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A rare chance for reform

A new way forward for evaluating medicines for
rare and ultra-rare diseases in England

pwc EH



'] »£?4 ' & -5
5 = \
§

fl52 %% ( Orphan drug ) IERMEEBEFRER ZEY) - ZEERFRERB/IENE
BABIDR 20 BAZER ' BNEEERERABTRERENZ 5 MAER
ERERBETRERENZ 17° - HRERIERER ZEER/ - a5 %
AR BEAE/) MERLSE - BARARKRTHESERAGERAEELX -
UESh - AR S AR A BB RIEL B EEY) - 2 DIFE AR 52 22 7 B IR AN A A & -

_}

MR - HEZKMSHRIIZEZNSERK - HREZEFEZEDIN R
EREER  WEAGSEEMBERE  ENERERINES - Z—FHH  ZE
FTERBEEEUSEEZTENNZZERE - WEBRIRERNE - XA
= PwC HENEBIAEM R IHBE ( Biolndustry Association, BIA ) ¥ 24 BB K (R #2
Z ( National Health Service, NHS ) IR EZEEZ £ R TR ONVBAE NEENS
tHEREEBREER (BEEAERK ) BEEREY  UINASENREEERH
BERIEN ANREUTERBEERUBNETINESHLERE - BAEBEERAS
fE- B TEHETS - UNRIINEE EHERE - MAGLNRS  RESZEY o RE -
S5—FHH EZHEAFPETFERBNRINTEY 2R - WEEm EHEEE NG
BUBMAFLEAUERLZEZMSE  BIEHKBEAEHESNBRERREAFES ZEE -
REBEBRMYBFE (value for money ) HIARF -



s 0 @< » @
KT R BRI

HRE FRERBEABIE B0 E - HR 5N ERERBEERES L - &HEERIN
REERESESPNFERER - STZRBREEJBMBRIEIEHERSET - 5—7H7HE

BIEANEETFEHE  YREESRBEENS  SEREBEBISERTEE FIENaIE -
B 1999 FRUME it (EREANZZ%{%HBI) ( EU Orphan Drug Regulation ) & - BiA

BINEREESLBEERERABERER" NWENHE  HIE 7 SEURMER - 2F4T
10 FEEH - REHEMRY SRERBRNP/NUTEZES - MERMZEY £ - B
M FRESWREFRKAZE R G ZBRRO -

AR R BET S AR AARRE R - M E JBEHLUEERFERERER - KK
WRLEE R - IEAh - INRERR FEFERREBERR - HugtRABHZAINEREIRR -
AREMERER FAREERSE - 4l - BXRERREEFREBHRMIRZ MMM
9% & ( hereditary transthyretin-mediated ATTR amyloidosis, hATTR amyloidosis ) Y
RNAI 2% - MNSZEY)BBE 10 18mE - HERREERIEETS - RaFEE AT AR E
e BR  IREZNRARENKR  BEBEEATZEE -

HINREBEHEYW O Y - BONZEREIEF ( European Medicines Agency, EMA ) &%
TR ENMNERZEBBNA RGNNSO - MERE - thERHEINZEYETE ( Early
Access to Medicines Scheme, EAMS ) R REMER - FRIEHREEXBNEMIRFE
O EAEAREREN LMl EmR - 24N EEMHBNERXHREHHFERERNVEY -
ZBNREESEMAANEREATS  BHEIEMZEBBREP  SEFAZEMEREH
SE7EYOBEZFERZERE - At - BERBNERUEAYNINZEZEE T HERE -
EREERHFESMESTEURNEY)  BOREBLERSENIERL -

