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1. 1T ®IZ

B X RFEMIL, Bkx 2T — & Y — 22 BEERNCHO TRl 21T 5 LERH Y, FEEFIKD
FReAE M L= 7LD —/L K7 —4# (real world data, RWD) [FHERT —H Y —ZAD—DT
b2 (H1-1) [1].

H#[E NICE (National Institute for Health and Clinical Excellence) (%, NICE O # A & > ZIZHW G
NnN5Y 7N —)L REET A (real world evidence, RWE) OB Z#m Es#25Z A2 HBE LT
2022 4F- 6 H IZ NICE real-world evidence framework [2] #ABHL7Z. ZDO7 L — AU —7 T{ZRWD
Z TERRFBRDISN CIEE STz, BEORFEORER 1, 77 M2+ 57 —4% ], RWE %
RWD Ot b S T A LER 3L TEY, RWD [T BAICFERIKRICET S
TR IR E O A, FRE O BRRECHIKRT ¥ b DTk 216N R 72 & OB R & TR
DLHEOITERENTWDS. T b OFRITE AR 217> ETHEETHY, 71—
LU — 7 TIIE A RFAGIZ 31T 5 RWD OIERGE GEllL22 HER) X, =7 A0
HEBNMEZ R LS 57D RWE OWFFEZ 5, Ffi, WS 2ONANT T 7T 4 X
HEHE GHL 4 8) 2 RLT0W5A. 207 L—AY—2 % NICE NREITT % BARaE 71
Z 2 AERDT-HIZ RWD ZfET A EZ TIZF =57 v b & L TN, KRFROE A ZhHR
A O H S RWD 24 5 Y EZIC L > THOAMRT V=AU =7 Lo TS, AATHLE
AN REMM O T A K74 > [3] 2 RWD {EHIZEET 55E#235H D, C2H (Center for Outcomes
Research and Economic Evaluation for Health) 73R8 L T2 & HxhRaEm O §il T~ O FEFITH
RWD OIEFHFEHI 22 Z LA T& 5 [4].

AHEFETIE, RO LS REREZEER, BAMDRICI T 5 RWD O 82 500%
MO EFHZEHTHZ L2 HE Lz, 2F TlE, NICE real-world evidence framework D
KEWE 2, BRXZIREFMIZI TS5 RWD OIFHSGESC B ARAOIEHR AR L=, 3 B TiX
BRI Z2TEAEp & L CHBRNFEH 2 W< DNy 77 v 7 L, 4 ETIEEBRIC RWE %5
TOBROEEFHEIZOWTHE Lz, 7ok, AMEFEIL NICE real-world evidence framework % 2
BIZH AT T 5 — A R DRLBIMOBRIZMA T2 DTH Y, NICE 026 RfFEF-bDT
I%72\. NICE real-world evidence framework ODOFEMA IR N7 WHITREZ TR W2 & 72
VY REEENE AXPIRFHMEIC BT D RWD 21EHT 5 b MZeiuizznTh s.

VERFEOKERY, BEICLIER—EAOWMEFFMAEE L, EFEEELOSLCVEDY, 77 3G o Wi
5i, =77 OF LR Y, BEOWRBFREOH LW HHEZMEHEL TWD. Z207H, BEORERIX
BEBEEPASOZT T TIZOVTEDLIEETOEMNIZONTOA A hEREL, ﬂjz%frm—z%
WARET H72DITEND, EROBELZIEERIEETHS.
https://www.nice.com/glossary/what-are-patient-experience-solutions (72 & A H : 2024/11/27)

2EWE T, MRS T OWVnTRLEEND.

35EETIZ, FDAIZRWD % T2 72 — A5 BHEIICIE SN D, B OEFRIECER ORI BEd
%7 —% ], RWE % [RWD Ot 645 6 A EREAROFIARCEIER N2 7 ¢ > b UL Y 27127 25
K= BT A EERLTND.

Food and Drug Administration. Considerations for the Use of Real-World Data and Real-World Evidence to Support
Regulatory Decision-Making for Drug and Biological Products: Guidance for Industry. 2023.
https://www.fda.gov/regulatory-information/search-fda-guidance-documents/considerations-use-real-world-data-and-real-
world-evidence-support-regulatory-decision-making-drug (77 & A H : 2024/11/27)
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M AREHRIZ 315 5 RWD D

RWD (3, HEMZREREICE T 2 ERERAES T 7 O, B ORFEORER, BECVv AT
LDT TR L ﬁ#é%%@% COWTORREIRD D Z LICAHTH H. KETIE, RWD
DOFEFIZHOW RIS 72 BT, B AR RFHEIC 1T 5 RWD OE 5w & ONE AR /B
T 5.

