUFIAY

o w

AvnanuUsEAudIny
#01UUIIYITLUVAET Y
AUNNUAZNTTUNTALESUANGFERNS Az UIRNTTU

o w | 4

ANUNITUANENTIUNISAWFSUINYIAIENT ITYLATUINNTTY

L% 1 6 a

ANUNIIUANENTIUNTAWRSUINYIAIENS LA UINNTTY
o U 1 a a I3
ANUNNUANENISUNITANRSUINYFENS
AUNNUAZNITUNTALESUINGFERNS AT UIRNTTU
AUNNUAZNTTUNTALASUAINGFERNS AT UIRNTTU

[y o

AUNNUAEZNITUNTALESUANGFERNS Az UIRNTTU
IRYLATUINATTY

o 4 (Y (Y

ANUNITUANENITUNTAWFSUINYIAERS

[y

ANANTINFAYNIT

YLASUINNTITU

o

ANUNNYANENS IHAINTAUUNINSY
AMLNETANENS UNTINedeRauINg
ANLLNFUANERS UINeaeRauINg
ANTLNETYANENS UINedudedlng

a4



27. 5A. 93, NY.5UNTTY Soulvfmdy  AnzLAdTAERS UNINEIRBNRIAITA

28. WAl 05, NeYNquil aszldl  AndYANEns i Ingndeuiansany

29. av.ausiin luRvidnsdy dlnnuiauuleuigauanseninelsena
30. Miss Divya Lakhotia dlnnuimuuleuigauamseninalsana
31. A3.N5IN1 Nyvuana aunANEITeuasNanNFY e

32. A%.ARR ATIMUNG aunALETeLaTNanN AU

33. Miss Annapoorna Prakash  lasansusziiumalulaguaruleuniganuaunn
34. W9ENINHNT Wil lasansusziiumalulaguarulounigauaunn
35. ney.yad laysy lasansuseiliumalulaguazulouigauaunn
36. NEY.NIUNST EAAUUAN lasansussiliumalulaguazuleunenuagunmn
37. Miss Dimple Butani lasansussiliumalulaguazuleunenuagunn

38. 5A. A3 BaTyianidy lasamsussiiiuvaluladuazuleungauaunin

Léuﬂsz?;quaﬂ 9.30 u.

5. 13233007 BasyTanids nanadeusufitiianlssy wasduasingUszasduesnis
Useu WleLAUBHANTUYIUNTZUIUNS Horizon Scanning (HS) lushsuszina uavvedofniiiu
FonswUILNT Horizon Scanning dwsutssmalng anduitiddeninauenanisfinm a':jdé’qﬁ

N15AN®INTEUIUATS Horizon Scanning vudiumniwedlasiniside 15ee “n1swaun
madendeulsuieiieativayunisdnduladniigdmivamsnmsiinaundussuugunmniads
yoUszinelng” 4 lassnsusedumaluladuagulovieduagunim (HITAP) léfuneunaeain
AnzvuIavidelausidswlauiglunisihersimunaseddedidnnisidfsuinsidndudns
Usglevilussuundnusziugunmuisnd lnefngusrasdueanis@nuide eidilanszuiuns
Horizon Scanning §13UN15AnANL 1ATIEY LLazmmaauui’mﬂiim%’ﬂwﬂiﬂ%u@ﬂﬁﬁﬁml,l,wqﬁl,‘flu
uinnsaflmilutssndlng seidouisidetsenoudae 3 duneu Tdud 1) manumuIssunssuwuy
fUATEULIA (scoping review) aMngnuteya MEDLINE 2) msUszyniidnvguazgiidiulddin
evossinalszina laun International Health TechScan (HTS) w3aU1eANsINT0I2AUUIUIYIR
A 11U Horizon Scanning, Malaysian Health Technology Assessment Section (MaHTAS) UsgLne
1118188, The Canadian Agency for Drugs and Technologies in Health (CADTH) UsinalLauIn,
National Institute for Health and Care Excellence (NICE) @131991041905 3) miﬂissqm%msmzy
wazdiidnlddmdsludssinalng iednvideiausuusiisadunszuiunis Horizon Scanning
dmsuuszmelng

sﬁagaﬂﬁﬂﬂﬁwUVI’JUﬁimﬂﬁuLLUUﬁW‘VIuWUEJULSUGI (scoping review) ?ﬁq‘dﬁam Horizon
Scanning #io Maszywmaluladlnluaziiiadulminoufissimalulagdululfluuimisufofase
ieUsviliunanssnuiionainiunasiiieldlunisinaulad@eulouts nszuaIuns Horizon Scanning
Useneusie 6 Tuneu Tiun 1) nsseyUsziiunieade (dentification) 2) nsfinnsandmienitate
(filtration) 3) N15IREIRUAINEIATY (prioritisation) 4) N15UTELEU (assessment) 5) N1SLNELNT
(dissemination) uag 6) N13UuUTeyaliviualy (updating information)
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N3¥UIUNNT Horizon Scanning HUselevuunynnIndIu 93819uNua19nindmsunisdnnig
funsadauagn1sidngte, nmswisunundoulunisairesssuuuinns gunsaluagiaiosile, g
mMuuaiian1iteldglnasnndesiumalulagluouian, n1saunulussaul)uRnisvesesAns
warnsitmLdngnmyaansLiiosesunuideifedestu Horizon Scanning lusuan sauiadiy
nsWalenalunsadvayunaluladlva [udu eg1alsiniunszuiunis Horizon Scanning &4l
Auimenazddeiinsfinnsamninisdads wu arududouresnisysanmadituszuy
guamiiileg wagnslinimernsdudnousin
iy Fszgalddueiuse anuiuadlifoauouustonamsin Tnsaslussifudeiolud
1. 8AUTIINANTISAN®INTZUIUNNS Horizon Scanning TusnsUszna

6. A5 Un.NeAng FuRduns Ideuwusiuisaduiatefiaz@nwn Horizon Scanning avsdl
anutaauidunisfnuinelulad o1 viowdadusiviele uazindefidenfnuimsdiledfstoya
45905 (patent landscape) wazgnsimealuladluldldegiauad (freedom to operate) iilosann
waluladfivuasioudmnfindymansasenarililibedensianlflulssna uagldduatunis
GRY

sA. A5, un.UasAN Aseitus dededanmd ssnrsiivuavouinavesdiin “inalulad”
pndegraty naluladnisunmduaiug (precision medicine) winveneluluseduiilngnindu
precision public health fiftagihdeyaluldusslaviazunnsefulumumaluladidn dafy ogls
Aowaluladiauls sUuvmsevnalusgils uariinansynuuas/mieusslovirengy firdoyald
1Usslomadnsls uenand nansAnwnnaluladiiaulasin nszuaunis Horizon Scanning 2%
awnsadluysannisseldegasls ielmAnnisd suntasluszuuauaim (redesign health
information system) 7. 1325507 daTuands TideyaiufuAsrtuveulvareanisne
Horizon Scanning @ 13¢d uag FuuIunwpsUszmalngdMaslianud Ay fuUssduniengs
weluladln alulafogluiunoulavesnisiau wassumosnmsUszguifidnlddudoannsn
elusEYIaUUAYDINISANY Horizon Scanning tagufiu

6. @3 un.nerng Audduns Tdewuziiiaindn Tunszuaunis Horizon Scanning e
asadudumeunssrymaluladuasdiunmuualiinvounelulofinaduitsdgiematn aas
FadanauiiForviaganizdinu (Expert committee) Tuwsiazmaluladfanann Widanidausanlu
manumnudeyauazliauiiusne Tuusazmealulad Fadutuneuiidduariinddolfauslusis
NFEUIUNIT

371, A5.25507 Basyianids neuUssifiusAUuTe IAEITUANLUANANIYBINTEUIUANT
Horizon Scanning fifisaInsARIEensuaznAluladLuUIALTegudd WU rapid assessment
v38 economic evaluation 1flmnuumnsiuluTazdenvesdoyaditultlunisuszifiu 3
N32UUNNT Horizon Scanning LHunssunadeyaveangumaluladfiauladusduneuniside
Wawn (research and development stage) 53189157 35emnenafinluseesdl 1-2 (phase | and |l
of clinical trials) walun1susgiiiumalulagnag rapid assessment %38 economic evaluation 3in
ideyaiiimuegluduneumsnasemsadindu 3 uly

HAl. 93.9598W5 F3ARdNEal deunuALLAEIdoswes Horizon Scanning Unit fulasianis
early HTA malﬁﬂuﬁ Medical Innovation Development and Assessment Support (MIDAS) W@y
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Wun15tnsEUIuN1S Horizon Scanning wldifiedadiduanuddgyesmaluladifien1side se.
n3.9330007 Basu Tty 1iveyaiinszulunts Horizon Scanning avinlinsAnlioniiave
waluladdmiunisdszdulag early HTA fanuduszuu 49901505 nwfid erw1gyan
f9UsEwA WUT1 NSEUILNIS Horizon Scanning FaelimsdnidenmaluladifieUssiiuluduneu
flufiarnulusdauniu

Ngy. 51AT M09 IidaiausuganszuIuN1g Horizon Scanning 11A5AmuaingUsease
Tunsnwn veulvmveamaluladivinnisdnu wazdiidesnsideyaluldlidaou uarlidoya
Wiafisieniu Horizon Scanning ludszmauiadeinanunsathunusuldiuusunvessemalng s
ilesandiguuvuvesszuvgunmdilndidsedu
2. afuTedaLEuauuENIzUIUNT Horizon Scanning vasUszmdlneg
Uszdud 1: viruAadn Horizon Scanning aziiUselevinaasAnsvasvinuegngls

NUsziumausang1 fidrsmlssruanansadenaeuldiinnia 1 9o wuin s
1921315791 Horizon Scanning 9a8lun1sinsunudnagnsdmnsumaluladaunin (17 au),
Horizon Scanning Faefamanaluladiingulug (13 Au), Horizon Scanning 118719 LSANTS
Funuii evi liiAnautuadlussuuuseduguan (12 aw), uag Horizon Scanning 42855y
wieluladfisunlthiagdats (@ au)

2.1 0755/@97% Horizon Scanning Unit

un 9355 waaFes ieAnfiuiiuini didnsumdnuseiugunmisisnd (@day) e
Uszasnfiazld Horizon Scanning tiuwadasiowfiedaelunisdndulalunisideneluladlsogi
sasuazdue uasiausls HITAP Wufdnds Horizon Scanning Unit Tageranuandulasenisdu
viodasaduniisnen wena1nid Horizon Scanning Unit faanunsarfeuleadndudiuniwes
N3ENTINTAUANYY INe1ANans Iewazuinnssy (21.) wazilvowuvthli HITAP Javiasudeys
LWUA3SARS Horizon Scanning Unit Tnedsznaudne Uszlowivemnaen msadiawannim uay
SunusuUszanaild

A. n5.auUee AaIenUesasIe Iidedaiuaivayutowuzdives un 45795 wausas lu
Usifiun13dnds Horizon Scanning Unit ms1zasidulomaliiiuunsssmedivnianisuesnmouias
vounelulad F3n158ARa Horizon Scanning Unit Aewdunisadrslemaliiulssmelnede st
Paelunmsosenaluladiifieg dwiunisdasa Horizon Scanning Unit 91913 uduaINN 158G
aunAuiailouasdng (virtual consortium) toln1sAndunisluteusndanudululd lasisy
Fuipdsuniesu (unit) NTAYILANT MIETIMUALITIUTINGITBIaLazildlddde
lesufuimuainguszasdvesnisaniiuny uazUsslonifléannnszuiuns Horizon Scanning

2.2 guassauagmaunmeluyszmealne

37, U 35z 255un3n SamnanAsuussaunsaiinnsAnuideUszana 10 nindikIuI
Tulasen15nsAum (scanning) naluladguninludseindalvesiuduaudanududanugaine
enans (TCELS) iadumunalulaflutssmeriandnfurinazszuuning wedndenimaluladi
ansandndulazsogeniil onsamuativayuiavgialulssnalne viedesonlumaluladi
annsafiunadnsnaguawluuszmalne Jsmsdnudsnanddonsiiansan Ae sududedd
n3ngnssuauanalumsfumamAdelussma wasiiiutoya Sednlnaidudeyausund (orimary
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source) @1msun1suszidwnalulad Tuusziuszauanunssuvesvalulad (readiness level)
guassafiiniufle mautsdussnineesdng (competitiveness) nsngnslinumedoyadednviiliin
aud eslunisaenideunuy deiu lun1sansunutil efinw Horizon Scanning 39A95Wa157
Uszinumina1n9uiie drusuensauns Tullagduyaainsmanisunmd laneneuauss1siaiung
wielvssiiiunuduauazdaingyadnsusslond uins@nw Horizon Scanning lugnsiAumed
fnqusrasdiuanssfufussaunmsaiinediu dadu emstmuaingussasdlidnay maedlald
dudsiiisdeszunnietiunuusiay Tnguszasd

