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Recommendation on Innovative Treatment and Drug Reimbursement for Rare Diseases
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RREIF 0% T —HadE S EE IR B 2R - s IR 56 R (R R
REHAREE © RAFHIRIRG(TREEF RN A A LR ER - M EEERITE
SRR 5 FIBERY - AR 10%F B EAYTIEECR - ) T RIEZRRG
PRI (TR S IE -

&b NS EHEE HRORFEEG YA - EETHREEER G KA
[B8l i e e B (A LAE R —BE W - FHERAME - S &5 R b KR dE
PR A S Bt T H % o 2 SRR 6 PR AT B i R = R ) - RN L

RHERE > BERAS H IS S RARE - A REG GBS -

h > SE R BN T B G R S

3

a

ARG (2023) F—H{IE %5 (ETtodayKFHE) T8 G RIHIE 2284
2055 0L B RRBEST " BRI E ,  BUCE AR, 12407 - [EHREKAE
95% ° &HARBIRA 88.4 % HYERRE Al & IR ORIE MCTB R i 7 et - IR A
LA 5 SEI 3N RFSFFH T RBIRE R ol foa ik - B EIRRE
&R > DIRIER D Sl AS R A B S 5 BEA88.9 %6 Y B R S R PRI S R 4= 4%
R HE > WIS TR - LERRHN S GE L@ UV IRES - AL - H83%HY
BN RN NIEAE - BEERMTSRIEAAYIIAE - M (e RS2 oeA T3 -
PHEERER - WRNERBRITER AR KA - R ECERE
FEHIREFSENE - BUFHER L EREEMEERRAVE Y - IE0ERm AR aR R
& FASEICBRAYSAaINET - WS THEBNRORICE - DUS TR EIRIGE -

11EH# R - <<ETtoday RAE) Bk Eia M40 ié_‘https://health‘ettoday.net/news/2450492
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Z ~ FRBWIRI R DA B

— ~ BHEERGL B R b
(&N

BN e RERRE BEFIELERE  HRREERSSFHRARESH -
2 RIEFEIREET 200255/ 2= AR ABEREGRIEH - RFRE A At e il sy
B - A EH2005FRER BB AT B LA, V4R TR BRI
(CMEZREEER) - DIEREB RGN 2 7288 K B e = e S A
WTEE - A2 EOREERHIE TR - (RIEZERE AL R B e

bR T IECRIESE TR A HEEE - WS A DAY - F4E2000
Y - AR R IR e B AR LU AR E I - AR IR ZI0A
HAEVHE - BIERERY T Ry MBRIGEEE RRA A #BhR A2 R PRm
FIEEY) R AR AR an i Rk B s B on - IAREI ORI 450 b & i Z (it~ B
GBS - RiEAL © o OIS 3 RO AT SR R A 55
SSEYHAL » 5575 BRI A R F S8 may coa e - RS 19REB LIHIE 2
RS EREERS - & o BUTHEER ~ BRI = i N5 8
HEEEE - 28 - g - GERFFTREERRET - °  EERBRIRR

N BB MRS E R S EOAVEE S ; BT A HE 152 LB 4 i > S i

2FEEFIATEERARRERSATRNELE  ARL WAL L REFF AWM= -
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IRtz EE LR B EE T EE L E B E RN S AR AR
Bl - [ B E B E R TS - WESRIRAT - IAh - 330K
hEDR T REER RS ITHE - MBI R LIRS - fite - FTFE MR
Rk R RBARGEG T Z Rl - JakE - 859 SORFIEER G AT IR
i M ERT A TR Z AR EE L ERER IS EA c fliEZ
RS 19REE O T2 \E IR 2R N R A 2 88 - IEUARFIHIT
FEFE (EAP) MRS (BERBEZS6TH)  MERASEI3M - Al RAER
BIEEAIEVIE - (ROEMRRA R ZEE - (HEM50% ~80% 2 & - 2EEFRE
DU OrA e B ORIEE T R 2RI RE fh e (R O 72 00 SCFF i AV B B Ry
ok HIEHE R EN RS Al 2L -

PBURH ARG AL - A2 RMEREAS » BRI T AR S L R 2] 8y 4k
THY A AR R E IR o

~FfEiEdE TR RREREMR

(2

A MR ORILE e - EEAA RLABTT - IMEHURIITZ6E - Al59 T &
TEAREAE B B T 220 A RUREZR ORI - BARIT S - (EIREEGR Y2288 AL > B
EEETH R B (R ORI L TR - (EESRITRREHSIHIE T - ROREE T B
FEMZ - PRI MEEE  BEFUAHP M - FEREREELE S
RIEORZTZIAVERL > DAS e R RHE S T UK EY IR CRABITHR AV R
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Ko ERFEBERG R EEZ B BEIUREI Z B ARE TR - FHEH
AT EARTIN B AAEN" - B R SR - Han DR JHEE B e —
R R EE - BN FEFRI R SN IR RGBT - SR EEE
AR - TR Pl e e G s B (R BG4 EE S B e BRI R R (e |
T AR N R HEEKAI R KA OR - B e S s FE [E]
FREMAMEEZ BANE - DO g A TS HERGR - BEOr gk
FLRF AN A OREG (S T B = Wit as RORr i 2 i ] Y2 A e s A BRI AE
FrER(E - EEE kg - BRHE IyESeEER -

B FATRREEEHEI3RE AT ZOREETRRS T EHRIRRAES
2 "FERERDE - B BE5Y) « SCRFIEERGRAITE IR S MR AR dn AT R Z PR
ERED  EREFREESMEMN ) @WYHEZZR - B (FranfEREEriEs
RCRGE(EHRE) 180E - HAS R EAE (DU ) diei2.7 % it EE R
PRIN B RE HISIIE » 1MEE2.7 %6 AU SRR T2 A AR B Z RIS TREE
BN R Z AR (R—)  [BECB(HMRRFEEERL39.1793F0T - AMER
[EPRIE20134E IR _ER&TE - ARG HY [MIMEZ A DY A F 48 LR D) BR
oK MIEREEREEARTE T > W2 M BEHESE M - EEFWRH
BEZ T - o BINMEOREEREEG (T 2 S - SURNEIRG (AR REHEET ] e
A FERR G T R BEFESEEYERHR A S - IERAEE L ERBIREIRIA S 330%
Gy I TR BN R ORRGG (T Z SV ERE - MBS - BIRAS - BUFAYATR » DL
FBURFROfEORAVIRES - =34 &0 75 52 Ef gl At -

1IB3FEIBATRELRRRBEREBEAOAERLEE AR TAL X R REF 5 A= -
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/e Treatment and Drug Reimbursement for Rare Dise:

TEHAFR  BRBFALRRAG  wb bt Ed T — M &
T 0 R BUR P AR AT BRI

~ B A R KB R e e A BAE BRI G AT R AR %

& BEFERBIRFERFRSZBREAANBRZEZSENZIGH

ETTL &
FE fHBh &8 FE fHBhE4E

20095 3.12 2016%F 243
20105 6.35 20174 243
20114 6.41 2018%F 1.8873
20124 1.80 2019%F 21222
20135 1.80 20204 2.3865
20144 1.80 20214 24395
20155 1.80 20224 2.4038

hast 9.179

ERISOR : (R(RBYEI/A % hups:/inhi gov.tw/Content_List aspx?n=0276EDO384EFD629&10pn=787128DADSF7 1B A
FESE —URMRE IR (BI2013F% URRER A1) - BEHRR " 2R
(HEEEORbR SE(E AL N 45, (Essential Drugs) Kfl5d%E5h (Orphan Drugs) TEf
B ENE s ZBITIRA - @R e R RS - R
F) R EEE RS o POV IRIR R IR - BEGBEERIIER TE 0 B
BEL B ER R ERIREE A TR R A ® (B NMIgH) ady
SEUTHY ~ fZE] S AFERS - BERT4A (R ETEHE - 200844 H B EE A B O AT
BEEERHETANAH - BE T EE T S AV ER RS S AR 9 2 574+ DARTE
BREEONTEHE - Rt ee s NAE B R E LG 2 2% -

g;;

+

_l.

ol
\\

H20134-1 A U IR BB - RIR (EREFERBIA) (CUTRERBERE)
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FAAURFAHTE (EREFRBEDG A HE AR ERETINE) (BUT
Rt EIBE L) - O T 2 REFERESEVG A IH B KR FE G &
st o (DUT IR ILEIREGT &) BTSRRI SOHEAESTE R AT « 451575
HRSARESEIE - gk 2B - Ex82%E - sl A - BE - RiEE
ARt Bt & 2 AURAHRL - SHEEY R AR SIS B E R - RIN2019F5 AKX
[ECREBARE2HME - B1E " SERETINE ) BN NERGRRI IS | R
PRE RN ERR ) AR T B GER ) IRBRTIRE - IR SRR R
EZOPV R - HERFE T AR g SR T IRER o R E R

BEAZIE - b—E AR fyftl - rJREHEH 2/ - =FAF(13] -

o LB FTSED RO (L IR R 3T SEIE » 12 TR (R RIERRR
S TR E R (TIE) S34RAS I - AR TR L B s -
WP 2 S (AT A =T SO © (RERERT AL (ST AR - 2
53 AR A BB © SN -

ORI TEARBSI . ARIERENR, & BRI G T8
[RECH ) AU ER —(14] > (BERFAE IR R Q228
(B A B RER (T SF AIRHLR - B —(RAEARIIRIAYS 2063 - hEfD
2990 ; BFRERIHEIRMASIA - Be— (R IERITII86.8% FIEE527% - 2
FESLE™ AR IR AR - A R -

[

L4 ARG RAEAHTAARFII T RALRIRIEF AR S EILF N L2 Gt A

(1) #r R AR AP e f AR F TR TH T R RS Q@A T2 R4 RIRRR E AR B A AR
AR RS A F AN E G ETHES ZIITRNED LR, - (RAA#20234F10A
278) https://www.nhi.gov.tw/Content_List.aspx7n=2495A5745AF32706&topn=5FE8COFE-
AE863B46

@) ARt RENERE TFELE 11297A178 837, « (RALA20234F10A278) ©https://www.
fda.gov.tw/tc/sitelist.aspx?sid=10757
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/e Treatment and Drug Reimbursement for Rare Dise:

P H AT RO ER R Y 2 800 - AR S FERI DL T RITH L2 N5
PRI — o SR AR G ORAG S AR 1 ELIA

H AT BURF A I Zm AR 2420 NS E B aERINEEY 108
& o B SSHEERI AR - BIEEL22.7 %A EFERAEAA - 55ik20234E10
AT EREUR - 2108 A EFEEM - HATORAN AR3ETRITEEY)
FERR4ENT - JRED - H 16TEREME A EE - AARIEMRIRGG (T - it 200 5HAY
ZEe NG FREE T A - SR A SR AR R -

— Rt DL2013F AR IRAVE M R 70 57 - g s @ IRaa T
AT — AU ORI (19954E 220124 ) AYS.2MEH - KiEHEIIE — Al iR Eig
1%1929.9(E A'® - H20204E 52023410 A 15 AR - SRHBLRA MV SED Bk
F251 (RRT) - MHE R EE28TEA FHF R AEET 7] 6,053 440H AHYfE
FRRAERE - &2 o SIS RRR AKER - PITREEE
RHHAE AT REELanHY » IRAERBNGETEIERUR - ©F25% (2,0200) HYRH AN
FAFHraE R ORGE TRV  TEFA NSNS R T - A 1250 E

BERGHBERAROVERTTE - 15 2 ERATTTEEEY) - IESYF 11,5911

1547 4 4430 B RAE EE 2023 F4 A 198 42 (N5 F Ram 4 B ¥ICD-10-CM&H—E &) -

16 A9 A AHTA AR T R RARIR F AR SR B F N EZ Gt E 4
(1) AR A S0 b e RARIRE T @B THHARGXE RN T 2RI RIRREM SRR & ZATARHE
FTHRAFRE S RF R NE T EE T ZIUTRINEN L E ) - RRA#A2023F10A
278) <https://www.nhi.gov.tw/Content_List.aspx7n=2495A5745AF32706&topn=5FE8CIFE-
AE863B46
@) AR AH AR ENELE TFELE 112F7A178 237, - (RAA20234F10A278) ©https:/www.
fda.gov.tw/tc/sitelist.aspx?sid=10757
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" FRRFROOZFERE

ERBEEERAK
=24 Fn & BRERE REFEAE (4:tFE2023F9A)
iR Bt
1 Protein C AEREFEHECRZIE 200541 528H 6 1
2 | Temids O sicemipis eREEE (AP | 2013548108 | 274 89
3 | Cerliponase alfa MR EEERRE 2018498 7H 9 4
2019475188
4 Stiripentol SMEI, DravetfEf&EE (2023F48208 818 105 1
PBRS > 1B k4 1T)
20194298248
5 Lanadelumab BEEEMEMKE (201948 19H BB 38 0
PBRS » B A4a1T)
6 Burosumab MHEETERREaEE 202048826 H 145 5
7 Givosiran REE 20204E9829H 132 9
8 Edaravone AZEMEIERIZEREE (ALS) 20204E9829H 1,950 1,298
9 Ofatumumab 20204£12830H 2,442 254
10 Ponesimod SRIRIE 2022F1821H
" Ravalizumab fEd R EMAT R R 20204128301 146 27
JEHAE RSB MERE 2023%1H31H 73 21
12 Ataluren REEANALELE (DMD) 20204128308 426 142
] 20214108138
13 Luspatercept BEREFEMEN 03%108198EH| 403 29
PBRS » B Fk4a1T)
14 h%ﬁéﬁggge B i 202248158 7 0
15 r:’;;gtr'vgsv”eec FEREREZEE (LCA) 20224F98 148 5
16 Pegvaliase KRR 2023452508 313
17 Cannabidiol DravetfE&Es ~ 4G ET B EIE 2023448250 766 47
18 Vutrisiran RIEME RIS 2 & HE (FAP) 202348250 BIEEYIEt
19 Idebenone ERREGMERLRE 202348250 8 0
20 | ool | mummrsRs @RS | 035mn8 | 241 35
21 |Jaralixibat Chloride P S HIEEREE 2023%7H13H 17 2
22 | Olipudase Alfa [EEVL T EEABE 2023%7813H 36 14
23 Vosoritide HEEEFEE 202375138 431 16
24 Belzutifan ERE-WEERE (VHL) 202310528 35 3
25 | E2A0PEC | sELMEMEMAESESE MO0 | 203F10828 | 65 21
=118 8,073 2,020
BRI 56,053 A
EHME—ZEE] 591A