2.1 RWD DfiiH

—fkiy7e RWD & LT, BEDOANAFE, BEOREICET 2178 (REFATE), Wi, R
7oA (EEDEE LZT ¥ b2 (Patient Reported Outcome, PRO) % &te), HBEFLL—
Y—OfkER, FEEEROFM, &H, £ v 72, REME, RESHBG, ZV—TF2 K B
BRER, BREMER LT =203 5 5. £ 2-11%, JEMAD RWD O—H) 2 MR A 7~ L
7bDThDH [2]. RWD OWFFRIL, HEMIZIEESNI=T —%, FrED (bespoke) 7 — & INLE,
FLFED 2 SOMBEDLEEMEMNT D2 L3ZV. £ LT, RWD ZiEHT 2L, U ih—
FI AV a NG LT — 2 ERIRTHLERH Y, EOFRZIET —Z DT (provenance)
ZAMEIC L, TOREEZEE T LERDH LS GEIL42 HBR) . BARIZBIT 521FKA72 RWD
O, &7 — X OREOFMIIREL SRS LW [5]. £, BARTHISHATRER T
—Z _R—=2 LTI, HAREAEFZOME - BRIEHRT —FX—AEHEEESNE L O
—ERLmMANSBILRDLTHAD [9] [10]. VYA MY EZIEH LEZWEHAIE Clinical
Innovation Network (CIN) DL A b UGHEMIET AT AL CINHEEIEFHEL VA N~y T
VI ERERT L EN—ETHD [11].



# 2-1 RWD DO1EHIR
1 it i
R iR R BIL STl % DEE OWERLEKTH Y, WE, BHFORKE

electronic health records

DEDIFERHEND DO THD. B, 7/ 5, B AT AR
L, OERS AT LANLDTFT—F LHETHZ L H 5.

patient registries

1TET — X EE - @bt — BRI T 2T O B O 7= DINE I T
administrative data — X ThD 4

Lt 7 hT—% EEY—EAORHICET T T —2O—Th D 5. REN—2R
claims data DYAT EAPBIEESIND Z EBEZ0.

BELIUALND R EOBEE, REIBRTFICL > TERINT-EHITBWT, RE

DT U NI EENETDHDIERINTHE -7 —% (R
BLOZOM) ZIET HHMERN R AT LA THDL. LY A NI
BrgE, BRIE T, BUR7R L, BB ERETZENTE, A
W GHb Lt TED.

BEAFICI-TAEKRSH
BF—4
patient generated health data

T2 T TITINTNA R, NR=IF VTR A, TRXA AT TV,
— VX NAT 4T, TOMDA L H—Fy FR_R—=ZADY — L5 A
EFELIINFEENEEAER LT —Z THD. NI Bl21E,
T A —DIT—H &N, FlEzEic (FlxE, LA
WETHA— L T vT) WETHZENTX S,

HINT L E 22—
chart reviews

BEODFLE: MELZIEBEFRLHEED) OLEa2—26L bR
AR T 4 T SN T =2 ThDH. Fr— bl bEa—THK
FIEIZ T 2BV TAS AN TWS, L—F o5 —X
V) — AT i;&iémm\m\%‘ ZEMHT 5N TEENG L
e, FilziE, BEEROBRRBOEE e 222700635 2
&%H%&LT,ﬁ&ﬁ%ﬁﬁf%%éhé[@.

Bidt « ¥ — & AFHf

audit and service evaluation

BRER L, BUEOERFKERRZ N T T 7T ¢ AR E S iz
WIZHBOL L TEDE I ICFHicsNTW A AL, 0%, EoO
WEIZENLTDHEDITbND., T—X IR ICNET L &
b, BEZINETLIZLHTED.

= RFAIE, BHEDS 7 2 ER LB T 27201247 b.

#l 21X, Helathcare Quality Improvement Partnership [7] 1%, Sentinel
Stroke National Audit Programme (SSNAP) [8] 72 & DO 2[E DEfKE
BT T T LEEH LTS, SSNAP X, A V7TV R, J=—/L
A, AT AT v RIZBIT DEFHI R B R ERR Y — X DO

TN—T A FEa—
health surveys, interviews and
focus groups

itk & TR DR %%ﬁ?ét W STV b
—RT—HWEIC L DB | | 2FEFEHOV P —F 7= A a3 i ﬂmfét ITWA
ak— k SNT-HTA & OB TH 5.
observational cohorts with
primary data collection
A, 1 FEa— BRI, & Z W U TR DR L RBICEAT 27 —4

TR R W%Lt%@f%é %l@%%% @@m@ﬁﬁ%
%%@%%%%®mﬁﬁk,éiéi&ﬁ%fﬁbﬂé

A UVA 2 —RT 4 — AT N—TF1F, BREOHBORBR DG
T —2ENESNTZHDTHD.

NICE real-world evidence framework @ Table 2 7> 5 {ERL.

4 NICE real-world evidence framework <Tl%, administrative data @i & L C Admitted Patient Care 7 — %t ~ ~ H3fH
MENTWD. Admitted Patient Care 7 — % |Z NHS Jfile % 72 (3 NHS D& 4 C R CIREZ %1 729X Co

]\Bm%%@‘”f\lﬁk BT DA EENTEDY,

ZOT = ZHEEO T 70 HENIRHEINCZ Ot OIS

BHa@ LT, MO zEmT 5L THS.