2.3 A32121A13 Horizon Scanning luysuialye

WAl A5, NEY.NOwl aseydl wae KA. AT A.aiF AHa TiAwugd1in AITTEYTRULYRTDY

ns@nw, 33nsluudazduneutesnssuauns Horizon Scanning WATITUNTBUNIANEINTUNIS
sfunsluusiastumeulitanu Selutseiull sa. asassmgd Sasu ity ideyatn fuided
3136 Horizon Scanning Unit aastduginsuansaumaidana

57, A5, noy. A WA AeunuUTsfiunsdsdenadnsanmsusedu early HTA Lo
uswidiu full HTA Milduneustisls sa. asassani dasiyTanids Titeyatdmiunssuiunsds
sodsnandilildfmuauidn enafiunmsufufulsusdmiioannisyiaudidndou u Horizon
Scanning aztdumsafiuneunszuiunis early HTA

wd.a3n3 wseuns WdeAniiuin nsutyinaradudwesUaei fe ndwinmalulad
TslidndUny¥emanuvansna nsudndnasdensiansannisiingng FaunsyuIuAng Horizon
Scanning 9xilUTelevRREITNIUANENTINAITDNIMITUAZYY (98.) LATAMEATTUNITHAIUIT TN
ndnuisrdlunmsfiasamaluladlndluduneuvesnisfinnsuen

w.a.39u1 ynsian Wdeyadn Tun1sudinszuiaunis Horizon Scanning L41g s¥UUN1S
avuayuuesdnulsEAudIny AUN1INIITNIVIAMLNTIUNITNITLINE U Fardu iledl
AM39A6s Horizon Scanning unit wazdinsirldldlunisiansanmealuladsineg i ek Iudng
Useloviiseruseiunu TWiuideddads Horizon Scanning udsradinauussiudsmumauiiie
fseusiely

2.4 Ys¥lywyein)szyaun1s Horizon Scanning

3. ney.Uetiun ygyuseiasg Wiveyadn Horizon Scanning annsatslunistunsdeuld
iesandagtudeyaiiearfundndusitninantdndds masinsfumedadussuuazanunsarila
diunmsuvemansuriingldesneiaian

n3. nay.Base nvzsuyTanl atuayuuszleviivesnszuiunis Horizon Scanning fidsnsa
Paglun1saununagns (road map) vesUszmasumaluladgunim Tnslanizeg1edanisiimun
YBULUATBY Horizon Scanning F e fidulddrudsarunsairdoyadsnanluldlunisisuny
gmsmansvesesAnsld Inslamz 88, MnthnszuIuns Horizon Scanning Wnluiudumilslunns

Nimstunzdeuiiofuseanelulaiivy szdrelrineluladlvaanunsovluldldass

as.Anfun e3muna Tiauiudinszuiuns Horizon Scanning wenanaziinuselew
AonsyuIuNTITewaziauTulsEnaAkdd Ssanusarieligimungndnsusslovimuwulinges
waluladluourrniunaluladlafivszdansamuinnin maluladlarmdsazdinds heomso
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sulszanaatvayunad fanalulading uaglvdeiauonuzinludunou peer review 104
N3¥UIUNS Horizon Scanning A3slasuAuTiniiengladulaadiudsnnaindiu

n¥anmsedvse ny.yad Tayy Fenanasuidmansvenisdada Horizon Scanning 1
annmiteyaiieltlunisnsunuuas fvuaulovsredunazesdng Tnguszassvesnisdad
ASEUIUNS Horizon Scanning Wilensaadumaluladlmivieintulmivieduneunsiau waziiio
Jundngruatvayuuleviedmsunisnawnunineginswazn1sdnasssulszanavaamalulagln
Feazdoulumudmineuas Snguszasdvososdns
Uszifiudt 2: vinuAndhasdnslanndudfuiinvaundndans Horizon Scanning Unit

fuszyuldausdentdns arsqldun dnfnnuanznssunisdaaiuineimans Isouaz
WINNTIY (@nan.), @aaTuidysruLansNsuay (@354.), N1AAFINNTINYI, NUIBIUVBY 87, d1n
WIBNTFUUNT, an1ia, aua., nirenulunsenseansisuay, HITAP LLazi{ﬁﬁaamﬂ%’Usﬂmﬂ
910 Horizon Scanning
Usziiuil 3: vinuAndmisssnilannfuumssfunuaiusyunssuay Horizon Scanning

INUsTAUAaINRINGT @ansaidenmauldunnndi 1 9o wudn unawuide wu adsa. (17
AU), NAYAAINNTIUUAZAIALLNTU (9 AY), TTUUUTEAUAUAIN LU audw. (7 AW), NTENTI
15150487 (7 AW), UaE B ABU 3 AU

f. a3.aules Ad1guuesae innuiududuluussiduding1idn anad. aasdu
A uauuIuUTENIiaINIUYag1u Fundamental Fund (FF), @35a. Tinulainsiznssuiunis
Horizon Scanning WnlUldlunsimussuUgun I MI8UTIMTLAZINNITNUAIUNI TR AEIAY
wagnuiuMIaaatugeufn Myideuaznsaiauinngsy (uwe) Wussdnsididvanelu
madeulssianisvesmaluladuazfaniseuian 1wy Inemaninisunng fafu uwa. anusel
nsatfuayuldiguiu muianiaensuausaliuseleniainnszuaunis Horizon Scanning 39A73
dunsafuayuanaaentuiuie dndudnounthisaudug mneds ssAnsszrinasemned
annsadfuaduayuiiiofmuuszvaueidouluduguam waziieliimunduuwuuioinsg
sEMIeUsEina
Useiudl 4: viuAnimiteaulanisiisadesiunsinge Horizon Scanning

nUszAufeng ansaidenaeulduinndt 1 4o wul1 wnaswuive wu dia. (15 Au),
sruuUTEAiuaua I Wy adav. (11 Aw), NTENTIETITUEY (12 AY), §1INNUAMEATINNNTEINIS
waze (9 L@e9), NIAYAFINTINLAZNIALLNYY (8 AU), aoUUIY (14 AY), way 2 ﬂuma‘ugm
Uszuiiudi 5: A1Uszmalneiinssnnenszuaunis Horizon Scanning siadamaluladlnadslasu
nMsUszidiunau

MnUsEifudna1 wuiidl 3 auatuayuitemaluladnissnwiifisaung (high-cost
therapy) uenaIniifinsatuayuiade nisfnwuuuitiuguazsimzuiug (precision medicine)
walulagguunun (gene therapy) unnAdvia (digital health) Uyey1Usedwg (A) nansud
MsuNMETugs (ATMPs)
Usziiudl 6: iudndnlasazldFuuslevigegalunszuaunis Horizon Scanning
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PNNANTTINGIAYU JUAU 1 UTe1¥U dUAU 2 STUUUTEAUAVAIN TUAU 3 NTENTI
A1515UAUUAELTINGIUNE SUAU 4 A1INTUAMENTIUNITONMITUALYY SUAU 5 N1ARRAIMNTTULAY
AALENTL SUFU 6 antuiTouasiindde wasdusu 7 duq
Ussiudl 7: inudadussmdlnefiaausidudasdnnenszuaunis Horizon Scanning anntiae
wesln

nUszauiana aeuadnduain 9 au S1dudiunans 9 Au war 1 Aureudlidndu
Uszifuil 8: viuAndndinszuaunisdulaluussmalneiifinanuadieaieiunszuaunis Horizon
Scanning

nUseiiudangn deneudil wmAdAnsaEunuUINgY (focus group meeting), Delphi
method, NM55UHIAIUAALAY maé{’ummﬂéﬁﬁmmL%'snszjflmﬂuﬁlaﬂmL'%Iawﬁﬂ (key opinion
leader), MINUNIUITIAUINTIH (literature review), kazlAsiN1TRAMLITUAAIUS Y IULAZ LU T
sunanfiauayusomalulad iy useivg davinlae anan.

A. N3.a0UB3 ARENUBIATI IHT0AUNAT NITINTIIUNUENSAIANTVDINUIBIUAINY) 3]
SnwasfindefunszuIuns Horizon Scanning luiiy
3. UszifiuaAuseuazdadnanuiiauia

n3.AnRIN AFTAuna aouauiiean1sian1sAnw Horizon Scanning 91n#nsUsEMAIN
Usultludszinalnelavsold se. n5.2530097 dasiudanide ideyadn anwnsadwnldle insigain
Msvinufidermguazdiidulfdudsnniaszmeldinnifeyaangudoyavessemady
wldauiu usegelsianu BnsuszdiunaluladasiduuiunvesUsznelne

sa. un S5¢ 235u§etl LaueingUizasAves Horizon Scanning luseduuseina fe 1) Lilo
atfuayunslfauuszanasnuuaznaluladavamedavanzan 2) Weairsmeldliiudszina
nnsunmealuladfifuwilduiiaunsoadeneld waz 3) wWewdlulgninslulszmanay
sewrinsUseina uslazTngUszasdenadifildnlfdudeduandetu fafudfuRnveuasndudiioua
awlng) Ao fguiavieditnuiendguund anduisuinuidormguas]idnldduden
ToguszasRlunenas JatuayuLazINaImuITLANA TN INUTEANTINURALAILABAAR BATTU
ulsnnedeiduiy ogelsfinnu newdudnds Horizon Scanning Unit fiudsbmssvyTnguszasdlv
Forau wazimusdidwlddmdslunrasingusvasd iedudoyadmivgimuaulouiouazd
AeadosnilUldlunsiadulanisdnds Horizon Scanning Unit sigly

ney.58A1 nmes Timuiuln ee. agldusyleviiann Horizon Scanning ¢ wnanansalw
foyamenmseuarenuitiunmsinddunnuddyuasnisusediu feyaansienuues Horizon
Scanning Unit anusatunldusznaunisd unsieouesnld saufsnsdmdansudigdydeman
Wi IRLaEN15LINANY

u 35395 uaaos idolausuusnifisniani1 avay. dioamslii Horizon Scanning AsaUARMYLY
g1 walulad uaziedesilounng mszazivsslovilumsiauyndnsusylonilusuian uazens
ynennuinguIzasdiiiensamuuarianeluladlulsemanagiiioatsnoldidnsemea lag
Horizon Scanning @nsnsatreumaluladluUssmandunldilunstaundnss dWeliimuly
UszinanazuanUsemaanansoh Ul lnslamziadesilounnd uavaiuayuinguizasd 3 Toi
iualag 6. un.55z 355U1TRY
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4. Tarausuuideulauny

ngy.yad layg dnaueiisteausnusdnleuisidailaefiuids Jaasiinmsuiudeu
n¥rnnsUszgaiiotiauenansfneilasamsided se. 550 SasyTaids Waglamem
Y99NTUTEYNIAENENVBUAML TN IWUTERA YL wazudeiiussyndn Fuideavdenonunns
Uszallsmnyiufinnsanuas fusessenunsuseramisdiue Teiaueuusiildsuaniisealutuid
v lufiudslunenuransinwatuasysaiioly

Uaussyuian 12.00 u.