FORVIOR : @ SR BRI A 55508 S5 ) - AR 120200 00236 10A IR - M TS A
ST SR A (I F L SR R G A BT 25 SR

XK EE St Ry U AR 25— (22 5 -
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i ARt s SR M — A AR -

PR T8 REVER - 2= S m B R IRAVA (T RRTS - TRE RN T
NZ AT o ZARIEBORE % - FL[EIHEST & s DA 75 8 B8 R e A e iy 2 o
SEYERREEBRERGTNERESE - NESE URRIETTR - EETEEEE
HYSSTRZE Ryt - HATE A0S RIRGEN - i ssmBia(RER

b

e B K (unmet medical need) ZHFME - R HBEFANATGMENEATAEZ
B EE - M SRR A R KGR R e R A S LU EE - BRIH
RN PER R T e e Ay

WIS H 7 NAR R ORZE RE EOR 78 70 BT H 2 IR SO B A 42 8

B S DAEESE BN N EE 90 B 5 IR B ERETRAVEREG - B
"L BRHEE N A M - R AR SRIE R - EIE R R ORaRE - Bl
AIHIE - ATEARHI R BB R R % (R=) - AMERTTHYH]
T BRAIDI BN RS & A - EERKFEREMALN  WEBEFFERET
EEHLERNUEEI ZNENTHERMITEHE - N ERRA L 2R
& MARENKREREETAN T kEBEAHERENR - REAGHR
st - H2017TF 220224 » )9 F FE R EEEFREST. 148 (RIU) - 1t4h - B
20055 4w B be Bl P IR SRRV AR - Ry R INTHREY B E RS AR AT H A
YA » DU 3 S N R PR 2 B A I P2 - BRI S R A A TH R
Gy S IEEA RIVTHE - AIMENERER TR A e DI EERE - a5 R
TEAZE I -
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=» EEHARFREBEREESE BN (20174E20224F)

Bu(Erx) & 2017 2018 2019 2020 2021 2022
RIRIBER 6,545.061|6,853.431|7,153.486| 7,526.41 |7,835.551|8,095.612
BIRBES 1,835 1,957 2,082 2,175 2,247 2,316
FEERZE 53.55 58.68 61.67 70.51 73.04 76.79
FETH HHEER(%) 0.82% 0.86% 0.86% 0.94% 0.93% 0.95%
FESTH SREET (%) 2.9% 3.0% 3.0% 3.2% 3.3% 3.4%

BRIER « A g O R RE RS R IR AR 2 i -

RO~ 2017~2022F FEERTAH ~ T ~ BREAER

B({8m) & | 2017 2018 2019 2020 2021 2022 P
FEBEA 5791 65.09 | 72957 | T71.66 76.01 87.75 :IZ;=]§M?$
FEBRZ B 53.55 58.68 61.67 70.51 73.04 76.79
ERZEC=(A-B) 4.36 6.41 11.29 1.15 2.97 10.96 37.14

FEPITED=B/A | 92.47% | 90.15% | 84.53% | 98.40% | 96.09% | 87.51% | 91.53%

EE 20175 E2022F IS 6 M R GEEKHYITR (RIU) - w] FZEEEEGL
BT TR P B EZSLREL L - [HHRRH R RG RE A - TSR E
HITHIE S FH A E B C S E R (E %X - Nt FEEEIZR TN
ROHE RS IITR > K HE 8BS [ R Mg BRI H 28550
EER - WA EESWHIENRGTRFTZ NIRRT EE - SRS ERA S
AR AR - B — 7 REITHYERE R & AR - A REBRAEHIT)
RESLEES T —L2E  AFEAENANL ~ BB ERE B B (R KRB R -
SREIA YIRS SR EMA AR 0 B EE R AR - FR_PE

FHEIREGHIZEEEE - A 12IHEEY I E R R S A n RS HI R - HREREFER
HITE BN S T FHRIRG T HR A - AME I RECCE IR ARY
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NAE - FRE R H SR A ET A E -

AT 2RI IR G BR SORT SENT S R A T o BI(ERE TR o TR 4

A AN e DS IEZRS R R AR BB AR SRR 7S oK BRI T AAE ARG A B
ZEEER I THE SRS BT - g R B - B IR EN S TR
ESR o EARFEWA NS EERRE - Dl ol y | E e Y THE LS ER A
R SRR K - (B IBILERY R 2E R DLORIE 2 e A\ 5 2 2 #)FRHT

= BT Bl L

R TSR B BAEFR T2 R A\ S ISRy A4 b - B SR A [F A [
MRS - Bl SRR ST R R BIE TR AR SNSRI sl
Wimea 51 e FiE - HS RS St E sl IR EE T - Iz E IR
# o FrAlEHE RS - FEEEEEEE  WARRWAFEESS KRl TG
AR % ~ RandEins T8 - KRS F M S BHEBEG T BRE - R
TR A2 E (BSRFEEEEAG IR EFES A=) -

(—) IR AE
YL Ao mim A\ B T AT o DR B R A R R I e 22 (National
Institute for Health and Care Excellence, NICE ) H ¥ TERA{E24( H N EREVES

ar eyl - RITE FREREHERR - HAEZ 425 T BRIt H e R R

{HEEEAR TS (National Health Service, NHS) 45{<[15] ; LA » B NICEE &£ ANHS
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WEEH > APAERSAARN =AW - FE BRI A B R T E G e a i
[16] - HARE AL EHY H IR RE T AESEY) i R AN EIRE &S 6% -

FHEA - S HAE A 2584 (Ministry of Health, Labour and Welfare,
MHLW ) iy g el a8 1% » &g ps B o) £ S50 AL B il 23 AR ER - 1)
MHLW T B8 B 5 &7 SR Pe H 88 i RAZ H 2 HEE[17] - trb R B g E

OEREEE - CEEREESIE - OISR MRS - Mg RE 2 &

g ot e (R B RR 7 sE @ (Central Social Insurance Medical Council, Chuikyo ; &
T Ry Bl ) ek Mo fak o SREALEUED AR EERG (E B I LL60OK Ry R Rl » 8

o7

RAEEIOK[18,19] - Ryl B IAEBELS (S 1 TR R A 2 53 M7 F I e B 4
PIRERS - TATE RVESTEIGH T - B AR ST A RS

[20.21] -
() RARIlREAl RS

TEREEE > — R SRk 2 B PR B LSRR (Institut fiir Qualitdt und
Wirtschaftlichkeit im Gesundheitswesen, IQWiG ) 2K#E(T » fI G BRI B FRI & 2 By
(Gemeinsame Bundesausschuss, G-BA ) #E{ T3 zmalAh » I TR B B 52 Z0K 2, 22]

° fE5Fa#E (appraisal) JFHEIJNEHG-BABT - N REHUG s a] - AR —
21 » G-BAE HEN BN BT 2 A I MRS -

FEDER - NICE—fEEY IR TR FHEIEREREGTE (technology appraisal, TA)
JIERRAE A P YR 2 B e A R AL NERRR R B R R (15] - (E#HYRE A
Bub  JBREREAIREGZ « NGRRIRIET R T SO SRS R AR IRIR
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PAEAUKHEARROARE

Wt > NICEH SR8 = S B 2R, (highly specialised technology, HST) RE{H#RAE » DA
TR (R PR FE AR 22 SRR YRR/ N RN I RS0 B8 A S B 0ER [15] = BEAh - SN AVE
JIHTRIHTEE S A HS THER] - BGEFNICERBE R HINHS R - B A ELL
NICEEE B A ¥ gEY5 4 (Innovative Medicines Fund, IMF ) EfHF4E(Sf - [EHEAE
o (E M N TR SR AT EE ONHS i P Y L B (SRS s A R 88488 - DUE R 1R
SHEE GV ANHS K AL (T 258212, 23]

Mo B BV IR B E B S 1% - BI] (M 22 H BN 2248 (Pharmaceutical
Benefits Scheme, PBS) HHFH4E(T - BrEteRzEERHAT (2 - TESC BRI LIS g
{558 ZE &€ (Pharmaceutical Benefits Advisory Committee, PBAC ) #:{T5 e » 77
AER PR ZE B (Economics Sub-Committee, ESC) FIZEAFHFHERZE B
(Drug Utilization Sub-Committee, DUSC ) {5 » 54 A il R P T 7
OB - S ZPPBACEH - @R HE HE R R HHEHRE TS

s MG R R [24] - WA — Mt B E B EIET - AR RER=IVEY)
(&%E) - HIEFEEPBACH H UL E R G HEEHEELEELETE (Highly

Specialised Drugs Program, HSDP ) 45{-[25, 26] -
(E)FERHFE R (B —REYVIAF)

S AR 0 SR T FHG-BAMET TR R w5 - UEFER Ry e AR -
WL FEEHERAVEE 2K - A BRI E E 275 miber - HIEEH IR

ReA B EEE B S R AR E = - 382 Eiiat o & AR SR R e
IR ZBUE2, 16] - G-BARTRART & BB RGNS A RR MY AR » #G-BA
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ERERARRBEGIRREEER

R BT ER SN PR S s R 1 AH B — MW 8 - A BB ERSMGE (minor
added benefit) - ELEETRZEIMNWZS (considerable added benefit) ~ E.EE AZEIMAZS

(major added benefit) - ELFFELRIEEEEE M MEIE - AR BIOARLEINY
7= (unquantifiable added benefit) [22, 27-29] o FLVUSERRE - B FR{EEDEE R
PRiEEE S, (German National Association of Statutory Health Insurance Funds, GK V-

Spitzenverband, GKV-SV ) Bz E LMEINALE(T[2, 22] -

TRBITE R AL BENAa T 5 1% R HUEBIEIZ8 42/ (National Authority for
Health; Haute Autorité de Santé, HAS ) #{TEEIRX % ( service médical rendu, SMR ) J¢
BE RS IS 2E (amélioration du service médical rendu, ASMR) ZFf5[30] - SMR
K ASMRIYELZHASTE S BEEYHYERIRAUR ~ BARUBKRIIZ &M - BERIaRR
W G PRAH BRI PR R AL ~ PRI EEAETE ~ REE R/ ~ B8 M s m] TR M i e
TESFHEERAVAE29, 311 ZERBEFHIARE B K (unmet medical need) ]
REE R EEASMREEL » {H A 2 S ASMRAJIE—FEAE[32] - BEARTL 5T 489 HoAh
R ERVAETEAE[29] - (EARRRA ZR 5 Tl - B SRIRIE BASUREEE (incremental
cost-effectiveness ratio, ICER ) REMEATEAE[29, 33] - HASHRFEAN S EERA ST 1T & i E 5 8
EHIIRE - BIE R SRENER - EEIEAERER A S - EEENESS

» LRI B R BRI ELECA 15T - Z RGP HEHE{IE[2, 32] - HASSE

EEHG 1% » CHEHZEEE ( Transparency Committee, TC ) #E7TULHE 2

BUFINICETEHSTRHE RIS T - BB B Z AR - (B Z T2
B UMEAERAEIE « B ERE34] - 20224F 1 H Wi RH S HERIEES B T #
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sl sdidrte il
TEIT 72 5 1 R AR R S R R - BE R R MR B B IR T RS
PR AR - EFEEE AR A RSEREIER35, 36] @ LHMITHERRK - &R
B~ BRI M e MR RO R Z T A IR B {5 - NICER S5 (1Y T
R BRI W SRR T E S AR A RNHSHYE R E - HA B BEEE
BRI BRI EIERBE35] - & BZ5 SRR M OB It - BN — R YR
R EFEEAS BRI B EE{E (incremental cost-effectiveness ratio, ICER ) 7
W VA2 B3 ILEE - HSTRPAHREE gk F 2V ICERBA(H A L 108 5585 - HH <
NEMRIVEEIEFRIFE S0 ETE M E & A (quality adjusted life year, QALY ) ]

ZE30LL L - AINICERRRE B A$Em £330 5552, 29, 37-39] °

TR G A ISR &2 5 K B R RH R A 4 H8 (Canada Agency for Drugs and
Technologies in Health, CADTH ) EFHEEFIL R UEEE (CFafdies) - %
I E &8 AL [E] 882572 (Common Drug Review, CDR) JifZ » FHEEYIE
Z 8% (Canadian Drug Expert Committee, CDEC ) &X#LFESL(E Nz » e &
DIELE(THYEE[40] - RyePihaE Bpn e 2 OB A RIARK - CADTHAE2013
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72 (patient engagement process) - ff ({EEREAUEIETERI)  (Guidelines for
the Economic Evaluation of Health Technologies ) # A1 AH BT/ NEEERY 7857 F5 2
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K9P~ HIVIEZE 5 SRR B 2 2597 DIFRRR - BEZRET g iR (i
#3508 37T ) SRR S HYEEY){y ] REHIEE Fy AR m PG AT B AE42]
(B P B AL AR i 7 TV R RS B - PR Su (B (H7H B A B QALY st 7877
abfl > BT AFRK ~ PR BB EE - FrVEFRT GRS & FEW
RS BHYZE AR 3 B R R — » G B A Ry SRR —
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KIARFE46, 471251 WHEME  SUEMRERE - DU HMANTE R KBS
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- HASTERRB S IR MG EEY A RS - RIFIRGER ASRCE A2, 51] ¢
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I NERG R SR s AREAE RS L P A S B R S e HYAR2] -
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EERMRE RS FESEY)EE (CDR) HYEM41] -