SLe T NS TR T — 4

IZEENLT-D

, administrative claims data & FEIZIL 5 Z & H 0.
4




2.2 RWD O %1« F HRNARFHT O 72 DICHESE S 5 RWE

B X RFHE DT, Bex gV —F 7 2 ZXF 3 AR LT, fkr ¥ A 7D RWE 3§
XN TEDY, NICErreal-world evidence framework X Z 31 E TD NICE H A & o ZZBIT A& HE
HAELLTOEIICKRELS 3DHTTEARL TN 6. o, 3. ETIETROEMRGEOPNS
AARICEBWTHIEHMEE S, 2O THRRIEWCEERESHZ 0N OB Lclod, #EHE
SR I,

2.2.1 R ROHEE LIS BE9 5 RWD O H]

BB OHEEUND Y —F 7 =2 3 2% LT, RWD [3hEx 2 fEO = B F o A R4
ICHWH N TET-.

o (HELIkEE, IREE, B SR, BEOT U ML LR (BRRBZET) ORMST
(BREHT 3.1 HSH)

® XA ETH (economic burden) DHEE

LI FOfEET VOGN, AT, WGk

> B DOIRFBRLARE O FFH

» N=ZXFA VAT (R=ZAT A DA FFEAFR)

> HEBZIRICET D IRR ORI

> EREIREECHR R OMEAT OHER fleE

> EFREREEEEEM

> QOL (quality of life) % & e PRO

> AT T — 2 HDOATF R T — X OHMF

BEORBRONE (BAFEIL 3.2 HEH)

FHTYHET N EELT VX L~V ZFAR OBR%E & Bk

fdtEEks 7= (health inequities) "DHRFE, RO, XL

A = =T —D LK) IR DR ELHIMEOHEE

R FIR O RIR OHEE

TR N Y — B R 7T 2 BRREIC 5 2 5 EOHIE

6 2% % TIZ ISPOR Task Force O LR — b TId, EMEHGRLERD R BRI i 2Rt CE 25 & L T6
OOIEMGH AT TS, LEEERORE, 2. FEOBRREOTR, 3. BIE SN RESIER N Z —
ORI DEFRIBILO AR, 4. J5EEIRIEOFFE, 5. Comparative effectiveness D= BT A & [EFE TR
BT — L DOEM, 6. FEFREITT U M AZHET 5K 7 ORE.

Fleurence RL, Kent S, Adamson B, Tcheng J, Balicer R, Ross JS, Haynes K, Muller P, Campbell J, Bouée-Benhamiche E,
Garcia Marti S, Ramsey S. Assessing Real-World Data From Electronic Health Records for Health Technology
Assessment: The SUITABILITY Checklist: A Good Practices Report of an ISPOR Task Force. Value Health. 2024
Jun;27(6):692-701.

THEFERR E LT, B D NDRFEEPENR LD NORFECEFROM T, NLE TR, RAFNORY s
ROZETHD. HlAE, HRARMERIEDOHRRARMIERDFEETHDI=OD 2 Y HF ) A<= 71ZBIF % NICE #
WrRFAf T A 22 2T, HFFE DD EERIRIZ IS 2 SRR M ERAE O R & R 72 A FIZEI LT, National
Haemoglobinopathy. Registry 2> H DT BT A &G Uiz, 7233, 2024 4 4 AR CART A ¥ v ZI3RFEH 1E
&R AR STV,

NICE TA743, Crizanlizumab for preventing sickle cell crises in sickle cell disease (2024/04/21 IRF R TABHZR L).
5



2.2.2 1BRDROHEEIZEIT 5 RWD O

RWD %, &R RFAM ORI GEMIZ T o & bR ER  (randomized controlled trial, RCT)
WL DIBREDOIN NN RORERZ N TE D0 ZFMEL720, RCT BNR2WGE OIGED R ZHEE
THEOIIEAIN TS,

® IS R AT D S GRARFH ~ D B PR AR R D SR AZ B3 % R A

> B RR & B RRER O RIEM, {BRT r e X, ERREORE, 77 bV A
Dz F T
> KRBTV MIVLLEKT Y ML (BERET Y M L2z2ET) OBGEOET ML

(A6 3.3 HSM)
> HEERHROIBROMEARALT Fe 7T 7 ZAOHE
> BB ORI A B2 2RI 7 U b I LR00RE RICB 3 2 RE D Gk D
A (RARFEIT 3.4 HEM)
> ERIREBR O R & B R R A O SRR O BhaEtE (BARFFIT 3.5 HEM)

® RCT 37256 OB R OHETE
> HNExTRREEE L CoOFRIM
<> BRSO o BRI K D 1R R o e (BAFHIL 3.6 HEM),
& M RCT OB T — & 23817 2 72 8 O el BB O 1ERL
>  Early Access to Medicines® D A % — L7 5 OF — X fifi
> HEIY &R G RO EBREMNDFI T & mET — % 2 AW TzigEh R oHEE °
> BRI O xS B E ORHE R kT 2 K O 1T RA T EAAT T 52 & T,
HHEZIRICBIT 57 U b LRmERZ Tl (BARFGNE 3.7 HSHR)

2.2.3 EFREIDMEIL < ERFRR THEH SN D X 9 127> 7% D RWD D H]

ESREIRMN A EN, HO W fay hFaevcl NSNS LY D L, Y EW
HATIZES 92 RWD 2 AFT HESNHE 2, LTFO L) RiEANAREIC R 5.