DQYLNTUANT 1RAAUUM M. AT.25504R BasyTmdy
RGTRIGERGITY W9EAINUIT il
AN 18UNTUTEYY ANTIVTIBUNTUTEYY
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8.5 37897 horizon scanning avunelng
1. NENNTUALIUAKE

A WMAAafAT ued wTaulur mnnmsTeRk T udanguanaEi N
Ingrmansuaznisiaumalulaguinnssuniuguainegislidesasde’ walulagauguain
vineds alulagmanisunmdla 9 Aldlunsliuiasduguam desulufenisdaaiuuaznis
tasifu ms¥nwnagmsitunanmuaznisquasreze’ 01 gunsal 353098 inons waganans
ansnsngy mdusodswesmaluladfuaunmitedu? venanildelimeluladguilvslsiuauann
fgslalldianldlussuvaunm uazddseglutunouresnmsfauilunsmaaemendin (seozd
2/3) vidoogluiuneurounisind g’ Sudunasnmaamusnaunnegseidedunmsifouay
WA

dessufisuiuuunuioiinsgu wuin weluladguflmina diussansualunisliue
dnsiimdeniiuazdieuiuussauamdialaesin’ egslsAnie madndromaluladdenan
Fndusosdiiunisednaseunoy tilesanmaluladlnddulnginaganizddnvaz iy
uinnssuuazdosldalddnglunisndngegieidoddn’ uenaind wansenuarnmaluladln
FanandadammusndiuliluusazsUssmanazsuIunmsansisaay SailiAnnnushngluns
iidamaluladnanisunmdifsangegisdsdunazidusssy lnsamylulssmeadifngldnuas
U1unans (low and middle-income countries: LMICs)® n1sUseidumnalulagaiugunin (health
technology assessment: HTA) tfunisluinissiiefildiitonsusvidiumaluladmani dslnealy
wa23z7N15UTEEUTUY19e 9 29358 Ineunalulagnisn1sunng (medical technology life
cycle) SEUUAUMIAINLI B9 S8UU horizon scanning T¥elaiUsaulunisvrglrnisindula
Ondneduluegnelusslanazd19dannnang udelszdng nasnautislunisaianisalnisdnass
sUUsEINAIE M UNEAAusT s suNmETiTis A

N3N horizon scanning vimthillduszuuudafousamiitefumalulade@lnl
AUFUNN UAEFITAIANITAIRANTENUNINTRUKAENIARTnInmAlulagiind Tngusvasdves
szuuil fo iteliteyaundimunulous §9e wasdliusnsassaguivitumaluladiviuay
weluladgUlnmi ilevaglianunsodadulalaesiedennndngudalsedny neuilmaluladnis
naunndgiRlvaiduagldfunsdnsinine™ iesinssun horizon scanning Sunumdiddny Tu
Uszwmaaun¥nvesannmglsunaigyssine’ saudaUseneoednsiay LANINY LaganII¥eINIaNg
FuughlildsruviidutuneuusnuesnisUssdiumaluladduaunw ielinsdaduladuuinng
qﬁumwagjuuﬁugmﬁuaﬁayjamﬂﬁfu LW Horizon Scanning Service 989 Innovative Global Health
Technology Useinawn1uala Malaysia Health Technology Assessment Section (MaHTAS) wag
Center for Drug Evaluation Tuldwiu lalgszuu horizon scanning Wagniumalulagaiugunin
wanvangUssanlugiiniaeide lnganan Agency for Care Effectiveness (ACE) Tugaaluslasuld
spuuiliguiu

Usvmmlmé’thﬁummmﬁmLLaL%q horizon scanning g1 un1anis JagUudidnau
AAIYNTINITOMTUATE) (08) Hunmhenuiinihiifduguasuazmaluladivsl 1 Inwsaudleriy
NPEIRIGITG nelAnIzNIasIsug e nsuIneImaninIIung uanand nsiATe
anun1salanaaiFes "MatmunsIAen ANandenvesn wagauaansalunsomelulssne
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Ine" nud1 msimwenduannznedeniiuasunadluegnasni uazUsamedlvedonissyuud
wannInnTnaey Usuuss waslsadiugidsnadanvesenaiell q Idedasiaueiiiedassy
nadndsevdalnaidngn’® fewal falarudududsiulunisdariszuu horizon scanning
seiuUszmafiazansnsafumeuasmaluladetilminidsegseminensiaunle

msfnunildudumimedasimsidondnaneldnisinuveddassnsssdunaluladuay
uIEJmEJG’ﬁu?jﬂJmW (Health Intervention and Technology Assessment Program: HITAP) laglasu
nsaduayuanddnaunanuseAuguaInuied (@avav.) wagnuidgainan1vuidessuy
a51584g (052 Ineiiimanefaeimuymadendlsvedieativayunisdndulalumsdnde
dmdummsnisifisnunddulsemalne fgussasdvosmenuatud fe e lanssuiunis
horizon scanning d3UN13AAAML 1A LLazmwaauuifmﬂiiu%’ﬂwﬂiﬂ%’juqqﬁﬁmmLLWqﬁLﬂu
winnssuluy
2. 52108U3599Y
fuAsel933nsanstunouliievhaulaszuu horizon scanning lusnsUszine Junoud 1 ns
NUNIUITIUNTTULUUAIMUAYBULYA (scoping review) ATBUARNAITINAAIIL NTLUIUNIT kag
YeyaLdedniAeaiuszuy horizon scanning suilufsnsUseifiutesing dadeiaty uazguassaii
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Experience in using HTA for expanding UHC benefit
package to cover rare diseases and high-cost drugs
among seven middle and high-income countries:

A targeted literature review.

Key messages

e Treatment for rare diseases is typically more expensive than medications forcommon
diseases given high cost of research and development and small patient population

from whom to recoup costs.

e The term "high-cost drugs" and "rare diseases" are closely associated and often used
interchangeably. In general, however, while countries have a clear definition of rare
diseases, the definition of what constitutes high-cost drugs is still debated.

e Among seven countries reviewed, most countries have similar definition of rare
diseases, and only one country, England, explicitly define high-cost

e Australia, Republic of Korea, and England, have special pathway for reimbursing high-
cost rare disease drugs with certain requirements that must be met and the require-
ments must be met. The pathway must be reviewed, its cost-effectiveness assessed, and

approved by the decision-making authority.

Background

A rare disease is a chronic disease that can cause
disability or can lead to premature mortality
in patients. For drug companies, recouping
research and development costs from a small
patient population is harder compared to drugs
developed for common conditions. As a result,
treatments for rare diseases are typically more
expensive than medications forcommon diseases.'The
term "high-cost drugs" and "rare diseases" are closely
associated and often used interchangeably. In general,
however, while countries have a clear definition of rare
diseases, the definition of what constitutes high-cost
drugs is still debated.

Health Technology Assessment (HTA) is a multi-disciplinary
tool to help inform decisions around the development
of the health benefits package for the population of
the country and is being increasingly adopted by many

countries seeking to achieve or sustain Universal
Health Coverage (UHC). However, for rare diseases, the
use of HTA to support decision-making for developing
the benefits package poses challenges in terms of them
not being cost-effective.? Therefore, treatment of rare
diseases is rarely included in the benefits package of
many countries.

This policy brief provides a summary of a recent review
of the definition of rare diseases, high cost and how HTA
has been used inthe case of rare diseases in seven coun-
tries.The countries were purposively selected based on
them having established HTA policies and availability
of resources in the public domain. This review will give
readers a better understanding of the current situation
of rare diseases in the healthcare system, as well as
the potential role of HTA in providing support, allowing
them to adapt these processes to their own context.

Definition of rare disease and high-cost drugs.

Based on a targeted review of seven countries, namely Thailand, England, Malaysia, Australia, the Republic of Korea,
Canada, and Singapore, it was found that all countries, except Malaysia, have explicitly defined rare diseases. Six
countries reported a definition of rare diseases: Thailand, England, Australia, Republic of Korea,Canada and Singapore.
In Thailand, a rare disease is defined as one with fewer than 10,000 cases per year, whereas ultra-rare disease is
defined as a disease with fewer than 1,000 cases per year. The topic of rare diseases is important for health policy
development in Thailand because Thailand aligns with and prioritizes the Sustainable Development Goals (SDGs)
principle of ‘Leaving no one behind,” and the goal of its UHC policy is to provide equitable access to essential health
services for everyone, as well as to protect households from bankruptcy due to high health care costs.

The definition of high-cost was only discussed in the England where a drug is considered high cost if (i) the drug and
its expected associated costs of care are disproportionately high compared to the other expected costs of care within
the Health Resource Group (HRG), a standard grouping of clinically similar treatments which use comparable levels
of healthcare resource (ICD-10 and OPCS), which would affect fair reimbursement, and (ii) there are, or expect to be,
more than a £1.5 million spend or 600 cases in England per annum. All countries reviewed have a special pathway
and /or consideration to reimburse drugs for rare diseases (Figure 1).
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Figure 1.

Definition and Special pathways of High-cost drugs and Rare Disease

Countries

= # £ @ x @ o
‘ Definition ‘ Thailand ’ UK ’ Malaysia ‘ Australia ‘ Korea ‘ Canada | Singapore
High-cost drugs Q ° 0 0 Q 0 0
Rare disease 0 ° 9 0 9 ° 0
| Special pathways ‘ ’ ’ ’ ‘ ‘ |
High-cost drugs* ° 0 ° O ° ° °
Rare disease drugs* o (] (V] o (] (] (]

*high-cost drugs and rare disease drugs are closely associated and often interchangeable

Special pathway for accessing rare diseases and/or high-cost drugs and its criteria.

Given the scarcity of literature describing rare disease pathways, we selected three countries as case studies (the Republic of Korea, Australia, and

England) to elaborate on these processes in the section below.

Australia

Starting in 1995, the Australian government has provided
a special pathway to increase access to rare disease drugs
through the Life Saving Drug Program (LSDP) which applies
the "Rule of Rescue” (ROR) principle. Australia has set up a
"Rare Disease Benefit Review Policy Framework", adding to
the existing general benefits review process. When any new
drugs are being considered by the Pharmaceutical Benefits
Advisory Committee (PBAC) and are found to be "clinically
effective but not cost-effective", they will be considered further
under the LSDP. ®

To meet the ROR claim, a few factors must be considered:
there is no alternative treatments exist in Australia, it is a
life-threatening disease (a severe, progressive disease that
can lead to premature death), it is a rare disease (affecting
a very small number of people), and the proposed drugs
provides a worthwhile clinical improvement sufficient to
qualify as a rescue from the medical condition.* See Table 1
for specific criteria for inclusion in the LSDP.

Republic of Korea

In the Republic of Korea, the task of HTA is now being
conducted by the National Evidence-based Healthcare Collaborating
Agency (NECA) under the Medical Service Act.® Since for newer
therapeutics targeting rare diseases or diseases for cancers,
thereis difficulty in providing pharmacoeconomic evaluation
(PE)evidence and usuallylack alternatives treatment, pathways
suchas:a) listingasessential drugs b) Risk Sharing Agreement
(RSA) and c) PE exemption and d) price negotiation waivers

Table 2.

Pathway

When no alternatives

Essential Drug No alternatives

patient survival

Risk Sharing Agreement No alternatives

diseases

Criteria

Treat life threatening conditions
Treat small patient groups
Significant improvement in clinical efficacy or

Anticancer agent or serious life-threatening

)
g
o

Criterion Notes

Thedrugis a proven therapy forarare butclinically
definable disease

* <1per 50,000
* High lifelong cost burden

The disease is identifiable with reasonable

diagnostic precision

* Data for disease progression without treatment

* Life extension can be represented by
disability reduction

Evidence of significant reduction in age-specific
life expectancy due to the disease

Evidence of significant life extension due to
the drug

* Or significant disability reduction

* Surrogate outcomes data is acceptable if
there is no survival data

The drug is clinically effective but rejected for

PBS listing due to the lack of cost-effectiveness

No lifesaving alternatives on the PBS listing or
available through public hospitals

No suitable and cost-effective non-drug therapy Such as surgery or radiotherapy

The cost of the drug is required per year is an
unreasonable financial burden for the patient

The proposed confidential price of the drug
compared with effective price in comparable
oversea markets

The proposed cost of the drug compared with
the cost of comparable drugs already funded
through the LSDP

HEBSEGEEREEH

Source: Policy Brief, The Life Saving Drug Program: Australia’s pathway for
high-cost drugs, available at https://www.hitap.net/documents/185668

that are different from there traditional route as shown in Table
2 have been adopted by the Republic of Korea’s government.
The process of pricing and reimbursement for any new drug
is heavily influenced by the presence or absence of available
alternatives. Alternatives are drugs that are currently being
used for an equivalent therapeutic indication on the regulatory
label.®

Notes

Life threatening- 2 years or less of life
expectancy
Unclear definition of small groups

Refund based RSA most used
(mandatory PE evidence)
Contract term- 4 years can’t be

Pharmacoeconomic evaluation
exemption

Price negotiation waiver

Should be approved via drug review committee
on severity, social and ethical influences

Rare disease and rare cancers

Clinically effective proven by single arm RCT or
phase -ll trial.

Drugs to be listed in at least three of A7 countries

If pharmaceutical companies accept the weighted
average price, itis allowed to pass the negotiation
period of 60 days

PE, Pharmacoeconomic evaluation; RCT, Randomized controlled; RSA, Risk-sharing agreement; trials.

