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RIEEAEBRENEE (Aliance for Regenerative Medicine, ARM) HY
et BIE 2022 FEREZAE TR 23 EREREE®D

(Advanced Therapeutic Medicinal Product, ATMP) FtA& 7 1&#I
BERREETIE o | HERY 0 EEIEmEYEIEE (FDA) #ZER 31
BEm > 28 2 EEER IS ESHEERE  *BUNERNEE
WRIRT » BEELFARLEMRE R EAEREE B M
o 2R > ERRENTAF REUNEBRBERR DM > 2
DU3EA Strimvelis & Glybera 55 888 AHEEAE KA (Celland
Gene Therapy, CGT) ° IE4h » BN E BRI FME (Health
Technology Assessment, HTA) % £ CGT HHEm/AES 2K
SABESHRERBEEMRIVES] > ERAIFTREHEUFEE
ELEITEEMNGERK o °

CGT #EREF AR RN » HEM A ACRRIZ EN A ERER
FEEAT o RN ERBEREERARSEREAVNIEEE
TERkiEME > M ERERAROLERE - Bt > BRNENE
RRENBEES KA BRG] » LURSRERISE
WAV R KL > AR REIR B R ES R A TSRV RIFFEIL -

A EHEB R 1) IRITAVEHE 5 A B2 AN el TR » LACK
= CCTHRZERE » & 2) EREENFZUWAEREIRITAIHTA
MAZUEIEART) o THEDHRAENBENZMNEH (value-
based contracts, VBC) » MU MHFE CGT B BEE /R F)7E VBCs
EHRIPLE ©
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http://alliancerm.org/wp-content/uploads/2022/09/ARM-H1-2022-R12.pdf
https://citeline.informa.com/drugs/results?qId=700f4d13-09fa-4fd4-b508-29f714ba69bb
https://onlinelibrary.wiley.com/doi/full/10.1111/hae.13489
https://www.embopress.org/doi/full/10.15252/embr.202256661

PR RHSGEHE BB

BUNB B EM AR IEEME HTA JEETHRIRER
AL HTA LR RIFARIAN A m ¢ BRI EEF 2B
BIZR - LHEENWEZEAKS - 52 CGT Z2F5B
BEAKRS AR —REFEETIHE » ° BEaEXS
EBRREMRE RPERNN@EE R BEE
mm LD EESS - 2R Z HREN BHE REHE
HNFTER © °AE - HTAB B GIRGICGTRETEZER »
MFERAI &M (affordability) > TETERZRAAT 2 HIE
IESEREIRT o

HTA R E =4 T EIEMGRIFT RN ARIE R X
EEBRRT EABRASS MESIHERE > AR
BB AR BRI AN e S BERE A T 2 o
T ERREN BRI HBUN SRR A
sHEAUE » BB CGT BVE R BEEUR AR R SHEZEIERICK
BHm > UEFREXRWN COT e RFHMREAERANEE -
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https://link.springer.com/article/10.1007/s40273-020-00956-w
https://www.ncbi.nlm.nih.gov/pmc/articles/PMC8592603/
https://link.springer.com/article/10.1007/s10198-022-01484-4

LRI R AG 2R R

KEBHD HTA RIREBERIEIR T FRIPMEETEGEEREREALE (quality-adiusted life year,
QALY) BIRLZS o 2R > 6/ QALY 2LREMHEEE BB > AIIAERES LERNES
MAESERE (quality of life) BEAEFEREIE - FILAERS OEEERARITSHE QALY BIZX
EREMELESOERNEER/) - BENBETHEFEEERE  RAMFIsEn
FHIERETIEE QALY IRARZERFEBERISHIR o

HE HTA BEBA TR HINERGIEFEMFRA T Z SEREENAE R ENPIE
FEZE (threshold modifiers) o HEIRY HTA F B %R — B 8 B B IR & = b 3 be
(NICE) EFHMEAZMIERBREEE(LEELH - 2% 2019 FERBEBERITRAER
ER£E 2 QALY BI4BYI1B5L (absolute shortfall) &IBELEA] (proportional shortfall) © & £&
BIFRER > REAEZEA I LB EL A B Y B B B IV B AN i e PR A T B S ©