® HEBHICET DI OHEE
I F L\ ERBS o R & oo BB bR o0 S i

® RCT HLEAA ST, HHNVIEFFITREBIN TV R WEMIZE T 20RO E, HDH0
RS R0 b DS (BARSERT 3.8 HSH)

® JBIRNRICEIT D BB

SIEOERS BT 7 AL, AamidEhTERESCEELRRHMEREDOBEDR, AR OB I8N
WIHAIZ, ERREARASZIT TV RWEEREAFTELLICTHZ L HHAE LoHlE.
METHAT EHT SN TWB A, ME D Comparative effectiveness study 20 SIEENREZHEL, YU ET R
% B EOE R R CEAT 5.
6



RIET 7 B LTI L IR T 7 N DSt 50842 L 0 BEWHIICh7- - THEE
RCT THES &N TOZRWIRIIRIE £ 72 ITTRR T v = ) X LITHED IRFRDROHERE
Fy hT—=2 AATF Y RATBNT, FHNMICEREZ 525, BREHZED S, =8
TUAX Y v T EMD LR E, T U ADORA (evidence synthesis) ~DFH A IA S

BB, BREbOMmBRY, AARICEBWT RO X S AeiE AGm 2 i c e U2 NI A
L7RWA, AROEHADETMO T A RF A~ [3] 1IZBWTH RWD OIEHGHEIZ DV Tl
nonTng GElIZ= 7 A1), Fo, 23 HICAXY A7 F—ARFEHE LTz HARDE H x5
R 31T 5 RWD OFF RO &R R4~ L7z,



a7 5 BAROBERARMNDETMO T A RZ 4> [3] (2B 2D RWD (2 BE L 7=30#;
X IXX] 1ZHA R4 oD5H, XX) 344 R4 OEERT.

ST GBI LT

o [HEMICHWT, FHlixtgsh HICET 2BEDMKERMEHIHMELZBEL T, BN
BRI ORFEES RO REEE I E S BERAE) 2HHT 5 Z & 2Rl
L3 5.] (3.3)

P BRI B L C

®  [FHMiZAT 5 BED bl BRI I, FEAT S G i 3 o0 W R REERH ~ DRI & L CEA Sz
RE T, BRRAUICIRIA S EH YTy, FHIRREMIC L > T ashd L fESINS
LOEThH., 9b, WEIENLVEWVWLDEZ —DOBETDHZENFEAWAREZ T TH 5. ]
(4.1)

MR GEER O L U CRMIiRI R B OFEHBE RS2 E 2R T 2720100, BRE/RE %
SBIC LT 7 — NEAE TG EMERFE LZV, HEs BT OEED 72512 RWD & AW
TRIRFEREFAELZV T D EN—ETHD.

BINEA AYEICBI LT

° [7T52] "OSR (AF<F 4 v 7 L Ea—) OFRER, MUt ONEELLRWES, 152]
DT RIHESEZ, TU NI LEKELZIERCT (BIZWFIEE) © SR Z3FEhE L, BIMKEAE
Mz E9 5.1 (5.3)

A RTA L TlE, —EOEEHFTHRCTHFET H%E, FERCTICELDZET AL RCT D
FER DM TEINLE ST TS, £72, [ RCT 1L RCT &R THEA DS T ZANAD LT ND
T, MHEDE (MET VA >, B CTOREEROAER, WEHET ik, BEEOMERESE) 1o
WTHSIZa L nude sy 83.D], Tve7 MRV PR Y —72 EBEFORBIFE 2T —
HR—=A (VT NVT— )L RTF—4) ZHWEHRTIZOWNTIL, HIEOEIZIEL2ZRBHD T &
O, T—EXN—Z2OMWE, ENIMNCBITDEREBROZER, BHOA XV NOER, TOZYMER
NYF—2arOFE, ITTE, BARSOBREONEREMEZIC DWW THOIZHB L2 it 7Ze
5720y (5.3.2)0 £ LTWA. Z @ 1L NICE real-world evidence framework T & i AL S N TE
V, 5%, BARIZBWTED X RLAEIC RWE Z AW CGBRINAYA A Z B T RENEFIL ST
L EaMfT 5 12
BHOFEHIZEIL T
o FEFREOEHOHEICEWT, BYRLAI2, 110.3) PO KK Z KB L7z

ERNICBTALET FOTF—F_R—22HWAHZ & 2HET5. ] (10.4)

BRHOREEHZIE, BAMICENO LYY b T — 2 XR—=Z2OFHNHEIE S TR Y, #HEFHRFCIEA
fEFRIE D ERCZ ORILEZ /R L (10.4.1), HEFHZIHWZFiE GMUEOLEE, FERTE ERE O
RAh7e &) BRI ORI HVERDH D (104.2).

AW - AEFEVERR RO I MBI LT

o [ITARER - MO TIE, EADIITINZ T, AWM #E %2 E D 5B 2 i
THIENTED., 0B, ANNMEEZTIENOMAICKESEHFFENTZL0EHNS. ]
(11.1)

® [EFEMBAEZHEH T HICHT - L, gL bEMICBWTHRERNZRAL, EERIZ
IR TERDD ST AR ZRET 5. ZHUCEFEE - 286 2R 0O FE &L
U CAEMERAEZHH T2 ZENFAITHS. ] (11.6.2)

NN R o AL PEMEIR S 2 HERH T A BRI, RWD 2iEM T % 2 LA TE, NICE MO H ADFEAfR
FHNCBWT, ERAROERIZ OV T RWE 2 W CERMIEZHH L-F6 b H 5 GEMIX
32 THEM).

0 TEERRMNCIRIA R &3, RHEBERO Y =7 THIZIRD DI L O TR, BIEIA KT A Iziif@ln
B %73 EEERIICIERERN 2 IRIEE L LTHOLWLNTWAS Z L2 ERT 5.