Source: Lee JH. Pricing and Reimbursement Pathways of New Orphan Drugs in South Korea: A Longitudinal Comparison. Healthcare (Basel). 2021 Mar 8;9(3):296. doi: 10.3390/healthcare9030296. PMID: 33800373;

PMCID: PMC8000795.

extended if alternatives exist.
No expansion of indications for P&R

Expenditure cap RSA- with the
pharmaceutical sector
Price- based on lowest adjusted list
price from A7 countries.
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England

The National Institute for Health and Care Excellence (NICE) in
inEngland has a special guidance to consider reimbursement
for high-cost rare disease drugs known as Highly Specialized
Technologies (HST). This evaluation is based on factors such
as 1) the nature of the condition, 2) clinical efficacy, 3) value
for money and 4) the technology’s impact beyond immediate
health benefits’

Decisions are made based on the findings of an economic
evaluation study for HSTs, which are benchmarked
against an Incremental Cost-effectiveness Ratio (ICER)

of £100,000 per quality adjusted life years (QALYs) gained.
The Evaluation Committee will apply a weight between 1
and 3, which corresponds to the incremental QALYs gained
per patient over a lifetime horizon of 10 to 30. For example,
ifincremental QALYs gained (per patient, using lifetime horizon)
is 10, then the weight applied is equal to 1. For QALYs gained in
the range of 11 to 29 and greater than or equal to 30, weights
applied are between 1-3 and 3, respectively.

See Table 3 for summary of special pathways from three
countries.

Table 3. Summary of the special pathway for rare diseases and/or high-cost drugs

England

1. Definition

11 Rare Disease Number of cases less
than1in 2,000

1.2 High-cost drug Thereiis, oris expected to
be, more than a£1.5 million
spend or 600 cases in
England per annum

2. Pathways Highly Specialized
Technologies (HST)

2.1Criteria 1) Nature of the condition,
2) clinical efficacy,
3) Value for money
4) Technology’s impact
beyond immediate
health benefits.

2.2 Agency National Institute for
Health and Care Excellence
(NICE)

Countries
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Case study: Topic prioritization for high-cost drugs in
England

The overall flow of topic prioritization for high-cost drugs
can be seen in Figure 2.

To determine which high-cost drugs to fund, the NHS consults
with a committee known as the Clinical Priorities Advisory
Group (CPAG). This committee oversees reviewing drugs
and therapies including those used to treat expensive and/
or rare diseases. Members of the CPAG represent a diverse
range of expertise and include NHS stakeholders, patient,
and public representatives, and clinical, commissioning,
and finance experts. The CPAG is not a decision-making
body, but it plays a significant role in developing
recommendations.

CPAG creates a "Boston Matrix"to aid in determining which
drugs should be prioritized when they are all more expensive
but provide greater clinical benefit than current practice (i.e.,
drugs which falls in top-right quadrant of cost-effectiveness
plane). This matrix divides the top-right quadrant of the
cost-effectiveness plane into nine additional compartments,
dividing the benefit (x axis) into three categories (low,
medium, and high benefit) and the cost (y axis) into three
categories (low, medium, and high cost). See figure 3 for
Boston Matrix example by NHS.

CPAG will classify the clinical benefit and cost of drugs
into three categories (low, medium, and high). There will
be clinical and economic experts who will forecast and
provide input, particularly on drugs costs over a 5-year
period. CPAG will summarise the drugs into the Boston
Matrix and forward the recommendation to NHS England
once all information has been gathered. NHS England will
then decide which drugs they could commit to funding. See
figure 3b for 5-level of priority by NHS.

If some drugs are not considered to be funded in the next
fiscal year, CPAG will review those treatments within six
months, and these drugs can be considered up to three
times. The final decision is made by NHS England, which
must be approved by the NHS Board.

Figure 2.

CPAG creates
Boston Matrix

CPAG recommends
to NHS board Matrix

CPAG, Clinical Priorities Advisory Group; NHS, National Health Services
Source: Simplified and/or adapted flowchart prepared by authors based on
information available in NHS website®
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Figure 3.

Source:
NHS website?

Figure 3b.

Source: NHS website?

Note: CPAG forwards the recommendation to NHS. Due to resource con-
straints NHS cannot commit to all 5-level priority, therefore they will commit to
fund drugs which fall in level 1-3. However, there is possibility to fund drugs in
level 4-5. These drugs will be reconsidered (up to three times) in the next CPAG
meeting in 6 months period.
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Australia’s pathway to high-cost
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Australia’s approach to expanding high-cost drug access

Australia developed the Life-Saving Drugs Program (LSDP) in 1995 to complement the Pharmaceutical
Benefits Scheme (PBS), expanding access to high-cost drugs for rare diseases (DRD). This program,
funded and administered by the Department of Health and Aged Care, permitted sponsors (often
pharmaceutical companies) to apply for listing when their clinically effective DRD is rejected for
PBS listing on the grounds of cost-effectiveness.! At the time of writing (2022), sixteen medicines
were subsidised via the LSDP.2

The Pharmaceutical Benefits Scheme contains a list of medicines the Australian government
subsidises to reduce the out-of-pocket costs that beneficiaries pay to access medicines. The
Pharmaceutical Benefits Advisory Committee (PBAC), a government-appointed independent
expert body, uses a set of criteria, including cost-effectiveness, to evaluate whether a medicine
should be included in the PBS.3 Although cost-effectiveness analysis is a legislative requirement,
the PBAC does not use a defined Incremental Cost-effectiveness Ratio (ICER) threshold. Nevertheless,

past studies have shown that medicines with lower cost-effectiveness ratios have a higher
chance of listing.*

@Y

The consideration of cost-effectiveness is crucial for budgetary control, but it poses a challenge when
assessing DRDs. This is because DRDs have a weaker evidence base for their effectiveness and higher
prices due to higher research costs and fewer competitors in smaller-sized markets.®

2N

Drugs reimbursed through LSDP in 2022
(adapted from the LSDP website)

Medicine(s) Condition

Agalsidase alfa (Replagal®) Fabry disease
Agalsidase beta (Fabrazyme®)
Migalastat (Galafold®)

Imiglucerase (Cerezyme®) Gaucher disease (type 1)
Velaglucerase (VPRIV®)

Taliglucerase (Elelyso®)

Nitisinone (Orfadin® and Nityr™) Hereditary tyrosinaemia type 1 (HT1)
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Cerliponase alfa (Brineura®) Late-infantile onset Batten disease (CLN2)
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Medicine(s)

Laronidase (Aldurazyme®)
Idursulfase (Elaprase®)
Elosulfase alfa (Vimizim®)
Galsulfase (Naglazyme®)

Asfotase alfa (Strensiq®)

The Life Saving Drug Program
at a glance

After a medicine is rejected by PBAC, the sponsor applies
for an LSDP listing with the required information. The
LSDP Expert Panel then reviews the application, the LSDP
secretariat's assessment of the application, additional
stakeholder input from the public, presentations made to
the panel, and materials from the PBAC's consideration to
advise the Chief Medical Officer.® Within two to six weeks,
the Chief Medical Officer makes a recommendation on
whether the medicine should be funded through the LSDP,
pending approval from the Minister for Health.* See Figure
1 for the LSDP process.

PBAC

Rejects the drug for PBS reimbursement:
clinically effective but not cost effective

Sponsor

Submits LSDP application and fee

LSDP Expert Panel

"Assesses medicines against LSDP criteria; advises the Chief
Medical Officer on the LSDP inclusion decision"

Chief Medical Officer

Considers recommendations made by the LSDP Expert Panel

Minister for Health

Officiates decision to fund a drug through the LSDP program

LSDP Expert Panel

Oversees the 24 month review after listing

Figure 1: A simplified flowchart of the LSDP governance structure
adapted from the procedure guidance.*

Mucopolysaccharidosis type | (MPS I)
Mucopolysaccharidosis type Il (MPS I1)
Mucopolysaccharidosis type IVA (MPSIVA)
Mucopolysaccharidosis type VI (MPS VI)

Perinatal- and infantile-onset hypophosphatasia (HPP)

This section describes a simplified overview of the LSDP
decision process. In practice, there is communication
between the sponsor and the LSDP Expert Panel, where
the sponsor supplies additional evidence upon request
to support the decision-making. During the process,
stakeholders such as patients, their caregivers, and
physicians are welcome to directly provide written input to
the LSDP Secretariat to be considered by the Expert Panel.!
The main stakeholders are depicted in Figure 2.

Clinical
Experts

Consumer

Nominee

Health
Economist

Industry
Nominee

Figure 2: Key people on the LSDP Expert Panel ©

Reimbursement Process

For a medicine to be recommended for LSDP listing, the LSDP
Expert Panel assesses the application to ensure it meets
the ten LSDP criteria. The requirements include disease
rarity, defined as less than 1in 50,000 people, as the LSDP is
intended to supplement the PBS to expand access to DRD.'
In addition, there must be evidence that the medicine can
extend life or reduce disability in someone who would
otherwise have a significant life reduction or have a
significant disability due to the disease.' Although
demonstrating the medicine is cost-effective is not required
for listing, the sponsors are still needed to supply medicine
prices in comparable overseas markets to provide the
context of medicine pricing." See Table 2 for the complete
list of criteria.
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Decision-making criteria for LSDP drugs
(adapted from procedure guidelines)

Criterion

» <1 per 50,000

The drug is a proven therapy for a rare but clinically definable disease o e TS case e

The disease is identifiable with reasonable diagnostic precision

Evidence of significant reduction in age-specific life expectancy + Data for disease progression without treatment
due to the disease + Life extension can be represented by disability reduction

+ Or significant disability reduction

A1
Evidence of significant life extension due to the drug ) . ) )
+ Surrogate outcomes data is acceptable if there is no survival data

The drug is clinically effective but rejected for PBS listing
due to the lack of cost-effectiveness

No lifesaving alternatives on the PBS listing or available
through public hospitals

No suitable and cost-effective non-drug therapy Such as surgery or radiotherapy

The cost of the drug is required per year is an unreasonable financial
burden for the patient

m The proposed confidential price of the drug compared with effective

price in comparable oversea markets

The proposed cost of the drug compared with the cost of comparable
drugs already funded through the LSDP

It is important to note that despite the criteria that exist, they, by design, allow for flexibility, subject to the LSDP Expert
Panel’s discretion.

Price negotiation begins once the sponsor is notified that the Chief Medical Officer intends to advise the Minister for
Health to fund the medicine through LSDP. Although details of the pricing arrangement are strictly confidential between
the sponsor and Australia, the procedural guidance for LSDP listing has referenced using outcome-based risk-sharing
agreements as a pathway to reimbursement.’

An outcome-based risk-sharing agreement can be used to determine the future price of a medicine. This type
of agreement permits the medicine to be funded with the condition that further data on disease stability and
improvement must be collected to evaluate the appropriateness of the price. The price of a medicine is then
reduced if new evidence suggests it is less effective than previously assumed.

However, due to the disease rarity, data collected from the small sample size often lack statistical significance,
posing a challenge to their implementation.

The LSDP only funds medicine costs but may also cover the cost of importation and transportation to some extent when
the manufacturer directly delivers the medicine to the place of administration.

In addition to using risk-sharing to manage medicine prices, LSDP also adopted a price reduction policy to control
medicine prices similar to that of PBS.* For example, the medicine price was to be reduced by 5% on the 5" anniversary,
another 5% on the 10" anniversary, and finally by 26.1% on the 15™ anniversary of listing.” However, this policy has been
discontinued for LSDP since June 2022.2

Implementation

Before funding the medicine, the LSDP Secretariat must finalise the treatment guideline based on the Expert Panel
advice and by working with the sponsor and clinical experts.' This will include directions for initiation and continuing
the treatment. Once the medicine is approved for funding, a patient must meet the eligibility criteria to access the
medicine. This includes satisfying treatment criteria and consenting to data collection for medicine evaluation. In addition,
the patient must show clinical improvement or at least stabilisation of the condition for continued access to the medicine.