U
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FHE BRI (L2t EBERER - W E R A B & s - 55— (2B
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J& - AEPBACHE(ERIERE[52] - 7 N AT LIESEY R At fe iR R X&) - tm] BA
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Evidence and Engagement Unit) - DLKEXITHTA-CCCLAE Fyfdr sk BE e IEFE &
( Department of Health and Aged Care, DHAC ) (L% o SBUMEUFAE202 149 H B
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JERHYEE (1 B A S 2 SRR S A RE4E4E T 52 - RDEGFRIEHIRDFE—A
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TEF A A F N E 4 E B (Commonwealth Chief Medical Officer, CMO ) &
P AR - B NEERES - 5 BN EA RN R SRS EZE
PR BN G M S B AGE IR BN i LUE RS IR A HA A TEAUE
BEGa T S H R AR EFREEa T ~ Wraee N A R IR ISR
A EEAVEORE RIEE(2,59] - MRS R TR ALY YRR PREG IR e LU R 2R
SERTRASER - AR & SR AL P BT [ PBACHI B R PBSEH] ; CMOHF &
o/ NHTE R R i (B R ER R Sl R R A e (R R 59] -

R - EgE e DRI N T ] 5 o A1 R SRR SRS - n B AR R
{EFTZf#E (Autorisation Temporaire d'utilisation, ATU ) AV 5= & R{EE RS
2] »

T Uk Ak B ARAF IR 0 R AN RAEAF PR OGER IR T ARG RARSEEAR
b ZHr o R F IR IR A TE— T AR AR ARIR

~ERRABE RAHREFER




2 - FRERARREMANRTERIR

=~ SHETW RIS

Fo T 1B H AT EEG (TR A R K E 8 - Rgi2022F9 A &R G
BB B L (e E B3 OE AR L B AR (AR SHBUR - 1t &2 BRI
WP aE R BIHFHETRE - GREUR - EESERR - WATMEAEREE
SHVERR T HERABET ) K TREEARRESCERE ) R R ES AL
Zf o WA R E A TR (E AR AL ) B - fE2 B39
(B RERR RS - F41 %P ERREILAE IR HOAR - HERSI% A’
Préaf 2 ZREEm ] - $HEERTH © ML B EEYIRY IR ARG - HoadE DL
TR BENT SRS RO IR - IR O EE AR SR - (ORI RATR O
Gt s MEAZE AR ZER - 55 LATRTZEREE IRV BRIz E - RA
AR SRR (T - AT ORGP ES - E ARSI

HegR' -

W

BEAMNESS H AT R RS hpk ARG an E SR B8 NEE (QALY ) DUR IR
FRASSEREE(E (ICER) 2 Hr & NSRRI > I T5 % VRER A GHE 55
HMY25 96 AU RBRIEERR A - (D EAE &R ENICENE] - RS IT RIS TT
I RRERREE R BAD AR EREEE AR HAERE a5
®RATEAHEENR  FERCEN IR L ENENAEZE - MIFEES

{5 Eis & - EnE S B R IRG M HIAEER - F53.8 9% 75 E i &L 2 Bl i

e

1784 KR : AE#»2022F9A78 Bl "TFAEBEFRRBREZRBREATIE | HEE X
2 F Rk R A B LA Ak %https://www.tfrd.org.tw/tfrd/assets/uploads/library_e/209/
tfrd 20221011100616.pdf °

43



44

ek il

TR A RRAIER - TREBBERERTVAREER - VRERRA TR
FA B B AT - i A S AR B E S BUASE - 70 % OB
SET B (EILEI T B AR A -

I A FIRIE TN ZE B AR - R H— LB E R - FRE G
g EARE RPN - JBFEAMERERAEA - TERZEE - (g
% BRI R R R A R S E (L B R FE R -



B RAFEEMEYT

Kt~ RO AR SR L S

(55— 55 s Bk

— ~ (PR AR SR T

R AR AR R - R Sl S HaR - ARE
TRGEPIRHTEM IR - EEARERIEENVEFNE - BREF ARERIVEELK
ZenE - HEHREE SR - FREEEBEIMEMMAIRI T - iR IR

RESTEELISIEAVIE - fERSEORbE N REZ AR - TR L ETRER G YAy i B THE R
ARAIERZT » & RS E RS IR AME— ] DURSERIEEYII S AR -

' TREREFFERRGGT)  ARFBEEREH U RREER 2k E
FAKRBARTF » ERIEZ A S H LA R RS Tt ey EF - R

KABTIARBIABFIREFFRTALZIHIEE LT  AANHEN - AR
R B R M) -

~ BB KRB E I RAT A sk A AR

= PR ERR Z S B BE T

RsT IR R B ST S SRR R YIRS - R ORAVARER TR 20055 404
G SR R R R AT AR s - SR - RS R T FLE —

18 B B ATEL G R B BB ENAE ARLTAEZ B RS 4 MR= -



Rl

RFF - HRRTUES  EFSEEARE - AR R EE TR -

SONTREES FUT0% - (L VAT | MIEATBIT TR — » Aol
SR BRI - BB AT (TR » RS
B ARTEE - SRR AIRAE R E TR A - th TSR FE T B

B— SEEFEFNIHEBERARE

ﬁ 9,000 30%
7,679
H_I¥ 8,000 7,051 T 304— -
= 7,000
o 6,000 20%
5,000
15%
4,000

2,606
3,000 S ¥ (1 10%

2000 1515 L738 7‘8 ! .
jj
- 0%

2010 2011 2012 2013 2014 2015 2016 2017 2018 2019 2020 2021 2022

T e— AR

BERR : 2REFRR2018F S M I TH# S RS20 F TR SR IR OHRGR T (F
THEEBR AR SRR ] - RO - B2018FREC RS E RGN &8 -

®O - BEEFRAEERESRKRATE

FHEH EEE M
EESE () ZHLEE (@) FRERPTE
EYNG = Gy
RN = G
[N
YN =R
EABENLE
HNFASELP[E
EEYN I IR
ErYN = Gl
N e
YN )
N e
YNGR . g

5791 . 92.47%
2018 65.09 58.68 90.15%
2019 72.957 61.67 84.53%
2020 71.66 70.51 98.40%
2021 76.01 73.04 96.09%
2022 87.75 76.79 87.51%

PP <t etz otz P ot i ot ol b ot et




B RAFEEMEYT

HIRFTIL - (R EEARSIZE R HRK -+ {H 090 T PR 22 Tl B A F 2
W o SR T

(—) RSB AR T A\ kit

EEKER Y MR MR 2= LB B 2R - I A AT RE R A G (T B2
HEEBRES] - AL " ATAFEARE PR E 2L ) (FR T THREERERRE
ot WE—FE - &G - HERGFE A GHEIPITES - BRI TR
MR » AEFRFAR MR RED - A BRI A PR RETHR &R
e R BRI BT - A SRR EES RS - WL HUAIRA SR S Z= R A
AYEPETRK  LAMEE DIREA B SEH E AR - ST TRE292~93 % 2K [0l
SN RESRGS B TRAVES - R YA 2B A\ S8 m] FHRYFR K -

BEAh - 22 S8 Sy TRl at o2 B RV A M JE 2k 5 AT HE MERF AL (horizon
scanning ) #H AT THHYREE - JME—E ZRIEETTE o T ATIESUTEE KOs (R
ETEEHEE B IEE LTS | 2401°20204E9 B30 H 52 IER _E4R - I £ 45
FUERTAIF 20214 (&) DURERIRORUTEGH 45 - 4o (e R S8 in sn I 2 i
FUBEHE (B-FREFERT) SHEER - BTHEEYIR G A -
ARV B e BRI 2022 - I 45 (- 2 fnIH - FRRE TL R AU 82 2 45
RUEBET Z 8 FIAKTEEFHREI TGRS - HERFTierH H B E T B @
B FREREEE - HFEENVEE A S ENEE - 48 AR - 2% 1
WhEEL AL R IR R Y TR - RAEIITEE SR nI R A R 48 K

47



48

;ﬁ.?"‘ §U¥ﬁ,’a‘#$&@4%“1ﬂ§:§

/e Treatment and Drug Reimbursement for Rare Dise:

(R NAEAT BRI > fHhan iR R R OR
L9 N BGRF84 n

BB ITATSHEE - e AT LB R 251952 s - 06 AT LA
PSR R SRR TR+ e EELUE S BT A s A AT P4 - B
U ESUTL IRV S S e e U IR

)
' P& R Z R R e ey TR LR ES — AR &

&r

MMy 5 T HRREDRAETER > SRARMTAARENGEFERRAE
MR RK 5 & — B R BSAT - Ho 3 HALM M NS AT E A JRIE G - 55
FESL A TR BE M RG] - AR R R MR AT AR R RAR K
FHA

~HEEAFARRELE RWMECEFR

2. 5N NFESZIERHE - St R A8 H 45709 N BORF 2 AR BN

ZEHEn] DR ESa o XS I EEYIE N NBORHZE REH N - SRR
Foe Tt - BOBFRAVED - BEHARE - MTERZATLLE A/ RBIT5EHER
T WA R AR R4 (R 4% © BRKERFOIS - SO REREH 2N
(R - RARARAE LR E AR - AL RCEIEEER - BEA R DUG (T (B AvES
&k WIQHTHR S s aira R - BIAalEHENIaRE o IEMIEREE
EEEE THETHERR A S ESFEANE— T AR | MR IIFTRHE AR
B - ERF R EIR R EEENY T, -



B RAFEEMEYT

(=) BT EE ST 32 i > MBI 4E o S A R TR R 28 I 2

BT EE AN AR R - R R A E AV - B EETE K - GIaEEs
BEYERLAZSEE (SMA) #Y "84, (Zolgensma) -+ —Fi4,90087T - —H7H
AR E 24 - FTfR B H4I4(841008 7T » S R2FFEERITHISS » HEF—
KA RUATREHRE BA 22 220V EAE - 1fi H i A S5 4T FRIEIRES T ZSMA
FPRIERIN i AARSE R RIBYE (Leber Congenital Amaurosis, LCA) ~ 75
FIEL — B B R #5 ELRG® = fiE ( Aromatic L-amino Acid Decarboxylase Deficiency,
AADC) WYERNEBIEERGET  SNER SEARIGFEFTEERET » RKRITH
BT EmRNA G a8 -

(P9) PR B BURFIAIRA R 36 A Bl DA i

RACEEEEF T REA e AUTEI T AR - R (R R B (R {2
JFEET A o BLIEORAVIRILIT S » MEERYIHA - BElRERAR - BUEHAA -
e (R E R R -

I

ifif E A OREE T RZ=ASE 190 - DARMAT AR TR A H T 2B (F1~3
F o BEISNFHIIAETE (early access program, EAP) - (HHEKEZR{yat BAL IR
SEHFEEN - BTHERERZ RS - MCRREMOE AR NS - 5 E0E R nTH
BAEENSZE - 2NFERELEIZCRHEIISCHE " PR EEREERYITRE -
B R ERERRBIAREEGHT ZE R Rl aF &Y &M -, B
HAIFTERSITHE - WA e U REIRRRE G (T 2 5288 KB e e Rl -

S8 - SRIBIRAE (T BOR R fBU% - 80 R rTRE AR i 05 = R S B A8 4 A A
& (IMF) BI0E - BHYVEAE I e 2 ZE U R (B R85 1 R 52 S Bl e R EE - 4w

49



50

sl sdidrte il

28 A S A S TE - BIREASE BRERIE2023F4 H 8 H ik = 3w HE s
st OB AR ARS8 - WEAESEEE  JBaE T8 - [t —Aer
BOE YR Z ST - TR E SRR (registry) HYHIE » EHEE _FRLEHEER
B 0 FEFE (OB — (R R HRIAA 1T - IMFR] DR & 22280y a3t > A B A DL
—IERFERY AR SR S — BT ¢ 1IN (no substitute) 5 2B Axan
(life-threatening ) ; 3.ELAA %585 M (financial toxicity ) e {HZEU{a3% & Ih—H%E -

AU AESEIF AR ~ I~ R AT BRI A1 PRER -

' TEMERE R TELRREFRBERNAR  HAFE R R AAR L
oo AR RETA R - BAERERGAMRAET - THIE XHFJ/AHR - 4F
B & BURARBEAR 5 & & 38 — SO bl AR Al Bh 2% > 3k B AT36 %615 54 5 2138%
RA40% » HtE ke BE L AR R  BAHEE - B MK SR

EE AN

e

~HEFEATERBAGEXHALE ZEFFFL

G § o8 )

AR 2P Bk EE T T AR A R S0 S (0 S I e - o
P30T 4 R B RIS AR D PSS BERRAEIE O TR oK - (D (RSB R R
B ERERT RAAT - R AGT A SRR A - 1
BB HEBI 7S -

e - TORMEOR RSN > SRR M RE T 7



B RAFEEMEYT

— R OREE AR SR BN

R EE IR TER - SUAS BN R G IR - By

FFEEH R et - By = EH s

(BN Z AR @ TR A AR - DR R A S5 A R RS S
SR EE LT RV EEE R -

() TR ZHRT SRR OR © i dE T A s 4 R o i T B 0 B 5 1
FoV6 ) ZRSUINAZEEE Ry A anlE - AR b se 2 & > B9
PRI R R A A L S AR (R ORI - R R IR MR B EER A
A e S (G R R SR Y TR -

(S)RIFHERIN SR © BRI - ZRANaRZBE - Frle TR
ARt TR AEEDERAE - AIFNEREERSEAED B K
KL (unmet medical need) (BSLFRFEL o R A HIHE - (9 %ER 28T
et AT RIRERSNE T Al aRtke: ) CBEERERL) BagR
AEL - FEHEORERE, -

= PR RS TR

() Iz ¥ 45 A% B an A+

WakEE e & 0 (1) B (2) EAREU] HE—H%% (unmet  medical
need) - FEA BN HINEEEH A\ Eay - AFEEE TR AL AEEY
S