WHA RTA LD S2HIZEBNT, BMEAEEZRET 288, HESREIFICHT 5 RCTOV AT T 4 v
LE=— (SR) #FEfEL, BIMWAEREOFELZTHMET 5 & LTS,

2 AR TIZ ICER BEHIFDR— R — 2D /85 A—Z |2 RWE Z W54, MiiHRICEEEEL 52 551
LREE L7 ECEMNNEEA S .

BHARTA 2 103HOFHE : [FEEREOE HOHEHCBWTIE, BARIZE T 2 0 el i EorE HEr 72
PHREBEENNM I N TV DILERHD. ]
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2.3 H MR REAmIC I 1T D5 RWE JEH O EES
BRKIZIUVNT, RWE [Tk~ 72 B CHE X Rl oD IciEH STl Y, Z0HEIX
FEaBNLTW5. Dima & [12] 1%, 2011 4205 2021 FEDORIC 33 2E D 83 # i HTA #B T
INFREI T2 16516 D EEZ/3HT L, RWE OIEHIX 2011 0D 6% 5 2021 40 39%F THIN L
-2 xR (K2-1).
Number of HTA records per year with RWE
used (n=16,516)

mHTAs with RWE  mHTAs without RWE
716 941 1142 1417 1745 1922 1553 1876 1811 1584 1809

100%
80%
60%
40%
20%

0

2011 2012 2013 2014 2015 2016 2017 2018 2019 2020 2021

ES

2-1 EBRXRFTMICHS 5 RWE FRAEIS (Dima > [12] ® Graph 1 #%% LIER)

RWE OVE D EHE, 5T —4, Zatk, AHMOIEICE <, QOLHE, 15¥E, M,
14—, OS (overall survival) /PFS (progression free survival) O#ME7e SN2 HIEH ST
W5 (X2-2).

Number of RWE used across areas supported

(2011-2021; n=1508)
Epidemiology

Safety

Effectiveness
Utilities/Dis-utilities
Treatment costs

External comparator

Treatment patterns

Extrapolation of OS or PFS
Resource utilisation

Natural history of disease

QOL

Health-state transition probabilities
Burden of illness

Compliance/adhereance/persistence

o
=
o
s]
L9
=]
[S]
w
=]
[s]
S
S

=)
[S]

600

2-2 RWE Q;EFBEM (Dima > [12] ® Graph 2 %% LR

RWE OF —# V—A %, BEDO LA NUME, B, %AME ak— MIEDOIRICZS
<, fTET—%, gimEars— MItE 7y —~abe v 207 —4HiIEH S Tns (¥
2-3).
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Type of RWE data sources used in HTA reports
(2011-2021; n=1508)
Patient disease registry
Observational study
Retrospective cohort study
Administrative data
Prospective cohort study
Pharmacovigilance data
Population health survey
Prescription data
Electronic patient records
Cross-sectional study

Insurance claims

Case-series study

o

100 2

)
(=]
(=]

300

=
o
(=]
U
(=]
(=]
=2
(]
(=]
1
(=]
S

800

2-3 RWEDT—RY—XDFEHE
(Dima & [12] @ Graph 3 Z®ZE LK. &§T—4 V—ROHMBETEERIZOVWTIEEZ CIEREEH. )

7%, IEHBIC XK > TiT HTA BB LWEHEAZ T 2 &3 0, RO ROF] R I
BEENLDENEGRENEDZ L ThoT [12]. SRR AR O —iA 2B EAIL 43 HO =
Fh T H MO ET R L UTHMNIRTRIE A W DBRORE R, BAaEREIZBNT
SAER R AR L= EHIC DN TIE 3.6 THE SR I L= 0.

NICE 73T 9 & HI 2 Ra -2 361 5 RWE OIF I OWT & & D72im XA 2 AR SN TN D

[13] [14]. Bullement et al. [13] %, NICE D172 752N AAIOE: Fx 20 RFHINC 31T 5 RWE
OIERTEZ £ L iz, 2011 4 4 A5 2018 4F 10 H OFFIZ 113 f: STAs  (single technology
appraisals, HL—HREM) NEESNTEY, 2095 96% (108 1) T RWE 2EH S 41T
7o Zhun 108 EOTEAERIOH T RWE BNIEH SN2 BIIE, 71% (80 f) 23 EE D QOL,
46% (52 1) 23EH, 40% (45 1F) DEBIHEEROHEI OO TH -7 (¥ 2-4). LFEO RWE
DIEHFHIDO L, T AP NADOT Y A TERICEOHAZ2GESNIZFFNL2H0HTH
0, FIBSAAIOE X EFEMIC VT RWE (X NICE ([ZJAL ZITFANLNTWND Z &b -o
2. B SNT=FEHID 1 D% TA523 (midostaurin for untreated acute myeloid leukemia) [15] T,
WITBEMIEE E A R Y Hbay ba—b b UCTER L CHlsf BE T o E A R o e %
1otz L7205, RCT BHNCFE LI &, REOMHA LBEFRIZIET v & LR
BCHLIDICNAA T ANGET D EEZOND Z &, FIBETEFHNERTND
ER R SN D Z & A BBICBIEMIEDOTERANGE SN, &9 1 Dk TA370 (bortezomib for
previously untreated mantle cell lymphoma) [16] T, {RFEITHERMNCLEER TR % 40 44 DB
MO EAF LEEH L7228, ERG (evidence review group) 12N ZET /AMNLHIBRL7Z. BEHIZZ
DT =2 DY TN, RE—RENDINES N2 Th T2,

R TIEH BRSNSV T =2 R=2OME b Lo TWeds, FEMREER A CTH > 727
0, WEOH T LT
10
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Category of RWE use