1 |RBEIREREEZRUN | S



HHFRER JIEBERBEESFIEENXEHE  BINOUEERZESE - fIES5EW
BEERNML - RENWBERFRERTE  2LLEEZRIGBMNEBRBERBRESNEHE
32 ABUNRETTE  E2REUEEEBERE - AU - 3RS ER - NHS R2R 08
HEEANEEGHE  CEARAUR - BAWE - ERAESERSFETHRSTE  —HEEES
EESEYNRREFISEY  —FTEEESEBEYMARRPERMBEN KRN - BEH
B NHS #ETE & ﬁnﬂEE’Jﬁll%ﬁ%;@”?ﬁ%tﬁﬁnﬁm ( National Institute for Health
and Clinical Excellence, NICE ) ¥~ - TESHEGZMALNRHAE-ERRE  HRIAZRE
¥ {4 ( Multiple Technology Appraisal, MTA ) = « B8 — &4 5% {4 ( Single Technology
Appraisal, STA ) *H8{ 25 E (LR M3 ( Highly Specialised Technology, HST ) % -
R - —AREYRIEIL B AN SR ELE (incremental cost-effectiveness ratio - ICER ) =7
TEHEABEFERERELME (Quality Adjusted Life Year, QALY ) “ T35 20,000-
30,000 #§E > - EENER ILPIEABEAMA NHS 41T - BRBAZ BN 5% R B E R ik
A ICER » SRBIARERIRES TP LR ; AL - 58 2015 F#E NICE &t ¥ 8% R jis %
eH L HST B EETRHS - 1% ICER BHMERRIES A EME QALY 8% 10 &5 ° - mBME
S5 2289 ICER #BHEIER - NICE R5| AT B EAE N ZERFEAZEETIE  &51
RERZNMFESAEE  BR¥ESY  BFEE  EFERRJ|WAE - ERBERSHKRYE
LZZLHHETHREER  BRAETESEREMA NHS 2% -

2 |RENREMES ZRUR | MRS E



EREEHBFEFEZAAEHMZENTARNE  SERLNURTZRHERESEYNE
B - SUERIEARNR— -

x— YRZEIRS T E AT Z A

feEl  ZEm EHEUBETERAREZEWERTRE ; IZEZR2FEREESFER 5000 SEUT - I

EE EIIRERE  HEERESFERKR 3,000 BEAT - Rl ERZZEm £ -

nd  REBEEEUBEKRZEE  OEUHFEZEICERE -

BRISEE BSEREEY)ZEZE T ( Scottish Medicines Consortium, SMC ) A FHBERE RGN BEERKE -
HIMEN=—"FABTWERZEZEE ; FEERNHSNERERKEE - KREREARREEHLE
£ 8p0/\#575® ( Patient and Clinician Engagement, PACE ) -

8% RARREBEREESIRAN RHEFREANER BEEREREEXREZMA - OER
ERRANZIMRERERLEMIIR ZRREERm  RESE#ES -




MAEARESE (COVID-19 ) BFHNEE - FRAMFENIENFSEHEENEKR - R
FEREBEBREHZ G - MDA RREE-—RERENEEEREER - NHS FEH
REERER  FIEENEERE  DEERFEIRNANZNTFRKNEENU - HFRJ|BEER
ERNBERERIBAMNS  8XEIEEREEREMNEREBER - BIEFLUIREE
HNEZITEARE - BREIINZEMBFE RENEE -

@ msREm A KB RFEER ERHIT1

Nusinersen ( Spinraza ) /AEHEAAZEHTE ( Spinal muscular atrophy, SMA )
BRIRNEHREE—BEERNEEHBLCIRNREMER ¥ EEREAZTERANERRE &
EXERHEENAESNRERS  SRNABRDMIAEE - RELEHIT - Nusinersen
=5—E - T Z2EBE—RREE SMAERNZEY) - 1£2017 FEFEMARHREE - AT NICE iR
2018 &£ 8 AZFHhMmEEL - KEEA A REEHBEINRBYEMRANRZE - fFH 7 " A&
EEA L BURTE - ME EMA#EELLLZEYEIEMSE - NICE 1R 2019 &£ 7 BE# %1% Nusinersen -
EEBERBE/NT Biogen B NHS 5] S8 AtHiE ( Management Access Agreements,
MAA) F' 2 1% . NHS B Biogen BT —EMHEFN  RIMAZBNEBRES -
Spinraza FIEEBM AL NERLR ZERRBREE : £—  RZALEREREAENIPERIE (HST
& STA); 5  IRERWRZIRENEGNMERR ; = RZEHNEREERHAR
2 RBARBESTMABRN ICER - S)ABIRMALNMERNER - 5K 7 UEDEEEKURS
s -