ItEFh > 2IRE HTA ABBH BRI IRENEB B2 MR B R A BRI AN & A B
i o PwC thERER S| SERTA B RARHS STHE 2SR IR H2K » 41 ISPOR Value Flower Reth 4
H4EM (WHO) #EBY One Health #E& o BB ERIAZ RIERMAFER » ER
B HTA B S BEMRZ RSN BB R KRR Z RIEE R R HME A AE I s R FIaERA o
7 HTA S BHREIBeNEER b A ARB R CGT BIRIRTTRAME D5 7450
TEREEBEMNEIE - #F2M CGT BANEAREE HTA » REMZIRITHTEZEEN
ERCHEEAEE » AEATERAR QALY LUUMEABE B AR EEAE ASkE >

(R
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https://www.ohe.org/news/nice%E2%80%99s-severity-modifier-step-right-direction-still-long-way-go

H B R A S B R R AR (B

STE R PR ZOSEVEN XL EERERRIRE (ADRD) RIFUEARE CGT > BMERASEN
BRI ABENERERENERRENEE » LIEHABUNMKE QALY AARFHMEmAIZR
BIREFAEEREiNBEREAMBEAMEHRNGE » NMEELEENRATIESH
TENEZE - fIU > RESERGRERNEEREES UESHNLAIRER et g
ROBEHAIBERYRE » EMMNEIY 80 i - BER L > FMAGEIVERBREIZEY)
BERTERSEE QALY S B SBERIANRELE -

R EERE

3T 2 BRI HTA BB (i ¥ 9> B AR AN 2245 BB S ERY Bluebird Bio » 2 ARIERZBEE
BRI ERERE L » b Zynteglo & Skysona MiIEE A EEDE L HEEUMN HTA B
AR LTI 2021 SEHBEBUN™IS o

Bluebird Bio B Zynteglo RI{EESZ (& FEAIEF]EREAN - RERER HTA BB
ARBHNEBE RS HMIEARHRA o © FEERTEHEITIEEBEUE > QALY JABB
HEIRFTEATEAEE 35% @ FILEERE HTA BEEL ZIN IEEES] ' ZIN 2R
LtE#H ¥ Zynteglo IR HER BB FERAVE(TIE] © * Bluebird Bio TEFRsAE A B HIAHE
N ERR A BEEMTEEBHANER > ERZATARRBHBUNGE VEEERT
18 o

BFIE A AU AR E AR ZHIREASE: > 40 2017 FEVSEE FDA S B ERE
E—FREERY Kymriah o ¢ SEEE(EAIILSBIRITER - RIFER AN e TR IR AIFT AV TBIE S > 1Y
TEEE 32 BEUTH I EBE AFERAEHRNMEEIE - SHESRIRHEGEEESIEXR
L QALY FUHFEBIR IR & HTA SREFIE o B9b » 3R EiiR—LE CGT A 7 Bt
BERANTRZ » UFERE HTA o “ FZERNEAFI AR EmE R BYCEI TR T > 8
EREVEEFREEEFEASKENEEERBE (RWE) BERA » 4 AERER HTA Buq
FHEMREIE - ERBENEINERMRSE HTA WAENERE MHRIRIBRRERER
BURms] > A 2RIFEF B FHEEBIVREE o ALt > R BENFAERIIRERE
BERBBEETBNSE > FNR FEERRERSABREEMN o ERBENTEN
BIE A (TR BB (I G498 Etsa A _ & RWE 91 » THERAF]
EEEENAZ I TAE ] ©
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https://www.businesswire.com/news/home/20210809005334/en/bluebird-bio-Reports-Second-Quarter-Financial-Results-and-Provides-Operational-Update
10.%09https:/scrip.pharmaintelligence.informa.com/SC144381/Lessons-From-Bluebird-Bio-How-To-Launch-Advanced-Therapies-in-Germany
11.%09https:/www.zorginstituutnederland.nl/publicaties/adviezen/2021/07/21/pakketadvies-sluisgeneesmiddel-betibeglogene-autotemcel-zynteglo
12.%09https:/pink.pharmaintelligence.informa.com/PS144717/Dutch-HTA-Body-Hits-Out-At-Bluebirds-Zynteglo-Pricing
13.%09https:/www.pennmedicine.org/news/news-releases/2022/may/penn-medicine-developed-car-t-cell-therapy-wins-third-fda-approval#:~:text=Kymriah%20became%20the%20first%20CAR,types%20of%20lymphoma%20in%202018
https://www.ncbi.nlm.nih.gov/pmc/articles/PMC7006635/