Patient access to LSDP medicine is carefully managed. The treating physician must apply to the LSDP to initiate access
to the medicine and nominate a dispensing pharmacy.® The LSDP medicine will be delivered to the pharmacy in the
quantity of a one-month supply only at a time, ordered by the LSDP directly, due to the high-cost nature of these
medicines.’ Differing from PBS medicines, patients do not co-pay to access LSDP medicines.™
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Monitoring and Evaluation (M&E)

To ensure the use and effectiveness of the medicine meet the
expectations at the time of listing, medicines on the LSDP are
reviewed for their usage, clinical benefits, and financial cost
24 months after listing." Patient-level data is collected and
submitted by the treating physician to the Department of Health
and Aged Care following their website instructions annually to
understand the real-world use.""" The scope of the review is
drafted based on issues identified by PBAC and LSDP Expert
Panel when the medicine was considered for listing. In addition
to patient-level data collected by the Department, sponsors can
also submit additional data, including international evidence, to
support the review.’

Upon completion of the review, the recommendations are
made to the Minister, which may include changing the eligibility
criteria or treatment guidelines, amendments to risk-sharing
arrangements or the scope of data collection, referral to PBAC
for PBS listing considerations, or the removal of such medicine
from the LSDP listing.®

Establishing a new reimbursement programme such as
the LSDP for clinically effective but high-cost medicines can
facilitate the decision-making process by easing the criteria
for cost-effectiveness when the medicine is lifesaving (or
disability-reducing), and there are no alternative treatment
options.

Payers can control prescribing volumes and expenditures
by requiring approval for individual-patient use from the
funding authority before the medicine is dispensed and
granting continued medicine access conditional on
demonstrated improvement or stabilization of the patient’s
condition.

Risk-sharing agreements may be explored to facilitate
patient access to lifesaving medicines with a higher level of
uncertainty in clinical benefit and minimise the payer’s financial
risk, while being mindful of implementation barriers such as
higher transaction and administrative costs.'?

A two-tier evaluation system (PBAC evaluation followed
by LSDP expert panel evaluation), while appearing time-
consuming, may be more efficient as a baseline evaluation has
already been performed, i.e., clinical data has already been
assessed by PBAC, and the LSDP expert panel does not repeat
the process completely from the beginning.
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The decision-making challenge for reimbursing costly innovative drugs

Health technology assessment (HTA) is a multi-disciplinary approach crucial to the decision-making framework for
drug reimbursements. It gives evidence of the drug'’s cost-effectiveness and affordability to help policymakers

decide what medicines te reimburse through the national health insurance policies under a finite budget for health.

Today, the rise of innovative drugs often used for cancer or rare diseases poses new challenges to existing
frameworks. Significant research and development investments and the lack of competitors make these drugs very
expensive, Especially for rare diseases, the uncertainty due to limited patient data, the lack of alternative

treatments, and their high cost make it difficult to assess them using traditional HTA methodologies[1].

To ensure patients can access these costly but often life-saving drugs, Thailand is exploring new ways to

recommend reimbursement under the National List of Essential Medicines.

Thailand’s existing reimbursement framework
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An often-used melric in HTA is the willingness to pay (WTP), which is how much payers are willing to pay for a
quality-adjusted life year {(QALY). This threshold is compared with a drug's incremental cost-effecliveness ratio

(ICER}, measured in cost per QALY. Drugs with an ICER lower than WTP are more likely to be reimbursed.

Thailand's WTP is at 160,000 baht per QALY[2]. Yel, il does nol mean they never funded medicines exceeding the
WTP. For example, Thailand reimbursed Imiglucerase for Gaucher disease Type 1 because it was lifesaving without
an overwhelming budgel impact due to the disease’s rarity[3]. However, examples like this are not common, and

many drugs are more expensive than Imiglucerase.

In the face of the growing innovation, public demand, and equity concerns, the existing framework may not

adequalely supportl consislent and timely funding decisions Lo give access lo innovative drugs.

To explore solutions, the National Health Security Office (NHSO), which manages the Universal Coverage Scheme
(UCS) in Thailand, established a task force to deliberate on this issue and provide recommendations. It
commissioned the Health Intervention and Technology Assessment Program (HITAP), with the support of the
Health Systems Research Institute (HSRI), to conduct a study to inform the policy process to advise on a
reimbursement framework for high-cost medicines, which involves understanding the methods and systems for
reimbursing high-cost drugs in Thailand and learning from the experiences of other countries such as England,

Australia, Canada, South Korea, and Malaysia.

Learning from international experiences

Some higher-income countries have attempted new ways to expand drug access. They have moved beyond the
WTP threshold and adopled other crileria to assess high-cost medicines when they have the polential to offer
'significant’ health benefits. These high-cost drugs are often managed under separate funds apart from their

national formulary funds.

In England, the National Health Service (NHS) is legally obliged to fund drugs recommended by the National
Institute for Health and Care Excellence (NICE) following their HTA. Usually, NICE would not recommend drugs with
an ICER exceeding £30,000 per QALY[4]. Bul, when a drug is deemed life-saving or can improve the qualily of life in
those with chronic and disabling rare diseases, a higher threshold of £300,000 per QALY is used to permit

access[5].

Some countries do not even have an explicit WTP for making funding decisions for high-cost drugs. In Australia,
cost-effectiveness evidence for drugs is submitted to the Pharmaceutical Benefits Advisory Committee (PBAC) for
funding through the Pharmaceutical Benefits Scheme (PBS). When the PBS rejects a lifesaving drug due to its lack
of cost-effectiveness, it is submitted for funding through the Life-Saving Drug Program (LSDP)[6]. Thus, it can be
said that the LSDP is funding cost-ineffective drugs only.

To manage the risk of funding high-cost drugs withoul strong evidence of effectiveness, countries may allow access

with the condition of further data collection and analysis.

For example, England’s Cancer Drug Fund (CDF) will fund cancer drugs with ‘plausible potential’ to satisfy routine
commissioning criteria, bul significant clinical uncertainty still exists[7]. Within lwo vears of funding, more evidence
would be collected and analyzed for a decision to terminate the financing of such a drug or to fund it through

routine commissioning.
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Australia also collects patient-level data on LSDP drugs, not only to assess clinical effectiveness but also to control

inappropriate prescribing.

The stipulation of further data collection is often referenced in managed entry agreements (MEA). These are
conlracts with conditions belween the payer and the pharmaceutical manufacturers, often used to negotiate for

lower prices when the drugs have clinical uncertainties.
From our initial findings, MEAs are used extensively to expand access to costly drugs.

As a middle-income country, Thailand may not have the financial leverage to raise the threshold to the same extent
as England and, given the policy context, may not “disregard” the threshold altogether like Australia's LSDP.
However, based on international experiences, adopting other decision criteria so that when drugs meet certain
conditions, such as having lifesaving quality and utilizing MEAs for price negoliation, may be potential future

directions for Thailand.

HTA shall remain crucial for making reimbursement decisions

The high-cost drug project is still in the early phases, and it is too soon to say what Thailand's reimbursement
framework will look like in the future. However, we recommend that HTA remain central to this decision-making

framework. Ethical, social and other considerations will also play a role within this framework.

Conducting HTA to inform policy on medicine has been feasible and beneficial since Thailand introduced universal

health coverage twenty years ago. Given the trend for higher health spending and the growth of innovative high-
cost drugs, HTA can support the government in making wise and economically responsible reimbursement

decisions.

To our knowledge, no other low- or middle-income country has established a process for reimbursing innovative
high-cost drugs. These results can support researchers, HTA agencies, and policymakers in similar settings in

making health policy decisions.

The intent to reimburse innovative high-cost drugs demonstrates a commitment to improving the existing health
access. This is a turning point in Thailand's healthcare system and will be a means to adapt to the changing

landscape in the health sector.
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Learning from Cancer Drug Fund (CDF)
in England: A special reimbursement
pathway for high-cost cancer drugs (*

Key messages

e The Cancer Drug Fund (CDF) is a dedicated source of funding in England for increasing
patient access to high-cost cancer drugs, with a fixed budget of £340 million per year,

operating since 2016.

e The CDF follows the appraisal by the National Institute of Health and Care Excellence
(NICE) which uses the methods and process for appraising Highly Specialised Technologies
(HST) to provide a viable route to reimbursement for high-cost drugs. Drugs evaluated
through HST are chosen based on certain criteria that consider patient indication (i.e.,
rare, chronic and severely disabling diseases) as well as potential very high acquisition cost.

e When there is clinical uncertainty about cancer drugs, NICE recommends a Managed
Access Agreement (MAA) with companies. The level of reimbursement is agreed upon
during this process, but it is kept confidential.

e Stakeholders are involved throughout the process; this includes clinical and NHS
commissioning experts, company representatives, patients’ representatives, and

caregiver organisations.

The Cancer Drug Fund (CDF)

The Cancer Drug Fund (CDF) is a special pathway
forfunding cancerdrugs in England, established
by the National Health Service (NHS). It was
started in 2011; however, since July 2016, the CDF
has been reformed and has begun operating as a
part of the National Institute of Health and Care
Excellence (NICE),which provides recommendations
and decides on the drugs covered by the NHS.!
The CDF is one of two special funds that provide
patients with early access to promising new
drugsin England.The other fund, called Innovative
Medicine Fund (IMF), focuses on non-cancer
drugs, and was established June 2022. Each
fund has a fixed annual budget of £340 million.?
This piece focuses on CDF which has been in
operation for over a decade, to draw lessons for
other countries.

Earlier, the CDF had binary options (i.e., yes or no)
ondeciding whetherto include drugs for routine
commissioning. Under the new system, NICE
aims to review all cancer drugs within 90 days
of them getting a licence for use in patients.

Now, NICE can make one of three decisions about
whether a drug should be available (i.e, "yes",
"no" or "recommended for use" within CDF). The
CDF now provides a mechanism for early patient
access todrugs that show clinical promise, but for
which the evidence on cost-effectiveness remains
uncertain. This uncertainty is then addressed
through data collection, which is often combined
with outcomes-based payment schemes.®

According to the CDF activity update Quarter 2
(Q2) for 2022-2023, since the new CDF approach
began inJuly 2016, approximately 88,300 patients
have been registered for receiving 102 drugs treating
241 different cancer indications. Also, more than
18,600 of these patients have benefited from ear-
lier access to treatments trough the interim fund-
ing agreement.* CDF-funded cancer drugs and
cancer indications are regularly updated on the
NHS website. (http://www.england.nhs.uk/publi-

cation/cancer-drugs-fund-cdf-activity-update/)
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Overview of CDF process

The overall process of CDF can be seen in Figure 1.

The entry pointto the CDF is when clinically promising
oncology drugs are submitted to NICE for technology
appraisal. The submission needs to include a
proposal for a data collection plan. Then, NICE will
conduct an assessment to identify which drugs are
appropriate for time-limited funding under the CDF
(within 90 days of submission). The NICE Appraisal
Committee (AC) reviews the list of candidate drugs
and makes recommendations about their suitability
for inclusion in the CDF based on decision-making
criteria such as type of cancer and the cancer stage
at which treatment is provided, promising drug/
treatment with clinical uncertainty, and possibility
of the drug/treatment to be cost-effective. *°

Figurel.

Drug receives marketing

authorisation

NICE
recommends
for routine use

Company submits
drug proposal to
NICE for appraisal

—

NICE does
NOT
recommend

End of normal 90 day
period of interim funding,

A joint committee of NHS England and NICE (the CDF
Investment Group) is then convened to confirm the
acceptable commercial access arrangement (the
financial arrangements which determine the cost of
the drugtothe NHS, agreed upon between the company
and NHS England) and data collection arrangements.
Together, these are referred to as the Managed Access
Agreement (MAA), which must be in place before
accepting the drugs into the fund. ¢

Aftera period of up totwo years on the CDF,NICE reconsiders
the drug and makes a final "Yes" or "No" decision
based on whether a drug meets the cost-effectiveness
threshold set by NICE.**>

NICE recommends
for routine use and
after 90 days
becomes part of
routine
comissioning

(up to 2 years) e
for routine use

NICE reccomends
the drug should
NOT reccomend for

NICE does NOT
recommend for
routine use

routine use or

given the access for
evaluation

Source: Daniel Gladwell, Ash Bullement, Warren Cowell, Karl Patterson, Mark Strong,“Stick or Twist?” Negotiating Price and Data in an
Era of Conditional Approval, Value in Health, Volume 23, Issue 2, 2020, https://doi.org/10.1016/j.jval.2019.09.001.5

*To enter CDF, the company must agree to the NHS England MAA requirement.
CDF, Cancer Drug Fund; NHS, National Health Service; NICE, National Institute for Health and Care Excellence; MAA, Managed Access

Agreement.