4 |REINREmEEZRUN | MRE S



) 220 HP@= ¢ HG

RN LEEERE

433

JR R SRR, e

REENZHEHBEREENMBEERRE  KELIMEBRAER  A2EHEERE © - =H
PwC Rty 6 IRIIREEEAERNBERINE— ; WREBEAIAEERANZS - ¢
MEREEZEFRLER  FAEREERMNE  REEMBERIIAZREMRT -

E— - REIlREEEERE R 2 EERA

S = R =T N 7 B P

WIRFIARE  fsrags  BIERA%ER LAFFBNZE ERINRZEN REHAEF
HEESEm HRIARH SEEX NP BERGEEE 2 HHRUEMIEL ZHEBEE—R

HEERE =Y —HREYRE  RVEEER
xR ERERNTERERE I R RIS/

1. ZRHEBHFHE - REZEY I LM

2. RREHEITRATEREWIINZEY 2% - PR ARNKRESEK

)

3. ERIMREE SR SEN

4. FEERITMAFRBEZZSNEBHRAZER -

5 |REREMEEZRURN | MR EHKE



=HEBEHREE - REEY &K -

MEELNICE FIZ 4L E - FAHBEFANE  BREAURZAEEEHSE - E&i%
Y HEEE SR CDF ( Cancer Drug Fund ) #7' - B BB NHS 552 MAA TES sl -
ZEmiG< COF lRISETWER  £— BN ERBENERZR ZEBREESHEE
afl - B REMRIREIEATRE 2B - WA NICE #:2ZMB R R M ERE - X
=FRBWEBENEYIRY - MEtYHEBEEEZINE  EMEATERBFARERSIFRIIZE
MEEHFEE ( Real World Evidence, RWE ) il BEE Bt R &E ( Real World Data,
RWD ) &5 - BEH#INERE - HIWEREBEUAEERBEEEEE  URFREE 25
HERKIUEE  HEATFEKBREHUHAREBENFZEBEERE - DRBERESEEASBENERNE
Systemic Anti-Cancer Therapy Chemotherapy Dataset ( SACT ) &4l - ZENETEEE
T RABEEERZRN RWD - EERINNERE NHS HEHRSE -

REZEEHETERRImINZEY ZRE - DUPRARNKRESEK -

EEZEERBEYRBENR AR T - ZRIR 7 ABETESIN  BEBEATSHEBEHN
SRENNRRYE - MEEETFRKHIEE B 2R AR R BaET - 5—7E - NICE &
HEENMEREENER X ENIEEEEK ( Evidence Review Group, ERG ) + #11—
NN EERELERE ; 1B - 2RI R EZEENRMTERE - BeEE
BZME - demals /D RIS YRR - MIE R 2E 4 N B2 2 PEERRS - NICE BfR
BRI AR ZE M MR EE - Eoi R ICER BIEEYNKE , KEEREFERERNAEE
BERFRENRENR BREREMESAFNRENRS  GeEBRAEANER &
ENFEMOFESY - WNRTPBARRREFRK -

6 |RECEMES ZRUR | MRS



HARIISREE S AT M -

BN T RHEMBRENRINZEZNR ZEREH - NHS ZEBRESEREYRLIENES
BHLLA) - S 2EMEBLAIRERMENEES % ' ( Voluntary Scheme for Branded
Medicines Pricing and Access, VPAS ) T SPREi e TRMES - FIREUBIIN 52 2257 350 12
HAAREME ISR BRINEMENIRE - EMEMBBERED  ofBRARREERPHEBARL
BRI 7 ARRWESEE - EeRARINREZRREZES O KHEN -