AR b 2 RRTR HTA 5%

A EIFRIR S

€ ENRHEZRE T —IBEE KA (harmonize) BUNETHIZAVERER HTA
W2 HEZEE ATMP W& B R sTEEG (Jomt clinical assessment,
JCA) > 5t2I7E 2025 FRE CGT MIEIEEEY) » BREEER 2028 F41AT
FRELR; 2030 EAMA HBRERE M o EUnetHTA BAIEERZELERE RN
iR BT EREBAMEREERKIE S NENRFRE o« —E&KFAEM
B9 HTA RAZSESMN AN SR Z K ENREU BN E R MDA FEHEE
ESN » BRI BERMBEEERSTR JCA ZBEBIRERERDTLUmES B4t
TR AIEEEDNEXLERBEMBNERERK o ° EREE HTA BAE
F NSRRI REEAR R E R BEN B R REZNEARKLIIAR °

| GafbEmEEEE

&/ HTA BIIE AR AREARDT B RZBRRMPEDERSER » 17

HART S IR BRI EmR AT B BE LB AP ER © 512 HTA BB

BREMEEHERE LRI TIERRE - SIS ARISEE ~ Ea

MmdiHE (MEA) REGMBFTGE o ° LitpELE TIFRIZ# TGRS

BEE—RERE > BIRLAEELR -ERREATNETEABKAEY
HORREARMEN ERREREI N EE/[E -

WEEMME B RS EERERBRAME SN RWE 321 > B4R
RENEEEHENERMHN B8R o SMTHEEKE (WERK
ARAIEEE  RABBTE R TERFNER) MRZFE AT &R
X EFABRZR LEEBEITER o AWM ° Yescarta 484 BT ER
PR—HR%R = F RWE pRINFRFRZLEE RV 75808 RWE S B ELINRERRK
P25 R EVEE R BSA2AY o ARINAY RWE SRRR &R 45 E thiIg M & RA 4
FRUBEM BN AN mEBE RBEBmHIIFEXK o

@ SHhEEEE
BIR CGT LtERaEEEEEZNEBEHERRENTMS 2 EAHK

gl - ISPOR & WHO 1St T2 L BB ENEIRBERHZ EIER » B8
EEBATLNAERFNR - BERBHENHRERERRMNERTEETH
REEE HTA RELEKREEBEEENHEI o IS ERRERTRENE
B HTA EEEMUNHENNEX > BEERSE %ﬁ)““%%*ﬂﬁﬁEUIVE’
PIREFHARAESRE EHRER > HELRKINTENENEREE -
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-
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https://www.ema.europa.eu/en/documents/presentation/new-hta-regulation-key-elements-next-steps-flora-giorgio_en.pdf
https://www.valueinhealthjournal.com/article/S1098-3015(20)32060-X/fulltext#relatedArticles
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ASCHTHEBIREY T ATMP 7EBUIN S HEH HTA SR E 7 A REVI B BT ERREpVR & - 3 F
RGBS ATMP R BB M RAEERBAI G IR RERBENGNEH (VBC)
Bite

Bt ZF2EZRFELA EH— CAR-T MMERUE —s6E AR Kymriah » BEmME 2018 F&

EMA #%7] £ > ERF5eal) = SRR AR el S B8R A A WUV R Z IR AR A IR - EFEUG(

RN E  EEEVBIRMERINLMBIEERAZE HTA BURREANENE o seEEBUMNE
B LRI —FERERN » KBS ERSIKREUERR R RN E SN - (RE—) 7

El—  FE4E{I555E Kymriah B EREBIFRIEH).

EEe
L5 'i P 2N
2 % CED » HTA {ki558
R CED > SREE ShIHCER TR SR > 18
TEEREETE HAEEN St ENEES
#B (rebate) #A1RBA
i

EE O

LB HE AL 3% CED » G4
BRI BN AEEAZE x5 0O .
= (B T HTA BE

% CED » LU
SHEMD LT RS BEER
el > WEAEE l‘LI‘M%}%ﬁmm

YIRES TE4A1T PR

HTA= Health Technology Assessment > B&FERHL 5T
CED = Coverage with Evidence Development » 52— @A H#HE K] B L LA TR NBREBREHNGENTEL °
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https://pharmaintelligence.informa.com/resources/product-content/competitive-strategies-critical-as-ema-decides-on-kymriah-and-yescartae-content-insights-page
https://www.biospace.com/article/novartis-car-t-reimbursement-strategy-finds-sweet-spot-between-value-and-price/