2-4 RWE DOER B (Bullementetal. [13] O Figure 2 & Y ¥ERL)

Polak et al. [14] TIi%, NICE @ TAs (technology assessments, +7fr#Efli) (2317 5 EA

(expanded access ) 72515 H AL RWE OIERIZOWTHEZITWEIE L T\ 5. EA L1, ERR
FRER DM HIE T 7o 2 o T BE I U TR 2 2k 5 0 AT A TH Y, EA ITBIT D18
MERIERWE & LTERTTEETH 5720, EATV 0T T AORMIENR LY R/ >TE TS
2010 E B 2020 FFIZHEFT SAUTZ NICE O#EELETAZ V—=71L, 380D TAs D5 5
801 (21.1%) MW TEADT —FMEHINTND Z EMgholz. EADBHRLNIET —4 X
2?/}2‘% (43 1F), AHAME @714 RUOEREER 52144F) O WEH STz, EA %

2, AR OERMEEEOT —2 L LTER LW eHlE iTA@&%E ARG S

b%&#ot(%zﬁ PRIBBEEG D EA 7 — 2 OFEIRILUT R Y, #hﬁﬁkmﬂf$®
WCIEHEIG N R o7z, 2O X RHEIXHARIZITIFELR2WD, DV ICHARTIZIERE
BREIEEDR DD, RFTKRZZ T TWRWA, JEREIZT 7 2 XI5 2 & THEAEREN
RWE & L CTAFTE D &9 SUTHIR O Early Access to Medicines D A 3 — A & [R£RIZ RWD Ofif
NWEZAENWZDEAD.
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0
2010 2011 2012 2013 2014 2015 2016 2017 2018 2019 2020
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o] [ or
(=] (=} (=}

L2
(=]

Number of technology appraisals

B

2-5 TAIZ$HIT% expanded access T—72 D;ERIKIR (Polak etal. [14] & Figure 2 & Y #EAL)

T, HAROE X EFMIZISIT D RWE OIEHZA LN T 572012, 2023 4 12 A F
TIZ C2H O — L= [4] ITARINTBESTTS LAITAWONTEEREZTHE L 5. iE
IR LRS- mMBITE22I1CR-T255METH A,

£ 22 AERMRELEBROERAMMETIMI<HITH0REE

FRE BKRRINTRAWGT | BRESNI4R3E
e R ST A

2019 5 3

2020 4 3

2021 10 4

2022 6 3

HS Koyodn B #Br< . EROAF I 25 B OF T RWE 2i> TRWRBIXT I 5 & URBERE[C2H2105], =Y hLY~

7 N RF[C2H2114], Expedium Verse Fenestrated Screw 3 A7 A[C2H2115] CH - 7=

ARG L L7z 25 fhE Y 22 M HICEET 2 ARG RE SR, B ORRI N 13 5 HOEES
Hrfi RAZFWT, RWE I3k A G CIEH S, GFtTo~ 70 tho$fl3 & -7, RWD DOfF
MAEICEWNTIE, BREETVICKITHERER (IEFREOEH, 7ﬁ$$%"334—f§|€035'§3_ﬂ”
LEIHEFEOEM) OHEEE 24 F) BEbZoTlz. FOWIT, HAROE xRN
DERFRITE CTh 2 BEFIGIC L 2B MO EA ST EHEZFH T 2 B TOLS foﬁ%ﬁl@
BEBGOHF (174 Bhbote. ZOHMICBWT, BEFERMRAEZ AW CREEREZH
R 2 EME Do, ASHTIEREEAFETE L CH D L B TH B T & BAA L7z
7o, EALVEY MER - BAFERZEE®RT — % X—2Z (NDB) XV 85 R
BETDHZENTE, AWSHIOHERHITIC NDB ZHW Tz, £72, BFETT/VICEIT 5158

13 ﬁé% SINTRERDIABE SV TWRWE HIZ DWW TERAE TE RV 2D, AR IITE HF6 20803l L TWh 5
REMED D 2 RICITHENLETH D.
12



BRIARED BE IS F DR T A — X OFRE, FHliRIREMN S U< el BB o & H o fEsHT I,

NDB°MDV 72 DT —Z R—2ZAMEbl-. TOMOBERE LT, BRI, R

T VORFEIREM OB HEROH T, s BEA O BT &BMMA O RHE2 & - 72
(¥ 2-6) .

EFEFROHE

BEEEOLHRE
BEE

SER A R

BAR T b OL i 41

-
stz s I
|
I
I
I
tesrmEsioz: NG

I

IBfIATE A

2-6 BHARIZEITA RWEREBZEDBEMN Hh7F3USHEEZRT T+ —ADHEIZES )

RWE OF —% Y —=2Anbh2% &, NDB Dk bilibil (23 ), Z0% XA SHIEHC K2
FENTER Ch o712y, REOHITHEE T ARBEERBERE & o LRFENBIFRE ST
2. ZOWITHAROFEMAT —4%X—A (MDV, JMDC, IQVIA Claims) % 72541 <T 15 T
bhot-. EERUSMT, ERi~OFAE, BEOL IR NI, %AMX ak— M, @i
BEFZE, WED RCT, BUNFHKEIE WoloTF—% VY —2An b o712 (14 2-7).