THEERIMAFTRRESESNERRAZER

—RIME - MRABEREAMDERREMNERER - BN XBENSHEENFR
RmAE ; EIL - NICE EIssIREMABALRKXRSENTTE - ZERAKZ LTSNS
RERBREATREL  CPENEEMNFHERR - AFdORERRRE - HEEEL
HHFEARZECEELEAREK MNS  SRBUMEBELFEATSEREE - ZEREER
NERBAZER UZTEEEERRANZERGAETREINEDESE - BANAE
REBEZAEZNFEZERBA  AUEERAKRBENT R KEE - Kol liEEXE
mZ{BE -

I

7 |RENRERES ZRUR | RS



@ MR e A LB RIRAE % RS 2 - Brineura JABEEE 1% ¥ B & oIBR8 E IR

fE ( Neuronal Ceroid Lipofuscinosis type 2, NCL2 )

BRI TEREREI IS —BREMLR AR ABREREERR  TERLER
E5 L BEITENTEZRERNER  ESTE EXMBEERIFEMmRES R - MK
HIESRE - BREFHSIE - Brineura ( Cerliponase alfa ) 2 — @i E/aEEEY) - OiE4E NCL2
BRIRAVRIE - IEERREBRRIESEBITAMBES] - ZEAR 2017 FESZEMETo] - AMTE 2019
F2HETHSTEERERT - NICE 5t EZF AR QALY &R #8538 30 - BHEREZEREERS
ICER #B38EME (10 B8 ) HEEE/\T) BioMarin B)A IR L ZEYEEERPEANMMNE
1 - ELE NICE it 7 A F4TRURE - &4 - NICE 1R 2019 £ 9 H &2 BioMarin 2Z% © MAA
W& - WESHFUIEMABLNIOMEBRED  SelURGIIHENEFET - Bl @R EZE
B AYEMREEZEBENEEZIETHRS -

8 |RENCEMEES ZRUR | MRS



s 0 M@ 4°
i PREEAER BRUHWL

ZIKEAIAA 6,000 £ 7,000 BHEHMERER - HEENSEIKEADN 6%=E 8% - 8
REXN s ERERBEABMAZENSEESA 8- BE 10 £/ - 2IRMBEM L E S
2 - # (Evaluate Pharma) & ° . 2019 £2 KR EHIBA 1,280 BET - ZhiBHE
2019 £ 2024 Fi#¥ L 11.2%MFEESIERERIR - 2| 2024 Fi%ER 2,170 BT -
DIZEBMES - 522217 FDA BHIFTZE PTG EE AR S £ © 2019 Il R 2 REAZ AR E
21 B - (G IEFTELRY 44%0 ; 2020 £ 31 EER THS - HEEZERE Y 58% !
LB T ERERESTFENRRESR K - URIMBEZHIERMEMENERSD -

2EZH 2000 FEIf (FREBLQREYER) £ IREXFELENDAREFRERBA
MEIX - sZOAREI YT ol ZBRHERA 10 F - RBI4AT 10 FhimiRER - 8L
EEEMAREAMANCREY 2R 2 - BF8H - Fmilsm v (FRERME NEDE
FEATARRL) - FIEFREBMINZE ZREMERE 8- M5 el R EY I £5L5]
# - HEIBUFR 2000 FEMEESIERVEMER | st WHBHEERSESHE - RS
FINREMRFTERER - onBUFPHRERN (FRERENRERE MR ERERINE)
Y, BEERRESBANTENR BB AEREN (FREREYERSCEEER)
R AZRERENERECEEEWERE) 12, SHHBARHBESFF o ENNZEY -
HEAREIEMIRLEREYPFE  ERAKTNSERN (FRERENERPHM
R) B Rl RZEERZE e EEDREN (ERERERMEIVE) (2017 F
ZHELAFERERERREERMIIE) 1©-