AN B BRI T E AR A RENINENE  (pay-for-performance agreement) >
BEHBGRG E AT RER FEENRARSEE 0 BT EEEKENGERAERZ1H
% o P EBIREBNEE T HENE SN 0 BERAFRI AR AAEE > IERE
FiaE 6 BAK 12 BAMEREEZENTEEHRKAEREES BRFANER - P HERR
2015 F > FAFRERA THEEHEF A TREARE VBC » EFHENZAFBEIRE S FEH
FAFABRER FNERRA (HERREATTHE » BERRETEIE) REEMEDR
HEMHRERE ¥

-

Kymriah #JFB VBC 7B ES CGT AT 2ESRE M » I IEZX R E VBC HER
RKEETENRBT > AXRYENGHH T 2N MBEAEE » BUNERZEREETR
BYFT R B o

VBC & FH E ]

R ERNBENT RS NEZEETRANEN (8) S5HENWE > BRIZER
BRIV EREEZENESEBRBNRNIBOIKRE » BEERAIXHNERAMERRE
TR EYENRR RN HIRR G S E R B G REE A HESEERS - BRI
g0 CGT EEMRTEE » BERRIATEEBRMN LB NEERE R D RFNGER &
BREATREESHMBEE

7 7R E 1t R e BB ERIERABIERR 0 VBC BAAEARREBIAIR TR

BEBRUESBENHEIENE  BRERGIHSTHNIERKBEEBHRPHER
FIRMHEBENEBESSE » B FAREEE T TENGNEEE RSB EERNEE -
REBD VBC BENMBHEI RN MERST » U RIS SUBRRBI T HEE L o B
FR G BEREF]BRGN » INEBERZMERLRIESFIRENRYEREG
NEERIERE -

B RAEN M B REN TGN RO EAREN 2 TREFZ2FBAFRES
RWHHEE (CETEERFEREROFED) - ERREEXRUREERUEBER
POBBERIRE - EXEHRNERENRUNGMHRDAIRE > BURARBERY
BBEE o IRIRAE > BUNBERTARET 80%8 R D #i7EB IR AN MR © »° 1%
L FER BIR AR A WERRE « B2 SRR REFME R IR MIIERE K18 $a17 %8R
THIFEES » BEENEHENFRUNGIHRRETABRA o >
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https://remapconsulting.com/gene-therapy-atmps/access-outcomes-novel-approaches/#:~:text=The%20launch%20of%20Kymriah%20in,an%20agreed%20time%20frame4
https://www.tandfonline.com/doi/pdf/10.1080/20016689.2020.1715536?needAccess=true&role=buttonhttps://www.tandfonline.com/doi/pdf/10.1080/20016689.2020.1715536?needAccess=true&role=button
https://www.frontiersin.org/articles/10.3389/fphar.2021.699466/full
https://www.oecd-ilibrary.org/docserver/6e5e4c0f-en.pdf?expires=1679517984&id=id&accname=guest&checksum=8309DD2E8CC502DC83B560F0CAEC4CB1
https://www.pharmaceutical-technology.com/pricing-and-market-access/risk-sharing-agree-ments/#:~:text=Risk%2Dsharing%20agreements%20grow%20at%20a%20rate%20of%2024%25&text=Notably%2C%202022%20saw%20the%20greatest,approved%20and%20priced%20at%20%24475%2C000.
https://www.statnews.com/wp-content/uploads/2017/03/PhRMA_ValueBased_MemberService_R23.pdf

#F) VBC N FEEE R * &

ERBENGMNEH > LHEERRUNHE @ £HE  BEANSRS E2REM
RY o FERA R A LRI DR =K4E

1. SRERZERERE

ERMENTFEB VBC REZ2HEEARENBRE ~ fBEROMN > 1G0T HE
BHEREANESHIARP AT ROERE o 2402650 > FEEHEE
VBC #HRNEZEERE > AREREXRSTEHEESE  EMBIEEERR
MEFRENZESHEEIFEEEN - AREGEEAPIREHE S ENE
ERBIRICEE  BREFTEATAFRME LHBEERIRR © 15
AN RR R R SE = B RRF RIS E £ RVERINEE R AR ©

2. BAF5 B

B F B RIE AT B R B S B EE R 8 » BRI A
IS (R - (A A BERERERERNVEEITNEES CUENEE)
DI E > BETERERUEATERFOER o HERNEATIRR -
BRI BB A SRR A SR RRE 2 thEUEs 12 BENATMEE
) © REHEARER - SEABRENEERERDEY  MOESH
SHENBIRE > ATBNAEEEENEIMTBME -7 ik A
24 VBC HABADENMERRE (UEESRALE 2-3 E£R) B
ta NS BRI BB R AL BEEE CGT WA ARERY
BEFEEANEL (OELANTIEYS)  BENEFRIENRARD
BEEZ W - 2 AR AEE ENHE T EREZ AT RENERE
FEEHIE B MM BA R ES A S TS RSB AR o
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https://www.ncbi.nlm.nih.gov/pmc/articles/PMC8567951/
https://www.tandfonline.com/doi/full/10.1080/20016689.2019.1573164
https://alliancerm.org/wp-content/uploads/2018/05/JMCMArm.pdf
https://www.frontiersin.org/articles/10.3389/fphar.2020.594446/full