(=) IR EY AR ARAR AR > RS 2R

5l



52

;ﬁ.?"‘f‘ %'J¥J? "‘%&@%*“ﬁ}_%‘%

Fy(BZRBERURRENT - R IR A G882 1B HHEH] - EEE
H SRR R ARSI - MRE B B R R R KRR T (A
BT - BN LY RTRG IR ZHE - R I AC ST T DA -
=~ PRI PR 2 T AR IR

B3 2 TR R SE AR AR A T
() RERIR AR BN TR B IR OR R G EGK  MIMR 2 58 H -
EAGHRE > TRFERT R ERIRFEEEEEN2E2.5FT - it
BEARFEREASHME AR R2E - BB RERE 2w AR
MBNAAHE Z AN - 2R EERTE 2 HE A EEE R R
PP AR I SEE]3. 508 - nEINFME ZIRE - B E A SRR
g% > BRI EE e AR R R A -

()RR R R BB R B 2 TR HLAE - DAMEREIEPRAQIOA -

ERERFIHER - SPMTBUFRIERERE - EEIE—E LBl frbg
BRI RURIEOREZSEIRAUE - BUN B BIEA fRIn 2 & # - £15/0
NEEE R EEPRAE W AR SE 23696 » Mt JLBUR R 7 BUR R
BUR S BB STIRfr 2% & - B E AR R ERE MBI Z B - E&(]
B AE R AR - I EIEE IR -

MU~ EAREEETHESHEREATE T SEREREETHE H

PR EERYITH G - (B AT 2R L 2EHE - hEH
AREE R B - TEMARERK A A 2 E M - 5 27 WA
aEEE - HAERA Y ZEE M8 REEEERS -



B-EFEMARRGBLEZER

fh ~ FEHRM ARG 2R

(55— 55 s Bk

FRIZEE AL LIRRRE - W ABREIER b ElE E % - A
IFRE - FHIEEITE  BORUK « IR (GEZN) R2022F %R0
(Connecting the dots: Embedding progress on rare disease into healthcare) [2]F5] *
TCEMNAVEER ) — 1 BTN e et L2 RfE BERLETHE
ffi, - EHEAE - EEITERIVZEH KT - FRERERECERL - 58
TERZEYR N BV AT SO L BR(ERR - AP E 28T - R D B ARG al iy
s NIBIIRAY R AR RE[9] -

TEMEE 2T R - AR ENE N8 - ZAMDHT S84 AR IREE (T AR SIEE R
EXAERR (2HE") - WS REFLAE LB - Bt SEEEHE - 88
B BT SORER - & EH - BLEIERE B R RS - AAMINR - HEWAKRK
& RS (EGSE AR - EA R AR - AEE T A ECE SOE RN
TR - SEEREESRE  Hroain BEIEAIRE - RS SR EE Rt R
EAVIEERLAZ -

R A ORI A TRIERE - A RIAE FAVTOR - B - rEEERA
TR BT IR ~ STemi g R ETHRRE - DUOR A A ENER AT
S ERE - EEk > K 2B TOARIER . THEEEE, 0 THRAS
Bl F=KMAEM - MR AR NMEHR SR EA & - (HHERE e -
ZENR K BRI BN A G BRI A - AN EMERE EERARE - B

‘\”\*@

53



e

Seofsojee 0 m—-——m— - )
P : i HHEEY TPERHEETMNENEN AT VEEE, - TREENYHSENNT VRN, SN,

YEA OB EL
L N T .
= A - Nerues EERIR S
EEERRER ¥
R
o NN Nermasees: B - CcE N EE B | TR SRS
B | BT “ mwmmmww BN EE EEGNNETNG ﬂJ&%wwmw“
| DgEl s | Wb R0 ERBNIAYE | anmumumEny |
e m 86 BOCIH B WS IEF | T | %Mﬁﬁmﬁ !
—— | | BorTumesAE | o BusmoiEas | s |
s | E U | s 4 SERSRR P TIE o
R | SHTATH | - &
HERWRNEY w_ﬂﬁﬁ g 7
| Ew (qq e vv b )i AU HE S | e

P RO W IR HHEETY ¥R WS LT 2B MBI N IS TR B E.

BUER B HEHI TR D) B RHA YN weses
(ETY @) BUEHHNZENY e N  —E

ative Treatment and Drug Reimbursement for Rare Diseases

FREREMARREMGBHESE

Recommendation on Innov:

8
_



B-EFEMARRGBLEZER

~

JFARIEZ ZRe SR - AFBEY - BN AN R EE B BUFARAVIREZEE R M -
HIEBRREMEIEN - 28 - FH - M BHREGERR - BUFEREH
REHEIEE - EFIARTEREIGHIVEAZDER60] -

—  ECRER RGP 2

\

0

(EOREN ) SERIEFRHE A HATH UGN - #iiE - BRIk
BT FERAY Ol EREL ST o Hrp o BN EFERHE R (Health Technology Assessment,
HTA) HHEAEEN R AR SR IR BBUHUE - G2 T &R G AT

A ARG R - KRS SREFRRIRBI2EHE (AFL) RTERA
RN BFERBEREGHE (HTA) ERBERHNEE

HTAZREER HHEREMGTTRENSIHFIEE

HINBEMERNERTRE (BARR) A
HIEEERNERTE @a5RR) °

BIEERIRIE

& (assessment) | IREBIMAEITC

E%BUB’]%%%E@D EZEFENEERE ~ HiE
BEREERRAER  KEELZREBEMC « HE
FEIBGREFRAM (ill]decmon modifierst! ~ different
WTP#2 ~ gidifferent reimbursement rules"3)

TRIE R E Y5 R g
Z 7] LR H S iR 1%
m BE BF # % 48 R
K& (disease-
specificinput) *

%% (appraisal)

BIEHHI4AA (conditional approval) ~ FEIMIAAAIE

BN B&Y (differentformulary listing) ~ REIBITEE HEIRK
AR AT BT R AR R BES 5 o DA R IE R RS EECE - 1F

ZEEZ P LUETTHY - £fEA, B, C,D,E, F, G, H, LK, L - Hfil » KEZIIK - CFF
EIERBTIIEINAMBOTE (A TREEE) - A BIEEK EAREREE
AHE - KEULFE - BTG TAATEERE - SRAUCU N SIEERICE (BT
(EHIE > IREE3R) -

55



56

ERERAMARRRMAHESE

Recommendation on Innovative Treatment and Drug Reimbursement for Rare Diseases

xt - FERRARKEUREZ NS ER

BRSchEEnk

L RER%
RaRREEABER (F17E
B IRRRIAER -

fiI

R B

ERERRENESE (
REE, BESD)
Z FHEESE  HTAER

~ 2R

sSAA

REEITIEFE » RIEFEDTER
P> REERUBRAZFEBREZRA
BTFRFEE (R/AFERETE) o
PIRRREESFRBERNEFANME

LFERE > WHREEERERK
AFEERBEMRARR BINET
HEFRRA > REREIBERAVKR
i ZRRREARRELE o
P = IEMERERAES - R EM
BRAEBRRER -

2HEASFRERE
BEANRERFEMNE
HoTEEM (BRE) ¥
BOHILE (MRBEERER
NETH) AEAFEEM
(MNHTAR) EBBFEME
2w A SRR A BE M
HEAEM; ERTUBERA
R EPMEENTHIBE R
AHBBRBFR KRR #Z
AR SR WA -

BRE
HTABE L

PiERERDZFARENSI o A
BERNRBEREEZNEER
Bz NREEEMRE - £&
JHRKRE o

PR EHE AR > EEERE
BERWEHAAMERABEREL
BT —ERRRKERNATEN
B> EETRE—IRAE2INER
EiE - REEERBRURARR &
BRERS| -

P HTAZ ZE Y5 TR —REEYH
SHEER © IRIRARE  BESRER
HOE  RERMEEENTES -




B-EFEMARRGBLEZER

ELRECEETE AR EE Bl
P 5= R AR RS
ERAENREER - LUEHTRNE
BERN S SRR AREE R -
P R EEE R RO S -
ARSI NE (EIRREE
EETEME) ETRERERE
o = o o WAGFEET
3jrx§Eﬁ*EFE . D E R B E G T « EHE
R TERIEEE) KER N
S S N E FPEvERAIETE R <
S THEREEE P R G R B E
A EEEATEVE $ﬁiﬁ&hﬁ$ﬁiﬁ%7&ﬁ>
4B T E A E A TR -
L e o B BT EER A EE RS
o BT BR > 2 A RERSE
BRURA L2 RS  KERE
R LB IR
g o
b EE R B R TERAR 0 4R
HEEEEER RS THIALH
ERSIEE - DUEIRITEE (25T
HFIRRABE) o
A BREERT (RERNOM &
4 P EEREEE UATEEBGE » A
RERBTHEEOTARES |REE BEIEE -
SRR RE (BAREE |ESEE PrREeERENSERATHE
S HE  BRHREEES 19 o IR AL SRR R o
ETEE -
S AFRTE S EMEDTE
1TEREE
HERTGZRBRINIEF HEEs e S e
iﬁjﬁfgg;ﬁ%gg gﬁi A s S
2 RS ERTE R T
TS B o

57



58

;ﬁ.r %'J¥J? %&ﬁ%.@ﬁﬁf EEE
ment and Drug Reimbursement for Rare Diseases

' TAMREHTAN © B A AR B RRNERER S BE SRR — R E
s TRERNER —RTAEIGEE R - B 2L AERR R AROLE ] -
# E Zsingle arm study * R T - PRGN  FF RO RO RE
o — P A SR AE I AR A B 00 LR » AP SR AE R R R A — AT 0 %
£

~RERMI-RZERREEAZFC HEFIITR

= {EIASH POE LTS
(—)BE PRI TN Y s

AL GRS S (AR - WEERREERAE - 2 (EH A
RS HEREENEEHEE CHENERSREENSEER) @ B2
B GR ~ Bl RARRE SR KE WS Al & el f L FR 5 2 EEMH
H - (EOREFA20RIET « T AEERIRS G TIHE KSR ZETE - RS
SeIRER BRI RGS - WESE E AR R - B mE - BREARE R AR

s RGN THE RO ZETE - FFE - o PR S B R IR T HAR(E
EHH - R ARRERE - BRHHE - BRI SRR B U - (52 - 57218
B NEMERE N EWEAENREESE - EWRREEERE LAVTIEEE
C FrEemuy AL A EE © WrontaPiAE RN TNaREIE | & TR EEE
M, BES - EEENFET  ZEFEHTENEEEH R EZ L 2
PUR S S EE T H s A B R BGHE 2 MR8 R LR " Zn B E R T E
N BEERE R AV E AR - BTG - EEE g R



B-EFEMARRGBLEZER

DR &haey 200 - CEIGEAVEEEH KEHE T A TR AR E s NI
B BUERIEFFRE KB -

' v B SN E B E LM RIS o E R AT EET
N LB R AAARIE G R o BEEL A T R REW O EHEAREFR A

R BREBHZEY SARBAARRTE  BAAERZREAKRY A Y%
RORETHERNE  REHFET - REAT ¥R RFECLLIERGMES -

~REE AR R BB AT HEERER

(=) "HRRZRE) M S EEE RN &R A1

AT amP B EIE H By Sk - BT RIERZ MR T ANl at i 5 BYRTE -
MR EEAAR - BIEZIE B HARILERAT T - 2ERAYHTAR L - FE4EE T
Fife 1 (deliberation) HVEFEM——FBEFs M A EZ RN FEEANEL - 22
PEZ R - LLEUF IV EUAEZ S A amiER (FhmitE e S % E - U
EElamiEERE ) ~ Ut S (HHTAB A (Y & E & s
SGERAIGR )+ WiRHUE A SRR T I AS o - AVE M2 R AR Ty
#7 (multiple criteria decision analysis, MCDA ) - &okn] DI LIEE X EHE
FEHIINRE% B (AEMEMCDA) % o & TEARCHEETOK - BEEERAE
BEEZMET FOEERE ——55 - WS HENEENE - P2
BaltussenE \HYVE EMCDAZTEERE - 41~ /\[61]

B TERXZERS ) EERZER - B e SR E s (8 S R A DI E

59



60

E# E'J¥J?/a‘#$&$24%““1ﬂ§:§

Recommendation o ent and Drug Reimbursement for Rare Dise:

o a5 (lE(E (E0H H AV E MBI © RIEER: > WRFRANIHEF GERLEE
KR TAL) BIG (OFERIEORE M) - (FRERE— ey -

F&\ ~ BEMEMCDAR EUJERE 2 —fI (f&EX BBaltussen et al, 2019)

FGEERY
Rl EEBERE(QALY =X S BHER
LR ED) HMEEE (diseases of the poor) i
A 100 (2A) PYYYS v 1585
B 200 (1) o000 N4 0-145%
C 10 (2B) o0 158
D 200 (1) ® PIFHL

' PRI R AR S s A B AR B - ALE % 2369 8 T S8 ek

EE FRHBRARY  HEERE > HELFIROEE - BRKMEAHZTA
ERARZREERGHIOMOEFT L TR RALEBEETREZBENRF

B KA RIS AREA R BIF A

~FSiE TS BRI BRI REBEEAE

=~ WA B N\ 2

(NI LUE R TR 2 5

B RBEm{EHE - WA EZ AR ATORIE T 28 - £ERAVHTAZHSA > %]
IEFREIES EE " DUm AR T0 o (EREHGHE REFREF - EAFK0E
a0 PUR AR O A BT A VR BE R R ARERK - e ZEERARNE
R & DURBRERI 28 HE MR AT AT fy R E & R EDARAY R -