NDB
FAFA DB

EARE
BELUANY
BAEE IF— |
B 9 = AR 7T
W DRCT
AT

= O

RWDzH4 5

(=]
ot
—
(=]
=
o

20 25
2-7 BRIZEFBRWEIZHAWV=T—2Y—2X
(ATFITVEERY T+ —ADHRICEYHEELT.)
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EED, AARTEMDEMENAKEAS TS 5ERM & 5 BB TR 5 173
BB TH-oTh, SIICED T —4 Y —ZAWBkka 2 HBISE U TRV T Hh, JAE OB T
RWE PEA SN TWD Z L AMRTE7. — 5T, ZOIEHEIIIEKE R >TEY, Zh
A EOBE MR OREZFCEDDRE AT U YDEWNCLILIbOREEEZD. filx
IX, BCK TIPSR A budget impact 2 A EICFHE T2 7 —ANEL L, BEL VR MBI
WL VoleT =2 Y —=2AnE M &N, BATHE, fiEHREOHEEETH S ICER %3
R 2720, RFETAONRT A—FHEER Effx 70T RWE M, BT ERREIRY
BERLEFVICBITABEEZOREL V-~ BHOFANSE N -T-. £7-, ARTIZFIAET
E LB VU N VBB D70, R HRFHE Tld NDB Rl 7 — 5 ~— A1
O BMPKEED L ZATHHS.
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3. BARBY721E S O

2. ETIHEHXMEIMIZBNT, A 72BRCRWE BRI NTWDH I EERLEED, K
T CIEL LRI Y NICE ORI 5 2 < ORI T 5.

3.1 HEFTIRAE, BEE, BT kX, BEOT U M A LRERORHEOT

fREEIRRE, EREORIIRT, IBEF a2, BEDOT Y ML L RBRE DRSS 7-0I1C

RWD ZiEM T2 Z LITAATH L. K2, BEHEDOHIFIZELY RCT MTHONTITKRBIZE - T
NG ERF TR BRI CIIARAHEEMENRE L, 2D L5 —ATiL RWE DNEERFICBIT A
A (effectiveness) VAR — R T 572D R T REKEIRENWTES .

=451 F B ) ZEAEIE  (spinal muscular atrophy, SMA) (2815 Y L7 v A~ OFHM
(HST15) [17]

LB R DA N « LMD Y — 2 L LTHAME ak— MIEZIEH L.

HE SMA OBEFIIMD THTH Y, eI BE2HET D2 L RREET

HV, EERSEAEE L LT Best Supportive Care (BSC) 23 ThHiITWn%. LLFD XS

e D AR & B &M LT,

® EETIThIIZ#AME adk— M (2007 4£~2017 ) TiX, SMA % &
S TWDHIITAER | LIS BRI T T 2

® HARBEZFAEL/-ar— MIET— %05, BSC THREDENMEMKEICR
ToHrUE (FlxE, FIESES, TFHITEISL) 2ERTDHZ LT
N & B b

HHNE | B0 sk BSC OBHARRENHE TH 72720, KFEOFMME - 2ok,

FEHIAE MR 2e 2V 2 3l 4 2 7212 =2 A — MiF%E (STRIVE-EU and US,

START, SPRINT) B XUEHF L V2 kU4 (RESTORE) ##HE TV, /-

FEOBFEEN (FHEREESC SMN2 IE5E DR 5 8F) TOFHE S FH#E X

TS ZHHIIARKIO A ikt L, RWD ZUUE LkelT T o,

3.2 BEORBROMNE

=PRI OMAE X, ISPOR value flower [18] CHIBEFE R [19] THEISNTWD L HIZIE
WIZZ A TH Y, NICE Thkx REREMTOMIEIZEIT 5 RWE QRIS LTV 5. AARICE
WTHBMA M ZHAT LB, X327 4y b« URIZRT AT TR, 20Xk
fifi Z 48/~ < RWD ZIEH L CERLT2 2 EITaHEE2S. LLFOFEHFNIL, COPD OEEFIFE
J% " NHS (National Health Service) D1 /7D & & % S 7= COPD B M @ DTx (digital
therapeutics) DOFENRT I OWTRWD ZHWTCERB(LLZHHITH .
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A COPD EHUZEIT % myCOPD (MTG68)  [20]

EIREIR DN S il T 2 7D BERAT - 2EH L.

Sh=y NHS Dorset clinical commissioning group (CCG) DEHZFIL, TV XL~V AT 7
J v P—DOFIIEMETS A, myCOPD ORISR T 4 v RETFICT 4 —H A9
LOTIERL, BEORER, HEoENT S, BRP—EXAF—20KENTEH
BAZY TTHRFTT & &E X7, £ T, NICE® public involvement programme
I Ko TERFRENMT DI,

1HHN%Z | NICE @ public involvement programme 1% 2021 4% 4 A 7% 7 HIZ myCOPD O] H

FhRGUCREZ E Lz, ZOREE, myCOPD I\ 09 <, HEOHMREE

R, ERZEES D Z LITBLO LG S, BIEEOR 715%03 7 7Y OfEH
%12 COPD DIEREBUCAE 2R o7 LK U7, A% X myCOPD 23MENLDY —
NVToHY, COPD DEFICKT 5 BEEZmO D ARBRIGHRERIET HLEX .

E=ES ZERE, BELERV AT AOWHIZL > TOEIROHENRLT S L EBEORER
AR PEHELREEFHTHD Eitim O 7.