3. EERR

SFLERBEBNTRT > VBC BRINEAHZEERE - BEATMESD
TERENTIE LR > FEHSMAEN T ERERZRELZER  ©° 55724
BNENERAREENNRE « ENMERRBIHA DA TERRE
I B R EM (interoperability) fE o At > BIUBERBIFEESCERES
EERMERSHEENNI N E o B BN ERBEFEMEAEE > X
HIEERHERRENT]AE > AMEMABMBRITHEE  *© SFEHE
EIERRE R BIRWEREENEZ » HEENEREAREZENER VBC B
BE | 244250 - EEAE AT bluebird bio FEITHIEHESE (B EHER
B Skysona FFFERAERFEBIANIES  RASEEHRTEMIERE
ERBRNEEGEERGRE TH AR R E R EEHEET o ©
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https://www.cellandgene.com/doc/the-promise-of-outcomes-based-agreements-for-cell-gene-therapies-0001
https://www.cellandgene.com/doc/the-promise-of-outcomes-based-agreements-for-cell-gene-therapies-0001
https://www.fiercepharma.com/pharma/3m-gene-therapy-bluebird-breaks-own-record-fda-approval-skysona

VBC RAR

HIAFEEE A VBC HFERRADER » RANENERERES £
RN TR IRA BRI EE] 2 B > AAENEINAE/ER
BB 3 LB REER > ML BENOECEBRERITER
ABRUBERAFONSZE  BHIZRER - BEIENIEIRM R EME T
EE A2 BRVHTEE Cablivi fz Xalkori #EHBIFTEIREES] » ZHE=7
FETEYERINERMEE > LUBLD VBC Sias (V& REERBITTE L
TEEE o 525

SN » MFEREFRAE VBC HERIRESMERREEXNREEREE
EEMPREA VBC KIBMEITTHE - BAENBRIER A RERENE
BHREE > BEEIRENEFRE > ALESRERGEEIEL Y
MELEBEREN - UBHITEYERMER » wiE B 1
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https://www.drugchannels.net/2022/05/its-time-to-put-innovative-contracts.html
https://www.drugchannels.net/2022/05/its-time-to-put-innovative-contracts.html
https://www.pharmaceutical-technology.com/news/sanofi-offers-refunds-for-cablivi-in-novel-model-for-rebates/#catfish
https://pubmed.ncbi.nlm.nih.gov/36401303/

AEFZEANBAIMEER M 25 > IERERRNEAT BEEERMRARIFAIS
fF#7% > PwC S UNRIAIHE A VBC BRI IO AITEIZRE:

ENMEEEE
ZT__ EREEN\TETSIRMEEEMECRERIIERBESRE » A1

RWE Rt EFPIRER ME TS H ERH A SRR AN AIRR
iR - RETHBEEMRAE—RERNERE (BER) &KX
iR VBC BB B IIIER o

>

TRz (TEEY

TFEHEE VBC HIRTEE KBTS E SN ERHRANERAEEM
E o ERRENRRBEENFBAXRAEHHRENER » THEE
B EANENTRREAKRE AT R EMSITET] LI &
R TE _FRIDREY o WEEEA BIhZEAIE REFFEERR Pl R AR B E K
B e AREE DR o

EEAENmE

ELll| FEmSARE RS NEE SR RS HERERTIR - &
REEATRMEREAGEBIERIFGHBITERNRR - EhEmE kS
BMERENECRR BB ERER THEIEE « B - ERRER
EIEFEESN RWE RS > DIEFRCEBFREAFBINETBRERE
BRER}

(9]
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B I HEYEE

SRBEATELERREE I MNREAD)ZIPIBEIZER
o BIRREFEER I BHASBEENNFIERAAN » BBEER
ERANZHEBEEY > RARELADAEERIBPIERILSI AL
(Center of Excellence, CoE) %75 #EITINE © M HZIRTRAH]
AN EUAE—FS IR VBC MRS IR IR A A o

e
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