Drugs can be identified as potential candidates for CDF at three different points of the appraisal process:
1) when a company submits a drug proposal with evidence to NICE for inclusion in the CDF, 2) during the
assessment phase for drugs recommended by the Evidence Review Group (ERG) or NICE, and 3) at the first
AC meeting. When considering whether a drug is suitable as a CDF candidate, NICE will define the area(s)

of uncertainty that must be addressed. ®

Appraisal Process

NICE is the gatekeeper for national reimbursement
in England; it provides comprehensive assessments
based onclinical efficacy and cost-effectiveness, as
well as recommendations to the NHS for inclusion
in the CDF or for routine commissioning. For many
new drugs, NICE utilises Single Technology Appraisal
(STA) methods; however, for a few innovative drugs,
particularly those with high-cost or those treating
rare indications, they are assessed as Highly
Specialised Technologies (HST). The main difference

between HST and STA processes is the willingness
to pay threshold, which is higher in the HST process
(£100,000/QALY versus £20,000-30,000/QALY). "8

Topics to be included in the HST must be referred to
NICE by Ministers. All topics evaluated via HST must
meet all seven criteria listed here: 1. the target patient
group for the technology in its licensed indication is
sosmall that treatmentwill usually be concentrated in
veryfew centres inthe NHS; 2.the target patientgroupis
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distinct forclinical reasons; 3. the conditionis chronic
and severely debilitating; 4. the technology is expected
to be used exclusively in the context of a highly
specialised service; 5. the technology is likely to have
avery high acquisition cost; 6. the technology has the
potential for life long use; and 7. the need for national
commissioning of the technology is significant.”

The Evidence Review Group (ERG),an independent academic
centre, will review the topics,documents, and evidence
submitted by companies against the seven specific
criteria to be considered as an HST. The ERG then
prepares areportthatincludes the evidence submitted

by companies as well as personal statements from
patient experts and clinical specialists, which is then
submitted to the Evaluation Committee (EC). The
EC, an independent advisory body comprising NHS,
patient and caregiver organisations, academicians,
and pharmaceutical and medical device representatives,
considers the report and issues a Final Evaluation
Determination (FED), which is then forwarded to NICE
for guidance and, finally, to NHS for funding approval’

A summary of the key decision points is presented in
Table 1and Figure 3 (next page) presented key players
in CDF process.

Table 1.

Initial appraisal at grant of Marketing Authorisation

Outcome

Draft recommendation
for routine commissioning

Draft recommendation
for use within the CDF

Draft "not recommended"
guidance

Effect on new patients

Drug immediately available to
patients at the point of Marketing
Authorisation (receiving interim
funding from CDF budget)

Drug immediately available to
patients at the point of Marketing
Authorisation (receiving interim
funding from CDF budget)

Drug only available if an individual
funding request is made and
succeeds.

Effect on any patients already
receiving the drugs

Drug continues to be available.

Drug continues to be available.

Patients may continue their course
of treatment until they/their clinician
agreeitis appropriate to stop. Funding
from original source

Guidance within 90 days of grant Marketing Authorisation

Outcome

Recommendation for rou-
tine commissioning

Recommendation for use
within the CDF

Not recommended

Effect on new patients

Drug immediately available to
patients, (funded from the CDF
budget for 90 days before moving
to baseline commissioning budget)

Drug immediately available to
patients (funded from CDF budget)

Drug only available if an individual
funding request is made and
succeeds.

Effect on any patients already
receiving the drugs

Drug continues to be available.

Drug continues to be available.

Patients may continue their NHS
funded course of treatmentuntil they/
theirclinician agreeitis appropriate
to stop. Funding to be provided by
the company.

Guidance within 90 days of grant Marketing Authorisation

Outcome

Recommendation for
routine commissioning

Not recommended

Effect on new patients

Drug immediately available to
patients (funded from the CDF
budget for 90 days before moving
to baseline commissioning budget)

Drug only available if an individual
funding request is made and
succeeds.

Effect on any patients already
receiving the drugs

Drug continues to be available.

Patients may continue their NHS
funded course of treatmentuntil they/
theirclinician agreeitis appropriate
to stop. Funding to be provided by
the company.

Source: NHS England’s consultation on proposals for a new cancer drug fund (CDF) operating model from 13t April 2016°
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Implementation

The AC will confer with the company, NHS England and Public Health England to develop an appropriate framework
for the data collection agreement (DCA), the period for which is usually up to five years. This agreement will further
be included in the MAA, which will be approved by the CDF Investment group.

Atime-limited MAA must be agreed upon between pharmaceutical companies and NHS England.This is a confidential
agreement which will be considered on a case-by-case basis to resolve remaining clinical uncertainty before
recommendation for routine commissioning. The agreement contains a proposal to address uncertainty (e.g.,
plan to collect more evidence in the DCA), duration of the agreement, starting and stopping criteria along the
treatment pathway, treatment continuation criteria, list of outcomes for data collection, regularity for reviewing
outcomes, funding arrangements, and management of patients receiving treatment who are no longer eligible if a
more restricted/ negative recommendation is issued after guidance has been reviewed following data collection.

In the MAA, the level of reimbursement will be determined. Although the level of reimbursement is confidential,
it should reflect the decision uncertainty, and the company will need to present an offer that brings the range of
potentially plausible cost-effectiveness estimates as determined by NICE to below the relevant cost-effectiveness
threshold, i.e., £20,000-£30,000 per QALY or up to £50,000 per QALY for end-of-life care drugs/indication or £100,000-
£300,000 per QALY for HSTs. A discount or rebate is applied if a drug does not perform as expected for non-responders.

The drug will not enter the CDF or be available to patients unless the company agrees to the MAA. In that case,
a NICE Guidance will be issued, but the drug will not be commissioned either for routine use or through the CDF.

If the pharmaceutical company offers a new price, the topic may be returned to NICE for further consideration.
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Monitoring and Evaluation (M&E)

Clinical evidence on the cancerdrugs is gathered until

the end date as per the MAA and all eligible patients, as
determined by NICE, will have access to cancer drugs,
which will be covered by the MAA. As part of the MAA,
regular reviews will be conducted to ensure that progress
is being made to resolve the uncertainty in clinical
evidence. Following this process, NICE will update
its guidance and decide whether the treatment should
be recommended for routine use in the NHS.

If the evidence shows that the treatment is not a
cost-effective use of NHS funds, it will be discontinued
from reimbursement under the CDF.

Figure 3.

CDF, Cancer Drug Fund
Source: Adapted and simplified from CDF standard operating procedure®
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SOUTH KOREA’s EXPERIENCE OF

REIMBURSING HIGH-COST MEDICINES

Key messages

-

e Cost-effectiveness and availability of alternative treatment options play a crucial
role in the listing of new medicines in South Korea. However, high-cost medicines
with no alternative treatment options, particularly those for treating cancer and
rare diseases, were not reimbursed under the traditional route.

e To address this issue, the government of South Korea introduced several reforms to
facilitate the reimbursement of high-cost medicines, including the listing of essential
medicines, RSA, price negotiation waivers, and PE exemptions.

e These mechanisms have enabled increased access to high-cost medicines and
reduced the time between market approval and reimbursement decisions. However,
there is potential forimprovement and issues around confidentiality of agreements
and transparency of price raised by stakeholders that need to be addressed.

South Korea’s approach to expanding
access to high-cost medicines

System for reimbursing new medicines

South Korea implemented the National Health
Insurance (NHI) programme in 1963 and gradually
expanded its scope to achieve Universal Health
Coverage (UHC) (1). It is mandatory for all citizens
to participate in the national insurance system
and a co-pay of 5-60% of the medical cost is often
applicable to patients. In order to manage the
health budget more efficiently, the NHI introduced
the Positive Listing system (PLS) in 2007 to
rationalise the distribution of medicines and
therapeutics and curtail the medicine expenditure
(2). After the implementation of PLS, only clinically
and economically viable medicines that were cost
effective were reimbursed, and prices were set
through price-negotiations between the National
Health Insurance Service (NHIS), the insurer, and
pharmaceutical companies, in collaboration with
the Health Insurance Review and Assessment
(HIRA) and the Ministry of Health and Family
Welfare (MoHFW)®. Figure 1, adapted from Young
Bae™, explains the governance structure of
different agencies responsible for pricing and
listing of new medicines under the NHI.

Figure 1. Governance structure for
listing and pricing of new medicines
in South Korea
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HIRA, Health Insurance Review and Assessment Service;
MOHW, Ministry of Health and Welfare; NHIs, National
Health Insurance service

[Adapted from] Bae E-Y. Role of Health Technology
Assessment in Drug Policies: Korea. Value in Health
Regional Issues. 2019;18:24-9]
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Challenges and reform

Although South Korea was the first country in the
Asianregion to adopteconomic evaluation toinform
the reimbursement of new medicines, it has been
observed that high-priced medicines with uncertain
cost-effectiveness are often unavailable to patients
due to their cost-ineffectiveness. Consequently, the
reimbursement acceptance rate for reimbursement
for oncology and rare disease medicines was as
low as 39% and 42% respectively ©®. For example,
XOLAIR (omalizumab),an orphan medicine for treating
severe allergic asthma, remained non-reimbursable
due touncertainty inits cost-effectiveness evidence,
with the longest waiting period of 11 years for
reimbursement ©.

However, high-cost medicines became available
after the introduction of yet another policy reform
in 2013 known as the "Introduction of the Benefit
Enhancement Plan" (IBEP) which covers four major
conditions namely, cancers, cardiovascular diseases,
cerebrovascular diseases, and rare diseases ®.

This scheme applies a higher incremental cost-
effectiveness ratio (ICER) threshold for medicines
with no alternative forms of treatment for these
four conditions.

The government of South Korea introduced the IBEP
reform in consultation with HIRA, which establishes
guidelines for economic evaluation®. In addition to
implementing a higher ICER threshold for medicines
that meet the pre-defined criteria (Table 1), high-cost
medicines may be reimbursed through other
alternative pricing and reimbursement (P&R)
pathwaysincluding;a) listing as essential medicines;
b) risk-sharing agreements (RSA) for high priced
medicines with no alternatives (primarily cancer
medicines); ¢) pharmacoeconomic evaluation (PE)
exemption for medicines with limited clinical
evidence, indicated for life threatening conditions,
with no alternative treatments and d) price
negotiation waivers to expediate the launching of
new medicines ®, as detailed below.

Pricing and reimbursement pathways for the high-cost medicines

The P&R process forany new medicine is typically
determined by comparing it with available
alternative treatments. Alternatives are defined
as medicines currently used for an equivalent
therapeutic indication® ' For a medicine
with therapeutic alternatives, there are typically
two pathways for reimbursement based on
comparative effectiveness evidence: a) PE
evaluation; and b) negotiation with the NHIS
based on weighted average price (WAP) of
alternative medicines. The medicine with proven
clinical superiority is first evaluated for its cost
effectiveness evidence and later an acceptable
price is recommended by HIRA through
the PE pathway. For clinically non-inferior

Figure 2.

medicines, an adjusted price is determined by
comparing the medicine acquisition costs and
recommending the WAP of alternative medicines,
based on market share data from reimbursement
claims.

However, as noted earlier, providing evidence for PE
can be difficult,and there are often limited alternative
treatment options for high-cost medicines,
particularly those targeting rare diseases or cancers.
Hence a series of "alternative P&R pathways",
that are different from the traditional route, have
been adopted by the South Korean government, as
shown in Figure 2 and described below.

Price &volume negotatiotions
with NHIS

New review pathway

HIRA- Health Insurance review & assessment service
PE- Pharmaco Economic Evaluations
NHIS- National health Insurance Service

WAP- Weighted average price
RSA- Risk sharing agreement.
A7-US, UK, Italy, Germany, Japan, Swiss & France

Adapted from [Lee JH. Pricing and Reimbursement Pathways of New Orphan Drugs in South Korea: A Longitudinal Comparison.
Healthcare. 2021; 9(3):296.]

90



Alternative Pricing & Reimbursement (P & R) pathways

Essential Medicines list

For new medicines that do not have alternative
treatments available and for which cost-
effectiveness evidence cannot be submitted, the
Drug Evaluation Expert Committee (DREC) of HIRA,
can list them as essential medicines if they meet
the criteria (see Table 1), and it then becomes
exempt from requiring a cost-effectiveness
evaluation.The price is determined by negotiating
with the NHIS based on the adjusted price from
seven countries known as A7 countries - US, UK,
Italy, Germany, Japan, Switzerland and France.