BR 7RI BRI R RS RRI A - ERBELEABEMINSHEEIN - BEEIFHINT
ZY M REYEEE (BEHRESE ) IR 2018 F5]E "R PEREREY o #H
maan 1 c REMBPNIINZEYRIRE  EXEBIREESABAFEZEMROEN -

NRRBHBRERMETDY - MAE—LTINEBENEX - BEER2019F11HAE /)

9 |RENEEMEES ZRUR | MRS E



R VHEERREMEERE
AE - BEEEXHARSER - EEZEmd RE LM 8-

}
i
#
EE
il
ot
B
ht
=24
=

B WERREBRREE

B (ERERMAREYE) TR BUNEEAS TERZERERRIIGEYZE ;
22020 F 10 ARBIE - BB A S 226 BFERER ~ 115 &7 % ( 2EOHAEEE ) 1° -
ZOERABERBEERTREBESE  MRTEEEMBENZENWFHE  H4FREFEE
MY . EIEE AR AENPERSTHREERAMENREEE 2.

MEZEE NN LZEES®ONIVYDE Bfl - ERaERIEENF RAEREY) - IR 2015 &F
E1S=E FDA ZEEZERSE TFDA ThEERERC - 2016 FEFSEE EMA EhE - 2
BIVESEIE NN & H ARSI 2 BEA20E 2 - IS - EEFR 2011 FiFZZEYERS:
Kl ( B8RS ) 2RRREEFmICERENZESEE Merrimack 25 - BEREBH
B15 3= Baxter A5 fUAR Ipsen 2 EE - JUNENRZZE 2 35 E BRR R R B EVRE 2 -

==0e Nk {0 Hit i aBmEUAMIKIEEENT —RERE TEZXR P1101
EEEM - 8% L - RYETFER P1101 1 2020 &£ 8 BEREFEEEE ( Orphan
Drug Designation, ODD ) - #§AFREERATEEEZ » - IH4h - P1101 E/ 2014 £HIS
EFENREELR - 2021 F£5 H 13 HEEEZD R FDA BEREFRH@GT - BiE LHE
BEZEHSEEALENTSBME - MRABERERMERIESR - 1ET 5=
OBI-999 X 2019 F 8 HJE3=E FDA & THRAR—HI/ _Hialhs - Wik F 12 HEE 7 =H
FDA #ZETIREER 2 - (k2 2021 £ 5 B 13 AR RHEANE - H—HERABRER
IFH - 22 MEMEUEE @ ST R EE R 2

B UBENER R AT EMRHBIEZER - HRAZTROMEE Simitasertib ( CX-4945 )
ARBREEARERMMENESARE  BXE FDA ZERENERDEER  HHEHE
MBLEBEERLHEERE 7 - RORHERSNERERR 2020 F 12 BERR - AT
RIRTZE Antroquinonol ( HOCENA ) #iiRRigEREE - SESERE FDA EEE EMA 128
NS EEEE 4 - Rl E _HAR R BR EfE 2R - FE88 - QEZEZPOETP - FEET 2021

10 [HEARERREZBUR | FEOREHE



FRMNE 2 ARZERTHE—BREERAR  BR4ERN 2021 £ 4 BE# -
Antroquinonol i SEHRMFEN _PREADBERAEZEEABEEN - BREFMOE
FDA BRIl R 2228 W O BRER IR M PR 22 4% 2° -

12020 FE2S5  ENESENWRBZT FBEXRHEZAURR - VASHE - &E
Rl SMEREEN S RMBENER - 3—7hH - IMEERILZIUERFTE KN’
R Mol -  HRBIREZEERECR - SEEHERE BERACHESE