B-EFEMARRGBLEZER

R AR R GEIB IEZ AT & A et am E (ETH B R R A ST 5w - 200t e
(B (EH H HBT RN e &R T AT R -

REBRERRANSZB L FRG - WRRHE R EZ T & B RS
st - B ARVEEER 58 R sa st it - IR\ vl -

()R 2 BN EE s B0 ~ 167 ~ W A IGEBUG IR A 1 1R

H ATHTHTASRE B A sE i ik = Z AB R G Bl & ligRpion Ad
BHEBINRAEWERE - RESEHRHA @ WA BRE WG H i - sef
AR B R K - IHEEHREK - HEWRE - JaFGMMaER 2K
HLOH » RIE ~ SRS ES - oA E 2 Eivetat - THEZW - WA E
—EIER A - sEFE EHhER T EERIE 7RI HIFTA EE - e E M
FHERHEr 2

D HY - MRS R A S - HEIE A R =AW A R E
5 b o HAAYRRA TR ER AR B Te M HRRSS - MEE S S S EEN RN
NG AE SRS R R(E - BAGEHAEK - & - BiEEtA —FIRA
HSIMERR R ER - EIERRAERS - 0% R/ N EIRAVAHER62] 5 K
Z - TR EREE LU AT 5 A (E AR 8865 « BNEYIG T RIEEEETR (
WMERERERGREERTE) - FEFERENT - BRRAARE RS B
FIEEHBHEAFERR - FREBERESH - BRI EREET - WRFE
o NB Rt P Bom A\ G888 - WA SR EIERZ S i BhAy A T - IR ERY
g

61



62

PRBAURARRRNEAIL

BEsh - HEYREEES I TRAR RO EE o IR R ER R S K B
WABR  GEBRRE  BERFHGZESELFEGETGARESI R TIVE
FEIEIRE M ITHIESE - BRLL - BERRE 5 E]E B HER [ R N BRI A 7R
fa51 - IRHtHTARE - (20rF - EXRFEHE - HEBETGMHEEN2H s
PAR TGRS » WHERA0E F5 E TARD5 1 Bh i B e S5 HAR Fp 2 B U7 0% - el
i EHTARR S © (20rF - BEEHE  LEGETERER ABERGEE - 54
SHET SRV (R ORISR R T B NS - HTABR(I s R EEZ L8~ &
TR EGE I A S - J8E T DU ARl ) R B ENR -

ll

JrFFFF

' "R R MR RO RREBIFFHAGFR - RARFFEE > AR
Fo o KRB B R BIE L RBR IR BB R o At & B R
oy Rk F AR RO R XA S MR RAERORE 0 R R ARER
RIEFZ TG > AN E G TR IR AR K - R G L AE Y B
i o

~HEEAGEERE RS A I

Py ~ ICER Il fiti il

WA - BPEREE RN Emsa AR HICERIY =& ¢
H-1 : decision modifier »
H-2 : different WTP

H-3 : different reimbursement rule °

H-1 : decision modifiersefi5 AN ZE (ECEMERREAR ) BURFRM: - A AMEEREY



B-EFEMARRGBLEZER

(R4S R DN - B GRLLREEA N A AR - AEY
s B HICEREHY B} (5 HICEREK - {278 H A2 4 =1L ACER fy
FEEENT - RIAEMERAEE RN - (] AR E R s -

H-2 : different WTP ( Willingness to pay ; FEITE(E ) EiesTEHKAVICER{ENE -
{EALHETE S BN ARG IVEE (BE) SRR - FA LERIHEAE
EREEERH-1AHZE AR K -

H-3 : different reimbursement rulesf S ICER AT HET » T2 Z R mt L —f%
HEEA ARV TR TR - & RTEBETE A AR -

YNEREE5 B LUCER [ B AR T IR » BIUNEEEEH- 150H-2 - 71 H A A 5
ASICERE FHACER A TRAGINIL T » FEA 17 B — ek SE B 2= 3 2 1T R AR
A - FHHBZ B g BT T A S E RN HEE M « BIEEANL: - oA e
PUCERSERE —RZETESE (ST8E) ZJUE - R ZICERSATE Ryl {6l
WERESETAZ — -

BURRER SRR FIICER A ZEE | —HAFAELLEARFENEE (FIHOEREAR
JFRIEZE » QALY SUAMEIZHIVEE - SESEEH ARSI NHENE » Ml
EL PR S AR S I T AR S R B R IR EE s R I E (19[63]) - HATEE
A LA R e (B S (B S BICERAE S » 15 W EIFEHTA “HEORER SRR /2
ZHNGATESUAN - RREERAERA BRI - A HERE - RREAN
B R EEICERAVES - BA LR N Al RR4E T » M09 7A 5 e EA A 1) 22 S fm 2
SRR - & PRI LU B B S B4 (N ER A E » ICERAVAEZ —TH L.
B EEts EmadgfmaiE (EpERE) NS - Jit - £5FRS

63



64

Recommendation on Innovative Treatment and Drug Reimbursement for Rare Diseases

TEEHRE S RS EEREAGH PR AZEGTNEESE -
BB ERFEG RN (BIRE) HRENTR - AUELEEM ORI

(55 6 Au&ibLER]
soltud L MAEFEGELGA o BALERPE S TR

— BN TR RZER G HUREILRIGERT &l 2 S 15360
I RZE BGINEE « TR  (REEGRFEORGIRFIRVETE RS 5 5F
PRSI A e M S PR A E YRR T e - TR & R R T H B 58
1B R 2K fe i A SRS BB R L s o A Z ik - A
fat -
T BROL TEREE R R TR DVEEEEH o
TR Z B G e i T i R B (E A m — 55w - I S IH H E B - ==
ARZE R g - R E ARG o NS HEGEEE - UHE]
BUfsRE (B > Z9FEA E8) -
= FE L BRREGEHEEA AR — RS RIS - 3 0PE ~ REER AL
-
9~ HEECRAEAAICERME Zat fH 2 A% - skl fe 2 F ol v, — 8 2 ICER
BME * ARTICERILAE R 58Ba1% » tn R HE o Rl 5 & -
ho BURE R EES A RER  BERRE A G UUE R EE » dLFR
Al GBS HIHRZ AT 2 BERE 0 BB AR AR S IENGAER -



B-FEREMARRRLZER

7N~ FERBUNE E R ABHZEW] > S5 8 E H 256 N AL R0 2 A 75 P B e
e o

& BN ER T B 2 U T PR T AR S R R R o SN M 2 B
REH b FUTERIE o DU E SR SR A 1 B B AR5 bl -

Ot RN\ EHZ I > WA RN BRI G

=~ B AR OR Z BEAL R F R 0 M T B R R N S B o AR
NBRFE RN E R -

=~ N R A B WA 2R N R BRG] 0 22 A 1 7 2 DR B R
B ~ HRRZ G RILEGET @R EN S8 8% -

= WA A SRR ZE B G EER R EL — -

P4~ BV AT s @k (R s MR IZRT 5 BRI A
Rt > RA A R ] i N R -

65



66

FREREMARREMGHESE
Recommendation on Innovative Treatment and Drug Reimbursement for Rare Diseases

K& ~ SHmAIRHGHOR IS

(558 55 5 B Pk

BE B ROZ TE BB MERY BT B RS - EBRER R 73 R DU « ZRRUAHF -~ #e

AMAaHRE « U TRERE - @E R ERTE R HEN G R A a
4] o MERHTHIMRNATGFR T/ » TR RZEm R A A S« Z5mR AT A\ B

DEURGERR AN - SIRATE e KAy - NI ATER BR A =ik 6
TRESAENLN— 6 - ISR R E e - DI ASH -

BT GHR Ry e R R 8 6 T sUsi an - B A A RN G PR iR 2 il
i N B D R s i S R AR, - B REE B AR S YA HEE
Fedw MO Z RIFEHHERREEIR - & e S 2 R RRHRGHERTE A 58
B AR T SR R F IRt R S R R I e 7 K e B FE = Y A
M- e HRERETEEED S ERE] - UMD T R AR R TS
PR S LS (IR ) M AEEM S B (EE - FHE B A THY R

— ~ FLH R

FHHAT R R W A A LAE _ETET AT AR eI S e e ke mish - Ba

WfEZ L « BZEH R (compassionate use ) FIF-HAITHETE (early access program,

"TERBAHETR - R BR AR GHAF o

ERBRARBEZIH L HASER




B ~ ZE R Bl A AR SR B

EAP) - REREEG AL MmOl - BE EHTINREE T E - DA
BRI A H CEIZAYTS - S8 A ST SR Il (e M B R AR R
Ay - ZEN AR PRS- R T S E AR - R E B R RIRG®
TSR EREIENRE - EASOBERBETEAPTE > KAMEELHE - £
EAPHYSIBRF BUEE « IBIZE AT » BREEREE Rtk = A a7
% WG RG4S (risk-benefit profile) ; fRIE A (TEEZH B
EER L PR SCHEEITHR | EAPRVARRE S R AI[65] - EAPRHE T 7T & i
RUEE ~ FFETEM - DU - A DR R e an i e ELa e
IR AERRIR BRI 2 O - DR EEY) BT Z AT > JEISEEY)IGHF(65, 66] °

(i51]

FBAE1994F LB E CRRIG A BRI (E IR (ATU) 5HEE$TEAP - ATUHRY
TEREARESEE R - SERERANE - BB & Eisraieg (£
FHE A > fR O S S I & 67] - 20204E12 H 14 FHE AR L &4 20k

(Article 78- La Loi de financement de la sécurité sociale, LFSS ) {5 HazEEHATU
HIREITIEIEL6S, 67] ° FFRAANE L4 BAEATUE B B E RS - B
2%512 ( Accés compassionnel aux médicaments, CAP ) DL K FHAAT FIFSAESTEE (Acces
précoce aux médicaments, EAP) [67] - i NiE 4 RRIEFEORIG HIBNEAPFHEE - & [
AT~ BT Rk AT = (E P BRI B I [65] © EXHITRAYCAP - s 75 g
EEAVEERITHR - WATHASEORAYEAIR P S B ERR R - BERRATU A ERIEI XK

g L 2 E TR (Agence nationale de sécurité du médicament et des produits de santé,

67



68

;ﬁ.r %'J¥J? %&ﬁ%.@ﬁﬁ EEE
ment and Drug Reimbursement for Rare Diseases

ANSM) fEtHHIEE - HTAREAPCU R [THAS R EE - ANSMAIFE &R KRR, 5 ESMR
RAERRIREE - ERBIEAMNENEZEE (TC) HHTARYER KINREG R
BR[67] 5 EAPHAIRIET, Fy—F - [H A DURHAERHEE[65] © LIMEEAP | » R o]
DIEHEE - EfsAE BCEPS A (T ERMNEAPIIRIAYER - Al T K
BIXHEEEYGEHE65,  67] 0 HAERATCNERINE - Alm A AfE1F 1L EHATHY
SRS P 7R HE(65] - EAPHYEIE AR BT S AR (ERIOR(T » 2tk

AR~ BRI NS REFEATEES - o] DUE BTG i 540

$}

( Protocole d’ Utilisation Thérapeutique et de recueil de données, PUT-RD ) [65] °

[FRA]

FAFNE BT EHETIEAP » 55648 /9657 A FRUE DA A R By LT
F (cohort-based early access) SzZHEEMESMEA (off-label use) HYIHE » BEZHA
RO UGRR B A AR E E Y EEY) - A BRI (National Health Service )
BB H65] 5 55326/2003)41F natEF AFIEEE TS (Agenzia Italiana del Farmaco,
ATFA) SZOTEIZ¢R % (National Fund) - &R o B E T P LU= SR
(commercial expenses ) HYJ596 7 - PR BB o i) REVGSESEHEEY) - B oL 4E
VIR G N BCR a R S BRI S B B PN 7 A[65, 66] ©

€32

Foff i NS LUAT R il RIEHEE S5 e i/ NS PRA e MR T RE - JEEIAE2014

FAHMEH e ERIT R 528 | (early access to medicines scheme, EAMS ) » 3B #H5L



B ~ ZE R Bl A AR SR B

BRFVEEY &SR G S AL T S8 R IR E B TS (Medicines and Healthcare Products
Regulatory Agency, MHRA) | -~ BEEERMGEHGEFREN " NICE | I (rbz AL
"NHS | #FE1F - BEAERSIREFRIITEE - HIUSMHRATE TR 2 ma0
SERVEEY) » G IR SEYE UG ETEF AT RIAV I2 2 18(E H 24 - et A
FEy A e B L B EE T S PRI AT AR 2 B S L Rl SV )6 68]

EAMSIHIES » FRCHUSEBEIRIEES (PIM) 500E K gab@ T4 (benefit-risk
balance ) ZIEMHIFIELE R, (scientific opinion, SO) - HEZAEAMSJTZEE S MR AU
EHEFAIAVEEY) - (BN RERR I BV R IE A A DT S BT AT R aR VAL - E 2
HIEE o IELLE M RT3 T HL T2 BB PRI SR AV EEY) Fols ) AT B 58 - HAlh
TFAMEERCEARE - B A EEEETIRMN - BRSO H B E AR
BIE SRR TR K - SR EEANER » b - BB mEmavEEy) « AR
FEHRA A - A A RE BA EAES - JREN ] RE e (R A e R R
i B R E RS | BB BB HEN A RE g i e s iR 8 - &3
THERE A EEI 25k - [68-70] & ¥ S8 AR AUSSLE_E i FF AT - JREUNICER}

=

E\

FEHE R A B ENHSE A - AIIEAMSEFE AL - EAMSHEERAR - M es
RER U SENHSN T B &S - HEESIIEAMS) SR EAVR AL - HE
RERAGRAHE AN A R EERI0R - EEZ e G E ) - BIAINICER
FRHERERRINHSEA] - sa HA LB S whiat & - O &EE MBI E71] -