Risk-Sharing Agreement System (RSA)

RSAs were introduced in 2013 to alleviate the
financial burden of accessing high-cost medicines.
There are four types of RSAs: 1) condition treatment
continuation and money back guarantee, which
is reimbursed by the payer (NHIS) if the response
of a medicine meets a pre-defined goal; if it does
not meet the goal, company refunds the full cost
to NHIS; 2) an expenditure cap, wherein the total
expenditure of medicine is set in advance and
the company pays back the exceeding amount to
NHIS; 3) a refund approach, wherein the company
refunds a certain percent of the nominal price to
the NHIS; and 4) a utilisation cap, wherein a fixed
cost per patient is agreed upon and the company
covers the cost of the medicine beyond the
pre-agreed level of utilisation ™.

Table 1.

Without alternatives

Essential Medicines ° No alternatives

° Treat life threatening conditions
° Treat small patient groups

Pharmaco-economic waiver

Evidence generation for medicines to treat rare
and ultra-rare diseases is difficult. To counter this
limitation, the PE waiver was introduced in 2015, and
only those medicines that satisfy all criteria such
as the medicine being used to treat a rare disease
(see full listin Table 1) were eligible for this scheme.
Later, it was mandated that every medicine for which
economic evidence was not generated needed to
share the risk in the form of an expenditure cap
RSA between the manufacturer and insurer/payer.

Price negotiation waivers

Price negotiation waivers accelerate the process of
listing new medicines.If apharmaceutical company
accepts the weighted average price of an alternative
medicine (90 or 100 % as in figure 2), it can skip the
negotiation process that usually takes 60 days with
the NHIS.

For medicines with no alternatives, the average price
of the same medicine from the A7 countries is used
as a reference price. In this case, an RSA may be
applied to spread financial risk related to uncertain
clinical usefulness and budget impact. For this
reason, these medicines can belisted at high prices
through a comparatively simple process .

° Life threatening refers 2 years or less
of life expectancy
° Unclear definition of small groups

° Significantimprovement in clinical efficacy or

patient survival

Risk Sharing Agreement * No alternatives

* Refund based RSA most used

Pharmacoeconomic
evaluation exemption

Price negotiation waiver

* Anti-cancer agent or serious life-threatening

diseases

* Should be approved via drug review committee

on severity, social and ethical influences

° Rare disease and rare cancers
° Clinically effective, as proven by single arm RCT or

phase Il trial.

° Medicinesto be listed in at least three of A7 countries

* If pharmaceutical companies accept the weighted

average price, the medicine is exempt from the
negotiation process (which can take 60 days)

Monitoring and Evaluation

(mandatory PE evidence)

° Contract term of 4 years cannot be

extended if alternatives exist

° No expansion of indications for P&R

° Expenditure cap RSA - with the

pharmaceutical sector

° Price is based on lowest adjusted list

price from A7 countries.

Although the mechanism for the Monitoring and Evaluation (M&E) of these schemes has not been reported,
the South Korean government has conducted frequent audits for medicines that have been approved
under the new alternative pathways programme . As rule of thumb, any medicine approved through



the RSA needs to submit the effectiveness evidence
(i.e. no alternative treatment available, improves
survival and/or quality of life) every four years in
order to be eligible for extension of exemption.

In terms of impact, at HIRA, the Pharmaceutical
Benefit Coverage Assessment Committee (PBCAC)
meets monthly to review company submissions
for medicine reimbursement. PBCAC assesses the
suitability of medically essential medicines, RSA,
the waiver of PE data submission, and the new mode
of action, along with clinical usefulness and cost-
effectiveness. Application of new modes of access
have shown a positive impact ™ on both listing
for reimbursement and time to listing: more than
50% of medicines listed post alternative pathway
introduction were cancer and rare disease medicines
and the time to listing reduced by approximately
8 months ™. As of 2019, 39 medicines had been
reimbursed under RSAs and PE exemptions had
been applied to 19 of these medicines.The impact of
alternative pathways on patients was reported inan
early analysis of reduced out of pocket expenditure
by USD 299.8 million™. However, this costed the
government approximately USD 75.8 million, with
the largest amount for medicines listed under
the RSA system followed by PE waiver system,
respectively®™.

Forthe list of essential medicines, since the criteria
for listing medicines in the essential category are
very specific, the system has so far proven to not be
effective when it comes to patient access and as of
year 2017,only 10 medicines evaluated by HIRA have
been designated as "essential medicines"™.

Introduction of such schemes have led to increased
possibility of listing in the benefit package. Also, a
study by Kim S. et al found that the lead time i.e,
time taken from market authorisation to an HTA
reimbursement decision, was reduced after the
introductionof newalternative pathways frommedian
21 months to 10.9 months. This difference is
mainly attributable to pathways such as the price
negotiation waiver and PE exemption. However,
when RSA individually were evaluated, it took 29.1
months for medicines to be listed and reason
reported was additional time to review economic
evidence®®,

Conclusion

In conclusion, the introduction of alternative P&R
pathways in South Korea has allowed for increased
access to high-priced medicines for rare diseases
and life-threatening conditions. This has been
achieved through risk-sharing agreements and
other non-traditional pathways, which waive the
need for cost-effectiveness evidence.
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However, the increased access to such medicines
has led to higher government expenditure and raised
concerns around price transparency. Additionally,
generating cost-effectiveness evidence for medicines
under the refund scheme remains challenging
and stakeholders have expressed concerns about
producing such evidence (15,19). Other issues such
as high administrative cost, generation of cost-
effectiveness evidence forthe refund type of evidence
continue to pose challenges for both, the payer and
the pharmaceutical company(20).

These challenges highlight the need for continued
efforts towards finding a balance between access
toinnovative therapies and cost containmentwhile
ensuring transparency and sustainability of the
healthcare system.
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Introduction

Rare diseases are defined as those whose incidence or rate of occurrence are
so rare that they barely affect the common populace!™. The incidence of disease
is sometimes quite small compared to the luck-possibility of lottery drawing.
However, it’s a lottery that no one wants towin.Once it accidentally occurs to you,
the disease may not lead to a long life, because of the frequent lack of treatment
to support one’s symptoms.

Because of their rarity, it is often treated with what the industry refers to as,
‘orphan drugs’. The phrase "orphan drug" is frequently used to describe medical
technology used to treat rare disorders . These group of drugs are quite expensive
because of the fewer number of people suffering from such sickness and usually
provide low profit to manufacturer compared to other common drug for non-
communicable diseases (NCD) as example. These characteristics might affect
future investments in such drugs. Therefore, to aid in the funding of these drugs,
legislative strategies are continuously being debated as to what criteria should
be applied to the orphan drug policy in several countries.

This piece explores the different prioritisation criteria used for these orphan
drugs indifferent countries.The objective of this piece is not to argue that severity
must be considered as a priority setting criteria for rare disease, but rather to
present the ethical underpinning of funding rare diseases and to facilitate the
conversation among the decision makers to make orphan drugs more accessible
as highlighted in the publication by Monica Magalhaes®.

The remainder of this piece is structured as follows: first we highlight the
different accepted definitions of rare diseases from different countries, which
is followed by the challenges in prioritisation of rarity and the suggestion of a
potential criteria for priority setting for rare diseases. Case studies from other
countries are presented thereafter. Lastly, we present the ethical arguments for the
reimbursement options for rare diseases and a proposal to investigate the
potential of using severity as a priority setting criteria for rare disease in Thailand.
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Nowadays, there is no universal definition of rare
disease 24, In most countries the definition
of rare diseases is based on the number of cases
per total population or prevalence thresholds.
Forexample,inthe United Kingdom, rare disease
is a condition which affects less than1in 2,000
people ™. Meanwhile,inJapan,itis described as
disease with fewer than 50,000 prevalent cases .

In Thailand, the definition of rare disease has
never been defined by law. The current data
provided by National Health Security Office
(NHSO) in Thailand in 2019 mentions rare
disease as the disease which occur one with
fewer than 10,000 cases, whereas an ultra-rare
disease is defined as a disease with fewer than
1,000 cases .

The problem of prioritising rarity or judging which disease is more deserving of attention is a
difficult issue. Since treating rare illnesses usually requires exorbitant sums of money, they do
not often qualify for public funding under the standard cost-effectiveness parameters. The fun-
damental principle of these parameters is to obtain maximum health benefits, regardless of who
gets it B. Thus, paying an elevated price for the treatment of rare diseases does not agree with
the maximising approach cost-effectiveness parameters . However, cost-effectiveness alone
does not capture all the elements of disease and illness . In addition, prioritising rarity as a
category will always be mired in social controversy. Equality will be a formidable challenge for
any authority or system dealing with such cases to support this group of people ©. The injustice
in the allocation of large portions of the health care budget to minority people instead of others
with common diseases makes it more challenging to prioritise rarity. Therefore, an alternative
criterion is required for decision-makers.

Anotherapproach thatcan beemployed isto prioritise severity overrarity. The importance of shifting
the focus to severity is well established in Norway, Finland, France and Germany. Simply put,
severity matters because there is a moral reason to treat the ones that are worse off than others .
However, there are not well-defined internationally accepted criteria for defining severity. One
example of a severity scale that can be employed in decision making was proposed by Nord E .
The following figure depicts the adapted proposed severity scale with the arrows representing the
health gain from treatment for three hypothetical individuals. Upon prioritising severity rather
than rarity, the health gain acquired by individual A would be valued more than the health gain
acquired by individual B!
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Problem level Example (in terms of mobility)

1 None (healthy)

2 Slight Can move about anywhere, but has difficulties with walking more than 2km.
3 Moderate Can move about without difficulty at home, but has difficulties in stairs and outdoors.
4 Considerate Moves about with difficulty at home. Needs assistance in stairs and outdoors.
g 5 Severe Can sit. Needs help to move about — both at home and outdoors.
I 6 Very severe To some degree bedridden. Can sit in a chair part of the day if helped up by others.

7 Completely disabled  Permanently bedridden.

8 Dead

Figure 1.

Successful examples from different countries prioritising severity over rarity are a testament to
the possibility of a cost-effective implementation of such a strategy. One such example is Norway,
where the severity of the disease is a component in drug coverage decisions M.

In the context of rare disease, health inequalities can widen when heath maximisation is the only
criteria for drug coverage decisions.To tackle this unfair distribution of health, Norway developed
a system which considers the disease severity into the coverage decision of new drugs. Thus, in
Norway, the following three priority setting criteria plays a key role in drug appraisal:

1. Health benefit
2. Resource use
3. Disease severity

In such a system, patients with very severe conditions have a stronger claim for treatment.
Therefore, when all the other factors are equal, the ones with severe diseases often get higher
priority.

In addition to Norway, the United Kingdom’s National Institute for Health and Clinical Excellence
(NICE) is an organisation that incorporates severity of the illness in the decision-making process .
For instance, during the appraisal of a drug, riluzole, used for the treatment of motor neuron
diseases, the Technical Appraisal Committee (TAC) of NICE considered the "severity and relativity
short lifespan” of affected individuals and subsequently recommend the use of this drug.
Interestingly, this drug was approved despite its cost being higher than NICE’s approved price
range . Similar examples of the NICE approving drugs and technology following considerations
of severity has been reported. While, the severity of illness is not an explicit criterion in the
decision-making process in the UK, there are examples where the TAC used severity as a
criterion for drug appraisal. Although there are only a few countries in the world that have
systematically incorporated concerns of severity into health technology appraisal, evidence from
these countries points towards the feasibility of the approach.
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With a small potential market for such orphan
drugs and no incentive for profit, such drugs
often are very expensive when they find their
way into the market. This high cost often makes
these drugs non-ideal for public funding. The
tension between the desire to yield maximum
benefits from the finite resources and the rule
of rescue makes the reimbursement of orphan
drugs are subject of debate.

The utilitarian principle upon which cost-
effectiveness heavily relies focuses on
maximising the benefits for a fixed amount of
money spent. Thus, funding these drugs goes
against the utilitarian ethical view. On the
other hand, the egalitarian ethical standpoint
highlights the need for everyone to be treated
equally and consequently posing an ethical
imperative for the funding of rare diseases .
Additionally, some ethicists even agree that
sometimes certain compensations are required,
especially by the disadvantaged, in order to
achieve equality M. However, this can lead to
the using up of a significant amount of a finite
public funds, thus leaving out another larger
group of the population without access to
healthcare. Therefore, the decision to choose
rarity or severity as a parameter for public
funding of drugs is not as black and white as
it may seem.