ERZmVFERE  TREBEPEZH ZANRERD VY - REHEHNEEEEZEY M
REREAE HE)REN ICERBEFRSZHE - RollREm LHIRE - MABNTRE -
AIEMEEIREZREE -

HERAZENEEHEE S  ZRFERXHENTIHEHEEEBIORER - EERIITMNITEE
N-HREEEEMNS  ENRENEBRRE L & XTEBEIMIZE LR ONE

NEZEmizaks  BUYABATS - ZBHEIMER (Off-Label Use ) IRX M FEE
ESEE - ERNRENFHRZEHEHE  FEERABBEPERBEIRBEEEENER K
M EME - SMERERETHNENR  BERISRETEHRE BB - TR TEE
ZImARERER - 3~ H  EELERAEBEEFEE  SEFREmBEN EHarM -
5 - BEREFRAZERE  KEMAEZERRERESHERGRAZER - FEEREYHAIA
BREBRZEZZEMUEA - BN INFEEEEENNRER  BRB[EMLZTA

oo
ATA

11 |ZEIRERBEZRURN | IAEKE



PyaE

i— - BERER (Ultra-rare diseases ) : BN EEZBERERARITERERAES Z—Z2FR
BRAE : “REGULATION (EU) No 536/2014 OF THE EUROPEAN PARLIAMENT AND OF THE COUNCIL of 16

April 2014 on clinical trials on medicinal products for human use, and repealing Directive 2001/20/ EC”, May 28, 2020.
http://eur-lex.europa.eu/legal-content/EN/TXT/ PDF/?uri=CELEX:32014R0536&qid=1421232837997&from=EN

H- EEExREEARBREEMF IR ( National Institute for Health and Clinical Excellence,
NICE ) : B{IZ/R 1999 £ - NICE IREBIRIEBUFEBFI A /A AHE ( Non-departmental public body )
BN NHS & BRI FF AR AR B R AT - WEITHBEAGRTS - eS| - BHEMRIENE
B

BRRER . ERBEERATH 5498 "HEEXBRERBEOMARNEZERE S, - 2014F 11854H -
https://www.cde.org.tw/Content/Files/Knowledge/63cf184f-2cla-413b-a76d-c1b4c0951286.pdf
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Ht - £EEREREEGE (Quality Adjusted Life Year, QALY ) : REYAEEESTRERE
SERIEE -

ERIRIE : PwC Bioindustry Association, “A rare chance for reform”, Nov 1, 2020.
https://www.bioindustry.org/uploads/assets/875ae91a-1583-4544-9f5d3ca9bfe696b7/A-Rare-Chance-for-Reform.pdf


http://eur-lex.europa.eu/legal-content/EN/TXT/%20PDF/?uri=CELEX:32014R0536&qid=1421232837997&from=EN
https://www.cde.org.tw/Content/Files/Knowledge/63cf184f-2c1a-413b-a76d-c1b4c0951286.pdf
https://report.nat.gov.tw/ReportFront/ReportDetail/detail?sysId=C10101256
https://www.nice.org.uk/about/what-we-do/our-programmes/nice-guidance/nice-technology-appraisal-guidance
http://www.zgykdxxb.cn/jcpu/article/abstract/20190116
https://www.bioindustry.org/uploads/assets/875ae91a-1583-4544-9f5d3ca9bfe696b7/A-Rare-Chance-for-Reform.pdf
https://www.bioindustry.org/uploads/assets/875ae91a-1583-4544-9f5d3ca9bfe696b7/A-Rare-Chance-for-Reform.pdf

)\ - EEEARE ( Managed Access Agreements, MAA ) : B—BERGRNENHE  BESH
sy e fiE BB IR BV 7 B2 - 22 MAA & - M EERAENIT - ME—KREHHEARRE
A - BRI ERRINVER IR ZEE R -

ERIRIR : YHEC, “Managed Access Agreement”.
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