69



70

FREREMARREMGHESE

iendation on Innovative Treatment and Drug Reimbursement for Rare Diseases

' "RAFAMBOEBEERTREAEROAL RO OHELTERRST -

P
Ke CRABRECTAREM > T8 ARANERERLT  FALG&HIZER

B AT TR ST B e A ey B o

~B RS KFEREEH R BELK

T eI AR A A AL R

S e RREE4EEE AL (advanced therapy medicinal product, ATMP ) JZ#5Z€R MEAAN
HERERH - R RIUA - BRVEH - RRdfUaR - AT RE - 1
EISCEREE § AEERE ) R BRI AR SRR A [64] o T HAmRNAGER 72512 M
#ee  FEEER (ONBRIME - BEN _RBIES) #ET - EEFRAEa
R I - A B RUARRIPEE - 28 S L m AUS L st nlHysE
BRI B ~ JEELELME: © BRRURS « /INRESEEEARHIERREE(72] - £
aRRE MR AEREEE - FEEREER S EHEEEREE - 8L
FEST ~ AUEAHE (73] o FHE - SEEARBLAL I AT AR A e e o ORI R,
IZRFE A IS, - PN S B S b ST - P Bk = AR R AR I AR S R
BB FERF 1 » (R » BERE BT 48 LU (1% (conditional ) BLIERFRIEN
T (under exceptional circumstances ) FYJ7EUZAE([73] » LBAE ST - BERA
TR R B P RE G 2R B - BRI AR G T 7 A TR A
BN LQALY R B BRI B AU R (73] - BBUAHHIE ERFS - ATRESELIER



B ~ ZE R Bl A AR SR B

ST - BOINE - SRR REEGaRE —ENEAtT e oS5 0 AH
th— RSN AR e R RE IR SV il A TR - AIRIBAEA — e 5 —
Bl o el VIR AL E TR T ETTHYARCR - R RIN B R 5 O R R
2 N assR e e RS EE72] -

B AR R A R R IR ba (T EE - BRRRGETETE R 48
VIS RIS RATFT AR A IR - BRI e Rbe (N B BHE (R (ERBHIRE
i ~ RIERETT RS IR LS B R Al ol 2R B S5 AR B S Fr Z P8 R AR
[72] - Sabatini< AF2H A AR A IS L PR - TeT T R ENAR R GG AR
BV TR AR AR - Ok HRIIREE BRIV ISR © IR IR RS
T&#H - BRIRAE - HTARRE KOs EE - SRR R R &
B P 2 Fa] PTRE Y A 5 - DU (e afle R Heg 2 ol B 5 80 T 1 2 Y B 45 SR 72
R4S - A BEER RS (Alliance for Regenerative Medicine, ARM ) i ZLFR (L TE 25 LA
HERHURT - DUES T o] DIt e SRR IR TE S B H A L » FTRE AT Z A i
EVE B DAMEENE T A - sE AR R R BN E - SRR E RS ER
ZIGFR[T4] > Fo T HEOR SR AP 807 N o] UBHS SSI BT A - [RIRFAERT (R

Y AT AT - Gongalves s (R FHR SR A HIlE e % ZEAE G T (EATG
FEZR > JREIAR St B0 KA s & V5 E) » {fl4Thorizon  scanning ~ FHLE {58
B F75] - M HETENGTAREZENEE - eRERFEEME - Fr
AERGETEREGIETS] - mETERANVMEHRE - FREARIEN 4D
o - ERTEREREA A - DU B VA RIS SR B S R AR AR 75] - HT2k
BUFE EEA AT (TR 2

71



FREREMARREMGHESE
Recommendation on Innovative Treatment and Drug Reimbursement for Rare Diseases

- [HEWH - 23— EBE - AIZEYERRIHEEET3, 74] -

o THARTER s 1 EIERRENR AREE B RV E BE 20 - REGHR
Ko B BUERA - P =2 HF[72-74] -

* EAETEN (pay for performance) : REERHVEM] » HAEFIHE VAR
THYER RSB %S - BigRg > e L e E b - HEIRER IEE R g
BEERZGERAOFIL NG 285172, 74,76]

« BFEATZT (bundle payment ) : $t¥—(EIAREAVIREEE - FomaREE
B AERE -2 TR B TAGTHREEMT3, 74] -

- GHEEEEEE T REENES - £ ER RN R ERRE A E— Y
1B AR AR FAE N BRI A s I ME 38 mT RERY BRSPS - AEARHEE MR
FAERIER T - FPR A RIRIaH - DURAEE— 5B piR - EITHRE
A R g T BT KK [72,76] » LA BLTA AT H (e R HEBAYRTI E ( Or S )

( conditional listing )

o STRIMEEEC (Nedflixt#®z0) + DUEHARTBIF RV ENE B & 4Y - IR YA
RIEHE o R T A\ LI R 2888 - I A R THHII THER R 2R 72) -

o DIEEBIPAR - R E R Eopm AR B R A (73] - DI S B He i S
<& (Cancer Drugs Fund ) [74] KB &8Y1EE: (IMF) -

© RrEAE  BUECREREIGE RRAKE - DUBIIHY » BIRAGE T B ERAC B
Y~ HEFFHIA SR AR RS S [73, 74] -

BEAAL BRI EEE A A EE L (real-world evidence, RWE ) #{T >

MEERE FEE AN R T e MG Y B E AR S T R RS - DIBEIRH—3



B ~ ZE R Bl A AR SR B

MEANSE R T RE IR FTRE[64] © Gongalves R SLLIE BV T UER » hk I ERE

i s

JETEHIERIREE RAEIR - WE IR AR Ryl T fR IR R 2 » (R H R

RTINS E 2 EH R A et R TR E AR PREESR[75] -

CHIN: R )|
i @ USSR WA

» HBEISHRA AR T

BRI ARG Z B S B EV N R RS2 50 - DIRECRAE A
FHEBISIREEY 2B - BN RIREEENR AR - HE R ad e e
A AR R R4 - IR " WA AR ST AE ) - IREARK
EES RS, - WS B IRAEEY S (IMF) DUR GBS iENT 885 1SRy
B 2R ATERR I EE 2 I RIS (real-world data, RWD) KE64E
(RWE)  Z#RAE R/E TR » DA AR Al & 2 RWE Ryt R S8 2 75 (R
1% (FRREEEHMRERGN 2 -

» ERAIE R SRR 2 TR

B R 8B E n] AR B A Z MBI E U A TR - (R CRREIHIE)
FAlk  (FranfEEEFIR I HC RAEIEIRE) B4R » BBk (RAEDGHI R
A PR{ER AR F SRR ME - PR E IR T - /2.7 % 5
REHERFEMNZM - 25RIL (F15H) Ay F RS RT3
W2 BB RIS - AR ER A PR 2 IR0 FH S L

73



FREREMARREMGHESE
Recommendation on Innovative Treatment and Drug Reimbursement for Rare Diseases

RZEM - BUESRIE PR R 2 B B ke A BRI A - I
Hh o MRIBZRIREFRIIMRE - IR ERER IR EREES T Z R R
=TSN 7/ ° AIARBNEEE - 15 H i AR Z ST ECU A S RE
SRR RS ZARE) - ) INIEE - FHEE R RS Z R A DU R 1
Fot (1) PR ZZREEHRL - (2) WA ARES - 3) BEERITENEAZ
F o BEAh - AR AT RE 2 IATRARIS A0 T

() ABHE

(=) HABURF R P8 52 38 e 2 AR

(=) REEER R

(1Y) 22 s i 4Rl 2

(T) KI5 4R IR

(N AR TF iR

(b)EERT7 B bR

(V)AL EHHEK

QuttmEEE > F

() HAt PR A P o

B AR AT 25 TE 4 PT L B T EATEAPTE RO LR FTRERS s
ST I3 » TTHES TR TR ECR 2 2 A - R RMR R AE19
e - DASEEEELLHITR - W RS BRI 2 B B
FI% 2 LR - SRR B e 2 -



B ~ ZE R Bl A AR SR B

FEIRABI00R © T o R TR R SRR £S  B I - DTSR R R
PR TH R B R e 2= L pmlbiia T0E - BRI A TIE ~ Wt Rk thiFT ™R
MH o NI - PR EZOWIHER - JRESRBUNT IEIET 22 AW A e i i
il - [FD e B = S SRR SR 4 s A AR A g L - 2B R AR ZE
BRI FE A REAE BUPR A B am S SRR B ALY e - AR RS
SN E Y S8 SR AT S BUR L st A\ SE8 ARl o Ryus 5022 R pm 4E
V2 Wteg > R EEY)VE HE S BB EHEAE - 120185 A0 T sk
FERPIREEY) R AT R R, o REETEE Th R RN SRR A R - (TSR
] R RE AT S i 2 B AL - DAARE| BRIt U7 15 - MR VARG
B ENCRIE S EESRENIEE - IORA RO S SR E AU 2EYIET Al EE - R
RRSHFEFEHIE - NREEREREFXLIE T REE - BEPHERIET =

EAR LAY SRS Z TR RE R - DIFITEh R Sl [E ] - thAh - EIR ML
HFZERIR - EREAFTEERLGLERTRGRE - SRS AR IRIL
s -

"N IANFRIBEBEMENFERAREZBRERGRE

B BT
5B 20174 20185 2019%F 20205 202145 20225

5t
ﬁfﬁf{é@;“ﬁ 323 281 278 295 301 297 1,775

ERER2.7%
PDECLEEZ 2T N 76 75 8.0 8.1 8.0 479
&%

BRRR : EIREREES -

75



76

;ET‘TEU%’T "‘%&ﬁ%*“ﬁ}_%%

3k~ SR
X | TSRO G OAVRNTRY » O RRIR R

— >~ PRI B R MRS R B R R BT S ST ~ AR RER AR -
=~ TEORIECRASHEAR S A PEA 22 N TR - 780 i 22 B S 1k
= EHBAE R (AR T S SRR BREBOR T 5 (i B B TR e o

SCHtal o BN S S B A B 0 AR e\
— ~ BERARIE S 0 AR SR R R o
(—)2019F10 H10HE74EH G EA TGRS RIERBFEEVGE S  KE
LB I 22 R4 B 4 S TR 7 S Y hes
()20214FE12 H 16 HEE 76t & Bl &l " REZE R B8 K RS
AUPRER | AYDRERST - SR EHE AR A R A s AT SO AR
A SR R R 5 RS [ R g ) ) 2 e Al B PR IR A5 Ay AT
T~ 20224F (ERIEERN) BRER-CEITER A CHHMESE Y ¢ TAkey issue is ACCESS *
R GE S RTINS o ) ZRERRHEBIA RPOK I T - TR A
TSP IRGE MR BB 2] o
() RRAZHR R R A A TR B RS A
(5 B HTA TR DARE S 2275 G (B E AR A PR
(BB A BB RIS & - DUEEE R ATERE



(MU)45 T N 2% Sty

el BUBREORFE RN o SRR T

4

~ HEORZE B BGRIE S PN o @ = RS L (—) CANTFEE Z HAK
R () TEMSZRH SRR R 5 (=) AIBHGRERIERE

» TR R TRCR -

() IR EEF L EALE T -

(Z)EFA R AEA - IR -

~ FEREEKIIRIELR 2 UK

F EAE B TR R SRR R ATTE T > SORERRRTE A o

ORI IMAEFEREGR o BHLRRRIEGE R

VAN TR RZE RS WAL RG] Sl 2 S e o

AL TR A LA Yo EEEH o

v B BRRBGHS A AR — R SRR TER > R a0 Kk
e BEPRESRF -

» HIROREAAICERE 2t 2 M08 - skl IR R T e & 2
ICERBA{H °

CBUFERIER BSOS WETRRERG - HERGTE - /0~
B B -

77



78

FERERAMARREMGEHESS
Recommendation on Innovative Treatment and Drug Reimbursement for Rare Dise:

N

for Rare Diseases

FLRIBUNE H R ABIZEW > FHpH 8% B B 216 N AR 0B A i 5 R Bz ]
FERFRE ©

~ BN TR B FUE I SR BRI R B R S R R AT

e

RN SRR BB 25 0 WG RDRBFRHGEEH

— ~ BEPIAA SRR OR 2 REA B R R 0 I A R R A\ 2 B

~ g HL I A e WA 2R N R B SRR S -
» i N TR AN A R R B G B ER R IRIEZ — o
B HEM ARG (N EXERR AN EEETTR) RN

FREE - RA BIRE R T A N R R -

SCHEN ¢ B IRSCR WA

— ~ BREFRATER 2 e EE s o

~ R AR R R RER 2 TR o

() ABHE

() HoAhBORF ER PT35S
(=) SRGE SRR R A

() 2257 el

(T KIS RPIRE



(N AR R
(L) EBR 7 R R
(VANE R £i=F
(JUHAREER > F
() FLA PR S

79



80

FREREMARREMGHESE

Recommendation on Innovative Treatment and Drug Reimbursement for Rare Diseases

Biksa—

D AnET TR

R §hxZ FA3Z
A4R accountability for reasonableness MRS
AADC aromatic L-amino acid decarboxylas BRELREREREEBRSE
ACE Agency for Care Effectiveness FINEE R EHEREREHERL
AIFA Agenzia Italiana del Farmaco Italian Medicines Agency BANELEIER
Agence nationale de sécurité du médicament et des
ANSM produits de santé FEERERLZEEEF
National Agency for Medicines and Health Products Safety
ARM Alliance for Regenerative Medicine BABSHA
mélioration rvice médical ren s o
ASMR T mprovement n sctual oneft ORARA R B2
ATMP advanced therapy medicinal product SRR EER
isation Temporaire d'utilisation _ s
ATU AuTtgrrrlepacEg?yTAutEorization for Use BRI
REEERFMAEtL > 2 —
C2H Center for Outcomes Research and Economic Evaluation R R4S SRR ST R A B ST R 0
for Health
CADTH Canada Agency for Drugs and Technologies in Health INEAE BRI T AE
CAP Acces comp_assionnel aux medicaments Rzt E
compassionate access programme
CDEC Canadian Drug Expert Committee BYEREEE
CDR Common Drug Review HEZEYES
CEE Consumer Engagement and Education B ESEREE
CEESP | O omic and ublc Heth Commitee. - - | EREANGLEEW
[ n . O g o e
CEPS Eeonomic Commitiee for Health Prodcts HARFEREAEAS
A R RBEERESAR o P
Chuikyo Centraql] SgggaT I{riﬂt;ﬁr;%jf/re%dxical?ou ncil FRUBRRERGRE ) TEE
CMO Commonwealth Chief Medical Officer BN RN EEFREES
DAC Drug Advisory Committee IR EREES
DREC Drug Reimbursement Evaluation Committee BREZERZ(THEZEE
DUSC Drug Utilization Sub-Committee BRANAHEREES
EAMS early access to medicines scheme R HITA RS
EAP early access program FHIRRE
EMA European Medicines Agency EOIEIT ]
ESC Economics Sub-Committee KETHEREE S
FDHAC Department of Health and Aged Care BN E b iR
G-BA | Gemeinsame Bundesausschuss Federal Joint Committee EEBIHEEEE
GKV Gesetzliche Krankenlvnesrjlrca:ireu ng Statutory Health SRR
GKV-Spitzenverband
GKV-SV  |German National Association of Statutory Health Insurance EEEEREREESHE
Funds
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FaPAL=Re FAPNSt e : i b S
HIRA Health Insurance Review & Assessment Service REERFRETHER
HSDP Highly Specialised Drugs Program BESEEERE
HST highly specialised technology EEHERRK
HTA health technology assessment BERE G
HTA-CCC Health Technology Asscessme_nt Consumer Consultative BB RSB ES e
ommittee
IFR Individual Funding Request HEERIKE RS
IMF Innovative Medicines Fund Bl RS
Institut national d'excellence en santé et en services
INESSS . ' sociaux _ IENETER 3=z ik n=§: s d==hodin
National Institute of Excellence in Health and Social e
Services
Institut fir Qualitdt und Wirtschaftlichkeit im
QWG Gesundheitswesen 1= B A HR R B B M AE
Institute for Quality and Efficiency in Health Care
LCA Leber's congenital amaurosis RIAREXRMERBE
icle 78- La Loi de financemen Scurité sociale - R
LFSS ricle 8Freancﬁ SdoeciaIaSeCciriti/ Ei(rng rlwacisnechtte e AR EREE
LSDP Life Saving Drug Program MepEimEtE
MAF Medication Assistance Fund IR EYIRENE®
MCDA multiple criteria decision analysis LEARE DI
EL
MHLW Ministry ofHeJe?ltih,ij;%furand Welfare BARESDE
MHRA Medicines and Healthcare Products Regulatory Agency BEYRRREREIER
MOH Ministry of Health =B
HASXE - I~
MOHW Ministry of Health and Welfare FREIGRAE AL
QAL E S - "
NHIS Nationalﬁealthﬁnsurance Service REZRERFRD
NHS National Health Service Bl RIBRRARTS
NICE National Institute for Health and Care Excellence T E 5 i B PR 5 = A ST B
OECD |Organization for Economic Co-operation and Development RBECIFEEEAS
PBAC Pharmaceutical Benefits Advisory Committee BRANEEEEE
PBS Pharmaceutical Benefits Scheme BMNEE AR R AR
pCODR pan-Canadian Oncology Drug Review MEXBEEYHEAEES
pCPA pan-Canadian Pharmaceutical Alliance JZINE AR REERG R
PE pharmacoeconomics evaluation BB ST
PEDU Pharmacoeconomics and Drug Utilization Unit HINIE B A AR Y RE R BE AL
pERC pCODR Expert Review Committee pCODREREFEELZEE
YTBAANEEREBESRAS 2 O Eay -
PMDA Phj;gr#agi&tifajl\sgrﬁul\jle:dfﬁ %gevicmeﬁ%g*fncy AR
PUT-RD protocoled’ utilisation thérapeutique et de recueil de données SR R

protocol for therapeutic use and patient monitoring
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R §hxZ A3z

QALY quality adjusted life year L EmBEREBAF
RDEG Rare Disease Expert Group HINEERRREER/E
RDF Rare Disease Fund INEEREFRES
RIT resource impact team R ETHEERX
RSA risk-sharing agreement elabag: itk

RWD real-world data BEHAE

RWE real-world evidence HEHRDBE

SDL Standard Drug List AR ALY B e
SMA spinal muscular atrophy AR AZELEE
SMR service médical rendu actual benefit BR PR e

SO scientific opinion BEER

TA technology appraisal B EHE

TC Transparency Committee FEFREES

i i i ' Maladie [ "
e e B

WAP weighted average price INHEFIIE
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b TEREREAIREEZ - R R E T R EEE T 78 B SRS R AR IR
MU NICEWE ftE S EERE (HST) SHEZREE - DAMECR TR A= AR A N
AN CTRES B P HEISIRHRE15] - FEHSTRHERES T - NICERTE % EIZ HY
st AR - AR MENTIE2] B UMEEEIRIGIE - R RE(34] - 202251 5T
HRIRGHEER RS S | 5 T8I % B G B N EE A plUe S8 IR AR Takly - REAE
SEVERYSBZEM] - T TR IR PR EAOR - S EE AN ARGEREEE(35, 36]
C BEBITHERRE - FRER - BART BRI A Z TR A IR E#ERY
IRf{E - NICEFy S5 [HY S it B & A1 & B T E 5 BN A S NHSHY
e AR B EERR G AN & EEE35] © Lok - FHE — AR EEYR
PEHERESA VIR ASURIE(E (ICER) S TLR2-3 85587 - HSTRFLIER
Z= L FHEEHICER BB RIME 108 5588 - WA S NEIRIVEBRIIG G ETE
mE R AR (QALY) wZE30LL | » FIIREME 7] DIBE = 2308 5852, 29, 37-39]
© H20174E4 1 HAE » NICEEATHREFZZAE (budget impact test) J77AE » E
s/ R ER (resource impact team, RIT) & {hEt#d T —ARHGEFEMNHSTEF 5
B T S A TIER A 500 - BEARDAA B B £ - (B EHES5 8T - BHEBEK
B  JIREEE - EERIEE - A R ETR R RS S o RITHEHEE

A ANHS{E FIHYEEY AT R = (80 BUE R B el - SR =F P E—4F
HTHE S BB T & L85 - NHSAH Al RE s M (iuE — P oI MRt am([29, 34,
79, » DUBER RIS NHS (i FlsZ S5V TRE 8 - B — e am s R AT s
St - AINHStEA RSt U A E &RV K79, 80]
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GIENHS A E ARG (T aR T E - A EIEREAEN ] LRSI A R A [RNHSE
HERECE S (IFR) [29, 56] @ REE HBILIESTGmEsR (IFR Panel) RFfIGHE
HEVERIEE BN F[56] - BEHANICEM T B SETHITE 2408 H N LB HUS £
EFe] - BIHE R EAE P (15] - HENICEFS B R ANHS A fSE & A3 (E H N
[16] > BUw AREAESEY) L &R BIREIE1S I - ES1 - B ATETIRIAH 48
oo EHSTHE ] - AT EENICER R IZ B AN 85 S (IMF) B (T - [H
R SR AENHS i FH RV tH S SR AR A\ 2 - DUE R H R FEHEEGYIA

NHS/K AGE (T 256122, 23] °

UmEK]

INEERBUR Rt FORG S - IS AE AT (Health Canada) 2484 BURAYIE R
FIRTTIA - &8/ FEEUT IR (R R B IS B E » RIS A FRK
& HETE BRI RS R N E e (T HE - BRIR B IR R G R - $2AE
AL B BRI NSRRI ETE (Medicare) » B HFRUC S TE - SE)AC IS K M
B A B o R R E RS A T EEY)E T (public drug program ) HYUEAS (T -
B A A S AR A SR 2E T (Institut national d'excellence en santé et en services
sociaux, INESSS) K&Efm K BHRRIEGHETEME (CADTH) ZIIEARETHTEES L K
W BB AR - AT ERBRIE Y - HER& A HCADTHERE[ST, 58] ©

HTEE(ECADTHUR 73 Ry R fiE A 4% s IR R E I 2 - i FH 2B IS K R 4E)
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FL[E% A (pan-Canadian Oncology Drug Review, pCODR) JifZ » FHpCODRELZ &
TZE®= (pCODR Expert Review Committee, pERC ) HEFrEE g AR AR AN EE
PR~ SEY)ES TR NR A\ SR AV E (1T R S R85k - ANRIRH AT SRt E
BN e TRV - IFHEE A EERAELE%EY)E L (CDR) il - HEYERZE
S8 (CDEC) £REERSHH K F R - RS BB HYERI40] - —HCADTHEL
INESS# 415k » #5 /v IE A% (positive recommendation ) - 2 fIIE= K HIEER:
8 (pCPA) it — e B BT SR EBH - WBETE A LERETELN
{EF& o BEZACADTH fepCPARDMRFN & 8 Ry &4/ @ T B R R R G EGERE
B&E FETHSEESINEERETERGANZEYIHEST, 58] -

IR 22 s B RN (R — AR BEY) - NS PIAY (B (B SR Ab A -
EEA A LETRE RO EM I FHEEE[57] - CADTHAE201 24 E &SI
/8 R BUR PR 35 2 T P EE - BEARTE — M EEY) R AZ - {ECADTHAE
2013410 H B — 55 R BRI AR A HERNE RI% - DUECDRIRAZY 77 44
YRPR EEYETAL F # ek © CORIUENI T [AEHE « BNEHEZ S EL (engagement ) -
e EiE 05 2 AR, (patient input) R ASBURAE (patient engagement
process ) ° 1F (fREEEFRHLLREETERT) (Guidelines for the Economic Evaluation of
Health Technologies ) $2AtEIFEAT S NERIAY A HREHES | - EEAFRTAY6-12 H 3
BRI R AR S [41] - BRI EELS R AR - AR TR AV
PRERBE S B S HE A BRI EE - BAFEE AR IE R K (unmet medical
need ) HYFFFRIAM. » COECIEA FIREE Il A 451 (reimburse with conditions )

AR © FTai B AR VB R OK - EZEFE —(E57H « 2251 (rarity of condition )
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T A (population ) Feiife= 5 ({A17H40] -
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. SR BRETEYY - SEE BARE
- FEMHBEVNUYEAR (BERENES 2L BEREIESZ )
EREEME  EHARG R - HERE S
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i INE!

B R IRAEAS S B ARIREE - WA DA AR ASHE
> 2 BRI

- BRZHERA R G AR ST R T (A
- BEHEYSIEEYIFEETR > BIFEREAVERRNLLTR -

o)
HEANEMN A & RERORbEETE (Medicare) BB s Bl B 3 s E AL
N (R ORb AR bE N B e R 5 AU R 428 1] » FE &% U1 » Medicarefif ] L2 2 fi {x
SEMAECEMIT VS BN 288 (PBS)  « M8 U BN & St E R 1% - B
A[[EPBSHIEEA (T < B S ERHA T & - eI BB G (TRE £ B
(PBAC) HEfTHEFRE @ /& 4ORRHERZ AE (ESC) MIZEMAHRHERZ A

(DUSC) #¥fi » FHE &S FAE BRI W B2 F R R — S ZHPBACE
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AP B A B S iR IREEE (DHAC) S(E KE(H[24] -

B —RtEEREEHRET  BEESRENGVEY - AIFEEZL
PBACEVH# % - TAERE G HEEEE(LEEMNETE (HSDP) 451[25,26] - ¥f#PBAC
fE4EA APBS ZHTEE - EF G E MR - MAERRE G R Em LS
NPFr— NHJEEFE R, (ultra-rare ) A5 » 5% &% BEE R SGER AI A G e PAA
PBS o &K1 - grg Al A Reap B hnatE (LSDP) P& e HifHE S - &R/ NMH

(LSDP Expert Panel ) iiAH B SEIEEE &0 M FOEUM B G #EE & (Commonwealth
Chief Medical Officer, CMO ) $EtH I EEEME) - Ho/ N MAFHR - 25

AR A RE A S BRIV B S T RS 5 | S R S 4R S e TSRS IR R
A LE R » J9F HA T AU AT © S H B ARG 0 e R s
f ~ s AR A KRB SRR G ERAOB BB,  59] - BRI MR fR it
BEYMERE REE 18 2 LA BRIV SR BN RUR - IS 5N S R s S
[EIPBACH G5 APBS{E ] ; CMOF B H R/ NHEE R M B fEl% - A EfR il i
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B R (R R A s DL B R I L O B B fRE R R B £ 0 Rott & DRl - &2 UGS
JFAE55EE (MHLW) BY LR Al 381R - S5pe o] DR 5 (E AR 7y 35 R R
Bt IIMHLWES | 58 BUS QB R B Ul RAZ (B 2 R 17] » PRbe R B iR
R e SR - R EEER eSS X S RE e R
rITE RV E RS A - IEME R Z R g AR R wm EZE - QA EEY)
HORRFAE » IIRAVLENE « AR S - WINEEETEEAER - LERGEA
Bars - RS EA R R DR L HE - R R AR - SEEFEHSE 2h it
GirbEE R R CEME R e ) K& bR - [N EE b 2 E 2 Bl PR
B th T DURR R A TP B 7R 18] - th i R & s R A sk &5 R A P -
WA A IR SUAR BT ~ EABAVEEE « B H - B E S i RE A YR
b AR 5 R TP B AR R RS R - S Ak - el EEE R - 48
AR AR RS (E2E R R DLOO R By AN - i RN IE90K [ 197 HA
SEAREHEE S BN SR A LIEEY) » A - RIRECAR IR IIRDE
IREFER B RS A EE - B B NBEFERARECEERS  ZREE
ATt~ AR mEE S NEAR  FREMZR - BUStREE EEE (Sakigake
Designation  Scheme ) FEAIRFFELLHIZ(EE  AHALIEEY) - AIDUREIYE EEER
REFEER » WECEBEREGHESFHE - L6 - 8 - AP ERE