In conclusion, considering the various ethical
and moral trade-offs that are bound to occur,
incorporating severity as an additional
parameter in the decision-making process
could be worth considering. The appropriateness
of using this severity criteria can be witnessed
from its successful incorporation into priority-
setting by countries such as Norway and the
United Kingdom. With Health Technology
Assessment (HTA) at the heart of discussion
around rare diseases, additional research is
needed to access the effectiveness of using
severity criterion in Thailand. However,
undoubtedly it is time that we jump on the
wagon to explore new and innovative policy
changes that can make healthcare accessible
to everyone. We hope that this piece promotes
the much-needed discussion and collaboration
between policy makers and researchers to
enhanceaccess to rare and sever drugs.
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Horizon Scanning
in the European Union

Key messages

® Horizon Scanning (HS) is the process of identifying new and emerging technologies
before uptake into practice to evaluate the potential impact to inform decision-making.

o Inthe European Union (EU), the EuroScan International Network was established in 1997
and over time, given its expanded geographic scope, was renamed as the International

HealthTechScan (i-HTS).

o The HS process in the EU generally consists of identification, filtration, prioritization,
assessment, dissemination and monitoring. HS is mostly used for pharmaceutical products.

o Cross-country collaboration through an HS network reduces resources required to
develop an HS system and offers opportunities to learn from other countries’ experiences.

o HS agencies, including publicly funded agencies, need to work hand-in-hand with
government bodies to ensure use of the outputs of the HS process.

What is Horizon Scanning (HS)?

Advancement of new technologies fosters signifi-
cant benefits for the healthcare system, resulting
in improved clinical outcomes of patients.! Majority
of new technologies tend to have a high price point
due to their complexity and substantial production
costs.2This presents challenges for sustainable and
fair access to medicines and health interventions
even in high-income countries (HICs).** In addition,
some innovations may not be effective or may
not lead to additional health benefits compared
to established practices.® Therefore, an innovative
mechanism is required to identify and evaluate the

potential outcomes and healthcare costs of
such new technologies before widely used.
To fill this gap, Horizon Scanning (HS) has
been developed to inform policy-makers to
use evidence to make strategic decisions
and prioritize efforts before such high-cost
medicines enter into the market.*¢ HS is
recommended as the first step of Health
Technology Assessment (HTA) for countries in
the European Union (EU) where HTA systems
have been well established for over 20 years.”

What is the definition and objective of horizon scanning?

HS is defined as identification of new and emerging technologies before uptake into practice to
evaluate potential impact forinform decision-making2lItis intended to assess the extent of potential
impact of new and emerging technologies including their economic impact, safety and efficacy,
social and ethical considerations and any changes that may be needed at the system level in order

to be recommended for use.
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Which countries use Horizon Scanning in the European Union (EU)?

According to a survey conducted in 2019, 10 out of 27 countries in the EU had already established their own
national HS system.® Among them, six countries systematically use HS (Iceland, Italy, the Netherlands,
Norway, Sweden and the United Kingdom), and a further four countries (Austria, Denmark, France and Ireland)
have established ongoing HS activities.® The HS system in Italy was established in 2006 and is the oldest
HS system in the EU region.”®

Who are collaborating on Horizon Scanning in the EU?

In 1997, a network comprising representatives from
Denmark, the Netherlands, Spain, Sweden, the
United Kingdom (UK), Canada, and Switzerland was
established with the aim of facilitating cross-country
collaboration. The objectives of this network are to
foster knowledge sharing and exchange of skills
and experiences related to the identification and
evaluation of emerging technologies, as well as to
develop methodologies for early awareness and
alert activities. Furthermore, the network serves as
a platform for exchanging information on the safety
and efficacy of new technologies.® Two years later, it
was set-up as the EuroScan International Network
and expanded into a collaboration of 12 countries."

The network has since become a global one and
renamed as the "International HealthTechScan (i-HTS)".
This network includes regional groups, such as Africa
(AfroScan), America (ScanAmericas), Asia (AsiaScan)
and Europe (EuroScan).

In addition, other cross-national collaborations have
emerged in the EU region such as the Valletta Declaration,
Nordic Pharmaceutical Forum and International
Horizon Scanning Initiative. Countries without national
HS systems such as Croatia, Cyprus, Finland, Greece,
Malta, Portugal, Romania, Slovenia and Spain have
joined at least one of these networks with plans to
establish an HS system in the near future.”?

What is the process for Horizon Scanning in the EU?

HS in EU countries is used to identify pharmaceutical products, technologies for diagnosis and health
interventions, public health interventions, and treatment delivery systems.® However, based on a survey
conducted in 2019, it was found that only Italy, Norway and the UK had HS systems in place to identify any
type of health technologies, while other countries focused on identifying pharmaceutical products exclusively?
In 2017, more than one-third of the requests for HS to the European Medicine Agency were related to
anti-cancer and immunomodulating agents. Generally, there are six steps in the HS system in the EU, namely,
identification, filtration, prioritization, assessment, dissemination and monitoring as shown in Figure 1.

‘P@b » »»@

Identification
Scanning sources to
identify new or
emerging health
technologies

Dissemination

Predicting potential Deliver the output of updating
impact of technologies Horizon Scanning to Identify any new
prioritized depends on  target audience in timely ; co0 o0 ic carried
stakeholders’ interests manner

and needs

Prioritization Assessment

Prioritized new and
emerging technologies
for investment based on
the scope of interest as
per national healthcare
priorities

Monitoring and
Initial selection of
potentially relevant
drugs or interventions
to include in the

out and evaluate key
prioritization process

performance indicators
such as time dedicated
to activities, potential
obstacles to activities,
and workloads

Figure 1 Steps in the HS System in the EU



Identification

Identification, the first step of HS, is the process of
scanning sources to identify new or emerging health
technologies. 13520 Majority of agencies involved in the
EuroScan network, started the identification process
from the "experimental" phase (phase Il - IIl) of technologies
or within two years before roll out into the market.®
Generally, sources for identification can be divided into
four types as shown in Table 1.

Primary: The manufacturer,company websites, including
press releases and investor report

EU-countries™, Sweden',
Italy®, UK®, Austria'

Secondary: Regulatory agencies like FDA, scientific journals,
internet news releases, conference proceedings, and
health technology media outlets

EU-countries®, Sweden',
Austria®, Italy’®, UK'®?%, Norway”

Tertiary: Other EAA systems or registries of clinical studies EU-countries™, Sweden'®,

Italy®, Austria'

Consultation with stakeholders including clinical experts Italy'®, UK'®,
and technical developers
Open call to stakeholders for submission of new and Italy®®

emerging technologies by using structured notification form

Patients’ suggestion Netherlands?, UK™®

Table 1. Type of sources involved in identification process

Primary sources include direct information from
manufacturers or investors®1°®31%1® Secondary sources
such as the media or other channels as well as published
articles 80131671922 Tertiary sources include information
from other organizations engaged in identifying new
healthcare technologies.'*'3'

Identification is usually conducted by staff from HS
agencies® and stakeholders representing government
bodies, clinical experts, medical associations and patient
associations.*”®

Filtration

Filtration refers to identifying an initial list of potentially
relevantdrugs orinterventions to include in the prioritization
process?® There are three criteria to filter new and emerging
technologies: 1) early phase of development (phase Il - 111)
or early post-marketing stage'®'®?*? the targeted technology
of interest® (for instance, pharmaceutical products or
surgical procedures), and 3) completeness of information
available in sources.®

Prioritization

Following the filtration process, new and emerging
technologies are prioritized for investment based on the
scope of interest as per national healthcare priorities.”
Generally,itis based oncriteriarelated to patient, disease,
health systems and technology perspectives, as shown
in Table 2. Prioritization is usually conducted through
stakeholder consultations or focus group discussions.”
During the consultation, individual stakeholders provide
scores to products based on the four criteria and products
are prioritized based on the total score received.”

Assessment

Assessment is the process of determining the potential
impact of technologies prioritized depends on stakeholders’
interests and needs.®® It involves developing HTA model
or having focus group discussions with relevant experts.”

Prioritization criteria

Patient perspective

e Number of patients eligible for the drug under
considerations; Applicable to a small proportion of the
population but with obvious and far-reaching benefits;
Intended use of the new therapy; Anticipated clinical
benefit; Ethical issue; Risk; Cost

Austria®* EU-countries'
Italy’®, Sweden'™ Norway” UK'®

Disease perspective Sweden'®

e Burden of disease

Austria®® EU-countries'
Sweden'® Norway" UK™®

Health system perspective
e Level of resource utilization

Technology perspective
e Novelty; Level of interest from media; Anticipated sub-
optimal market uptake

Sweden'® Norway" UK™®

Table 2. Prioritization Criteria for new and emerging technologies

The assessment criteria take three perspectives: patient,
economic evaluation and type of new drug or technology.
The patient perspective considers the potential impact
at the patient, in terms of level of satisfaction, level
of effectiveness, and level of utility.®”"® The economic
evaluation perspective focuses on estimating accurate
economic impact following the uptake.”®® Lastly, the level
of innovation and probability of implementation in the
near future are taken into account from the technology
perspective.”

Internal peer-review is conducted to check for accuracy
and consistency of the assessment report before being
published.”® The assessment report is distributed to
experts from the medical advisory committees such as
Medical Services Advisory Committee or other dedicated
organizations assessing the safety and efficacy of new
drugs or interventions .

Dissemination

Dissemination is the process of delivering the output
of HS to the target audience in a timely manner.?®
Fundamentally, dissemination reports provide information
on: target population, description of the procedure and
technology, clinical importance and epidemiological
data of the disease, current development stage, potential
benefit of the technology over current alternatives, safety,
effectiveness, cost-effectiveness, social, ethical and
organizational impact.

The reports are disseminated in the forms of alert report,
brief, early assessment report or newsletters to the target
audience from government bodies, pharmaceutical and
technology industries, medical and patient associations.”
For members of the EuroScan network, the HS reports
are uploaded on EuroScan database for an international
audience.” However, some of the reports like internal
reports are confidential and distributed only to decision-
makers, the HTA department, and other internal stakeholders
for peer review.©

Monitoring and updating

It is important to periodically monitor key performance
indicators such as time dedicated to activities, potential
obstacles to activities, and the workload of conducting
HS.° It is also important to keep abreast and update the
information. This is because of the nature of uncertainty of
the information in early assessment which can change
or be updated frequently before the technology is
implemented. It may be necessaryto consider re-assessment
in some cases.'*®#
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How is Horizon Scanning used as
a policy tool?

Countries with national systems with systematic use of
HS such as Italy, the Netherlands, Norway and the UK have
fully integrated the HS system into their pharmaceutical
policy frameworks and is used in the decision-making
process.? The HS system is widely used to assess
new technologies in the area of oncology, preventing
infectious diseases such as vaccines, immunological
and rare diseases due to their nature of rapidly evolving
and limited treatment options.?42

What are the challenges of Horizon
Scanning in the EU?

The HS system in the EU is one of the most established
system that is established since 1985.% However, it is not
a system without challenges.

First,there are limited resources available for short-term
and long-term operations in terms of finances, appropriate
expertise and logistical constraints.® In some instances,
there is low participation of stakeholders, possibly due
to limited interest and knowledge especially of new
technologies such as Advanced Therapy Medicinal Prod-
ucts (ATMPs).*#58 This is reflected in that fact that only
10 out of 27 of the EU countries have established an HS
system to date.®

Second, accuracy of prediction in assessing possible
implications of new and emerging technologies might
be insufficient because of limited knowledge of drugs
and technologies at the early development stage.80/823

Third, the ultimate goal of HS is to support the managed
entry of new technologies into the health system and it
is crucial that this information reaches policy makers.
Nevertheless, there are some challenges in coordination
and communication between technical experts and
government bodies.® For instance, some of the internal
reports on HS results are only delivered within HTA agency
and without being distributed to decision makers.® There
is also a risk that the findings may not be used by policy
-makers if the HS process is conducted by organizations
that are not directly connected with the government health
system.?

What are the strengths of international collabo-
ration and networking for Horizon Scanning?

International collaboration and networking can alleviate
many of the limitations of the national HS process.
The i-HTS network is one of the best examples of an HS
network where working groups among members in the
network are set up for HS of specific technologies such
as ATMPs, and by collaborating together, can reduce the
extent of resources required and expand the availability
of expertise.® Additionally, it creates opportunities to
develop an effective HS system by taking lessons learnt
from HS experiences of other countries. Last but not least,
sharing HS information in the network is time-saving,
avoids duplication and enhances learning best-practices
of HS methodologies and activities across the system.®
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