Iy
f
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5lEaTER - PR BRI ARG R FZE 5§ & (Special Committee on Cost-
Effectiveness ) BZEFRIH IEERRE - HHINE H AR A BE 77 S EHUS B i 1%y
60KRA (R NEHEIOR ) BIERSIRIRLS (T - PR, - fEHUE it A #E TR
BRI - BNEBEE TR - B REERRIEE - HABUNT R 50
Rt SR L SR (Pharmaceuticals and Medical Device Agency, PMDA ) £ HALIAKHS
FEREIE R E - RACER AR G T E SR - AR 2(20] - 55—
{18 PR 40T T A i o TS R+ B ARSI EA B R %2 R M B R RHY
TEEZ A MIIE - HIETTRRGIRHHE AL (access) HrEBERlE » BT
A R T AV RIE A TR fh R e (R R AN S s 7 AT P S SR B 2 (BT A
MATE R RGN BREY T - e AL KT AT B R R i & [20,21] »
B 44 HPE B L H 201 64 R 158 8 TIA S i e STH B A HET T oI [20] - &CHE3 AR
F > 2018F4 H 1 H ARz A A= H5Ef% (National Institute of Public Health ) %17

(R4S S5 B 4825 510, ((Center for Outcomes Research and Economic Evaluation

for Health, C2H) -~ FHC2HEFE T TRLAS Z2 70 17(20]

HATE201954 RS EZ U sl A an 5Pl T2 - DAEEMIAYIE 5 s B (R
FyBEZERAE  BIANTAL S H S EES0E H B D RAYE[21,42] © BEARARL
T H AR EREZ M - ZR9NAIE BRI AT P 290 [ R A RE F7 48
FE - ARREFEHAANRY - B EEREEY) o Rl g AR RiicE
R - RHECRIR NER AR - ARG Tt B B R SE R IR © R
5 WIEEAMEZ (intractable  diseases) ~ I ~ HIVIERAH 5 BUEHNHE 2
Y o A B E S SRR S HRRR IR - BV RTRER TGRSR (B
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350f83=70) SRERERT RIS - TEERI P iR i 408 K ad T HAR42] - —(HZEPIRE
AR AR RN - AR —RERE - R B G R T
B BRREGEHEERER] - AR T E T B AR, (appraisal) - o
Bt & H AL (EIE H R A B EQALY sH /R /s PAE Y - B0 AT K » &
YESRBEE - A MES R R Z GRS & - IINRIRAFIE - R EX
Rl FEAYIE ARt - ez BAe H O - DUE(ER AR ] LT DLERA 5 T2 4%
R85 EHVZEFAN « R R BB EERY — 80y ~ B R EEER—3 57
FEIEIBH[42] - HAICER(AF REEFTHIZS - FREAEE— i P S R E AR
AE Fy1.515(2] - KogushiZ A #2009 2201 84F H AT A] Y%= R ARy I 4%
oSS - REN A —EgHTERELERTE - NIEERFEERITI
ARG AT - R EG G H B R g A FHEmE21] -

Gt

BRERRSREARERERRREE > MtEkrd > DEREBERRS
(NHIS) BRI NAVERS » $aRTHH ~ SIAIPERE R REBOH ~ REE » B
BAnMEHGOFEE ) WEEERREEER (HIRA) AREREHER
FCERIIIT ~ SRR S S S (A 2 BT BB~ Bt B2 543
20074 LART - EREIHYEEYEHIRERR A E RS (negative listing) » 45K EEE S KIS
SR EARUUHIR RIS (positive listing) » A AU o BRBANVEEYIA RIS S
S o WTEERUS EEET AR - MRS AR AT HIRASES T E0R - HIRA S S HR PR

OB SHEET TR - WA HHIRARYEESLSZ (TP (52 A8 (DREC) HFAEIIAEE
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BEAT43] » DABAREA S i 1 E B = (A% (maximum  price) [44] - HIRAZE T
BELSTHASOBRE - R IB 0 AR R AE N HEE B R S AR EERE
B TR R R IR AU » LR REFMENEERRE - DU &
BIACE - BENEEA RN o HAE gL - HERSREURERN SRS - Al
TRIBEEEOREE (PE) BRSAIBAR G  IT BASSS U e (A [44, 45)
P EEERBORA S A8 - RIS B LR e PR A AR R R T R
SEALEVIIRETIIE (weighted average price, WAP) [44] - EDRECHE R (T - K
NHISEA P45 (H{ERE R (maximum reimbursement price ) [44] 5 FHIEHRYH &
[#74[43] » NHISEG 25 DRECER N R = E - HUGRERIER - S 28 ROk
TENEIEOE S 1F &4 E4H%% (Organization for Economic Co-operation and Development,
OECD) Bz Z (B » MTsR B (EB 44, 45] - 20155 H DU% - F5waps o] LA
P QB WAPHITH - K a] AR SR (EAS B - Horh— i EE T H1 A WAPHY 10
% » SARHHIZE RS % - Btk « AR R PR AL R0 %[44, 45] - QIS
S 9 A RUER - HIDRECIRIZEAMEAIFEK (unmet needs) & » A =fEAlAE

FAREEY) (essential drugs) ~ EAGEPE ~ Elfm 787 (RSA) [44] -

w

A

> BEARGEY) - BB LU A B - A MU - ARG R A
B W ABUIR/ N - ERPHRERERNGGE (PRIFEEEER) - 4617
ERERFTESFE S (A7) BPEER - CEBIREEREE - B &
EE - Bt~ TR RFEAA2, 44, 83]
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FERNEREN - R MBS E AR ER - SR OENTINRE
PELAZR R - RSARSTRIN TR IE I A EEIH RN P e bl - FR IR BERiAsy
TEEH44, 45, 83] - ERIERRIAER - FHERRER AR BRSRE
G WAREFSCR AR RO~ SRR - SO0 AR _EIREEE
FCAN[44,  83] SRS RAE (] CEEEPRSRAEE - s & T T
ST - NHISFERST(LEEY) ) [43] -

> FGPE 1 201545 ABAAAHETT » (EFRIAEMEGS (T SRIG it = B PR a8 5 Ay 52
Yo LU R R RR IR a4 - 2B ATEIR - BE/DFEF = (@B 52 I
[45] > SEATERAFENRRENTESFEE (A7) HIRKEF44, 83] - 201659
it - A ER R PERYEEY) B FE BANHIS %55 | 2 H_EFRAYRSA[45] -

EalHER LR, - R OrfE EEED (Ministty of Health and Welfare,
MOHW ) F{dEH e aEZE 2¢ (National Insurance Policy Deliberation Committee ) %%
AEEF - W FHMOHWALTE K AR(ERS FRR 5 a8 - NHIRER &45(T - BRIk
Yiga (i &8 (Drug Reimbursement Mediation Committee ) FHIMOHW (KIS IEF % EEY)

FIAFEAGEYHE43,45]
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CHimigz]

BRI R A S R BB AR RHIE - MR R IS A B 5 oy B
A~ REE ~ (REgA T RIBUR46] - BEREIEM I SRS HITE & 2 I - FREETO{ERE R
MICRETT 0 - B R EBUTRIRES0 % YA BB RTS - BIEUN#AL (subsidies )
PR EIOEIREEHE (Medisave) - RyiilPE(E N EFREHEIRSE - HERGHT I
N HEE R EH TEN Mo FEARSE - DEERKREERFEREN - F=ET02
{EfREE 2 (MediShield Life) - #2548 5 FRMAL AR SRHIERUR (e FE Orba o3 S 755 T
ber - PROLEEE Ay EEEME e ORI - I E (LS R R RS TH By S e T
il 5 FIUETOR RS (Medifund) -~ 2BUNSRILAERE RS - HLEBIA X
BEUFRHAL - Medisave » MediShield{[57Af )3 A BB E AV A - & HHAHY
BRI ZE M 46, 84] - FTNIHVEEYISG N £ Ry — KRB S — R ERAEEEY S
¥ (Standard Drug List, SDL ) W&l A28 N5 RAmm L fRHIFHEE - fEhifE e
BRI A A50% - ERE  PULABIREE - ABIR AR =75% - 55
YA R BEYIIR Bh A (MAF) FLDAAE(TR{ESDL Y S {EEEY) - FlAEEEEy) % &
(Cancer Drug List) ; 15 tLEEYIRRALRTA K BEE RS B AN - I HETAERR
[EFAMRAE - DIRECREEFIES  fHBIZREE » PURASIERTR A » Bs75%[46] ©

Jr%#

Fy T FHEEEYIRIA © B R EEPR SR DO THIBIASR - BT @450 (MOH)
TE200 1 AE R TT B8 Fs e Z2 %% FH BE A7 ( Pharmacoeconomics and Drug Utilization Unit,
PEDU) SH{TERRHGTS - DURHMERISHL # & TMOHIVEEY A Z BEE (DAC)
» FIPACE R ZE BT LIS R BB EIREEIASR - 1214201 SAE R T B B R
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SFdursy (Agency for Care Effectiveness, ACE ) » [#2F-PEDUASRAYZERS » HIE AHTA
BE AR HEE R A\ IR e R PR A 3 H B A ARG I B 4156 [46]

ACEHTHY BRI S TE BEERA LG - R ADIRUE ~ SRR - JaFAY
HRPRFR K ~ A USSR AT A RS S A F R E RS L RE46, 47] - —H
FREMEE - REFERIB M THITHE BIEE - DUREE R A 2 B A i E L &
7y R R B RERHS  PINTRR R BE R T S - SRR IR A Va5
FBEMEGER - B ABRRFEAE RN RS - FERITRIE47] ; A8
ACEHSZE RPRIM F 88 B RFRIERFL 3 o BEZABRRHY RS 2 HACE#TT > (H
G R r R AR SRR R A AR R 2 - DAEACEMETTER PR R A 28 34T > PR
THE R EEVE46] - ACESERENVERF A% HYTH M) B IR R PR R &85 3698 ~ i AT AR
ERFFRRRFIER » ALLORD T RHEZENNTE SSRGS ERIE
AXDACE %546, 47] - DACTRITA TUIARZ UARAE - BLHER A HIEE PR AR K KRR
Rtk ~ WraBAEEIRAUEA 2 FrEE R A B (BRI E S Al 2 S et
A LUR TSR 46, 47] © IAMEEEITE  SUERMENZE » DU HEAM AT E
T EDACHTENBEEHENZE - flanzER EER RN - EaRENG
NHIFT A RLERT AT REHDACTR Ry e B S BNV EEY)[47] -

- JREREEVIE T — % AR B AE BHWE - IRESEEENE
59 fa KA EENR AN ARG EHERTE

o MRIEAL R SEPREIRSRIES | - JeRREEY IR R e B IREE - H b
HIRE % B AR EE: 5
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o BHETAESHEAALE - JEREECIEN I EEREER (Health Sciences Authority )
BRI BUPRSESE AR BT - WIEMAR BRI & inSEY)E S (Food and Drug
Administration ) 5§ + BLGREHGEEHEARH R TT= ;

o HINE IEERR A G Z BIEEERERE TR (BEIEEEaR)

 HREAHIFEES DR MRS L e R EEY Iy 2 e M R R R -

DACIA AICERB (B AR E EEVE A7 B AR s » IR RICERA AN 2 (L HL
AR TEARE - FTADACIES EEEVIE GV AT ER: - G FRS SR AEEHY
BUREE T £ IR (46, 47] - HEARMEMGEHE IR EBAEERAEAR - B2
BRI E RS BrE RN EA B EHE= Ry - NIEDACE # TR IR
FRie Bt B2y sEE - DAETam sCir e (E E B E & 1E 2RI E S 5 [LAh - I5DAC

G AN E R BT - EREEVERIRESE4T] -

bR T IEH BRI B AG 61 T - MOHAE201947 A Bt & ¥ ho i (it e B A &
(SingHealth Fund) p¥17%%REEKRS (RDF) - &5EHEEFEIFEESIER -
DAt e R E 25 HZR(E s EEEYa - ARBNEIEBUT AL ~ Orbg RIA#54%
B (AIMAF ~ Medifund ) & {5804 EIEGFE FHYH A » RDFIEEEEE TR -
FARDFEA A at¥imavEE - NELERCE R il 1E15:250 96 AV B S - [FIRFBUR
AT A= EE—BCEEAYIRRR - JRRIACRE RN 1T - BUFHHBIIE3IT - IESNBURF
GRIEEHERDFIVEEL ] - LUERATA RIS FCRE YR A o B LL4E) 4
&3 ARDFFEN - [FIHEE HHACEACHITEE K aVh - ACEG AE(RIERIREEHS - HAZ
FRIFRHIGE(TRE ~ ALRAEER - UM - 4LPaRd ~ S5 - 8B R ZEHT A
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HER - MR EMOHFT 52 B AR A= &ls 2 He R S A AT 22 R B 5N
% (RDEG) [47] - RDEGHYIF /EFe BER B AN A BUR RIS RGN 5 BITT
B4 ARDFIEAERSEY TR (LR © AR B 280 M LB A TTRE PR 5 ot
PRGN & H A A Z R e SRS EA Re @48 4% - RDEGFR{ZHHRDFE—

TERREEYIRIBE G RSB RIT[47] - ROFRVEH)E - EHEAAFEEE « &k
BUEHSR LEE AT R R RS - PR T EEASE - W25 ACEKRDEGHIERH
BIATK - DURRDFEERERAF AR E RN N HEE R Z MBI #H(85] » EIMEFR
HEHLAEMT] -

ACETE202 1L HEES B E (CEE) TIER - HENEHA - |
BE RN RS BIACERY TAE - Wi20224F R4 EBIEGHR A LUAE A (survey )
BR ASEEZR (patient journey form) HYJT - FefEREREEER « F5oK - Ry~ BHW1E

JERUEIEIIRFE & - ACEUEIE RAR R N BRsg ACERTRTAY - &4y AACERY
ARSI - DU DACTEMEEY BN ARG th & 2F 5 & - S - CEEERAE
20224 H pRILFE#/INE (Consumer Panel ) R I HE AV ERES -
i [F ACEFIDACIR B A BRI b2 B S Y2 - Bfmem A » IREE - TRF
K RetEpR P R Ut FAE R ACE LA EfREERR[SS]
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