EREMOMEO—>& LT, EFERAMOBIKGZE T N5, ERERAMOBHICET 2=
TV AZE MK L2 NICE STA b 1F7EL, BEIEOH D LRMEEHMIEICB T L5 T Y h~T LRV
TYITBIOTIV ALY UOH [21] T, Rl EFREIC L0 IREREO RG] 2 R
L, $#5REH OB R FE IS KD ERITAICET DR Z D S5 2 L oEHRE
L7z, F£7z, BIEHEKEA~EZ v BV RIEICBIT S 77 ) X~7 [22] TiX, E5HBOLEE
2L % QOL M EOEEDTZDICA—ARNT VT, HFH, T8, Ay=—F>, KED
— R RIS D EEGRINER 21T -7, =7 U X~ 7 X DR A ME LTz 2 B MR o 54
IR T 7V A= 7K HEREE L 8 MO GHEIZED T 52 L1tk >T, QOL &
NEETLHZENRMYRFENDEE2EETTELE V. ZESITEFHEENMIAN £1F QOL ~7°
TADKENRDHY, NI 7 VA~T X077V X~ 7 Zhfte Rt @ &I L7z,
RPE65 BIn FARIZE VI EEZ SNLIEEMEMIES A a7 —JGROR L TF VU — 131
Ay 7 [23] TlE, KRPICEDLAREMEOH DEBIZBNT, BELT TRIM#EEFED QOL b
RERWBLEZTHE L, BEOHRELNHEE O QOL OBIEZ 3¢l L 7= & fsFR (RAK TN
L ENH#EED QOLEHIKT) #5IHL, /M#HF O QALY A HMAANT R—RA 7 —AD
ICER # & L7z,

16 BE[E CIE B ARO BRI 2 72 28k & LT NICE (231F % Appraisal committee (EER) »H5H. ZEST
1%, B¥ESHTERGICE DM AR E 2 TUHM H OB AXIRIIMAIY £ &, FOBERICESEER
WRENMRDHTA X A B L TND.

T HEFETIC, BARAOTMMAMIE, BEBGRINERICES CRERRIL, BETIER, —BREROBRITLZHRAL
72bDOTHY, BIMEREEZRHMOT 20T 7 M AEEEE L CEEITldZe s & L.
https://c2h.niph.go.jp/results/C2H1903/C2H1903_Summary.pdf (727 & A H : 2024/11/27)

—5C, TR RN E O LB ULICBET 2/ ORIk T=r F I Y R2D0WTC,  3-AMRE O B ¢
i, BEHRO IERICZVINERRED 5T\ e, BAMBIRFTMORE, EEAEHEBE QOL DUE
DIRSNIE ol Z L, TEAEMN L LTGHEShZ) LW RICBLT, EROEMEALE R FHL
LCTHlY EFonTns.

https:/www.mhlw.go.jp/content/12404000/000852904.pdf (7 7 & A H : 2024/11/27)

NICE @ STA Tl¥, ZERIFIAFHEENRNZ LILQOL ~T T ADEERH Y, AxiFT7 J X~7 L0t
T 7V A= T EFEeATREME DS U &l L7z
https://www.nice.org.uk/guidance/ta698/resources/ravulizumab-for-treating-paroxysmal-nocturnal-haemoglobinuria-pdf-
82609447238341 (3.31H) (727 & X H :2024/11/27)
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https://c2h.niph.go.jp/results/C2H1903/C2H1903_Summary.pdf
https://www.mhlw.go.jp/content/12404000/000852904.pdf
https://www.nice.org.uk/guidance/ta698/resources/ravulizumab-for-treating-paroxysmal-nocturnal-haemoglobinuria-pdf-82609447238341
https://www.nice.org.uk/guidance/ta698/resources/ravulizumab-for-treating-paroxysmal-nocturnal-haemoglobinuria-pdf-82609447238341

33 RETU M LALEET Y M LOBROET VAL

KRR O 720 OGERER TIE, &7 7 b 22 EEEER & L TEMT I 08D D
3, B RREH R OB T T L TIIRET U M ACESWTETVEBET S, 207D,
FRRRBR CIA&T U M AL CTH R T — 2 BRESETE TV RWEE, BTV h AL
BAET U b LAOBUROET ALD - HIZ RWD Z2IEHT5 2 &ERB26N5.

E=%77] RSP Y = TEERIE 1 ASEICBIT A/~ T (HST25) [24]

RETU NI LA THL Va2 vBELREKET U NI LATHIEMEDBREZET
LT B =D LA MY LT,

R Phase III ® RCT Tl&, FEHIEE O 24 FEFER TS = v BRI O 2 RIZH
WTHBH A BEZN S D0, BESHIRAE S, BHERRICE L TixHoIcqF
MT&Aeholz. —FHT, BHMNDRMORFET VI, BEHE v 2vk
IR, BB, CE2BE L @RRED~LraT7ET L (TH) &Lz
7o, o VB L EEREEORBROET VLR LETH T

CKDAT—> eGFR A7dY
i CKD1-2 1 FHREEE (290)
| 2 EEET (60-89)
3a EENSPEFREET (45-59)
CKD 3a 3 PEENSEEET (30-42)
l 4 BEET (15-29)
5 (ESKD) BHARL (<15)
CKD 3b
CKD 4-0X, —_— CKD 4-0Xc
Y0 ILENTORLS DB 20— LEN TS 298
ESKD-0Xy —_— ESKD-OXc ...
IOk LA CWE L 1R DOkl TR TR
cLKT-0Xy FE— CLKT-OX
IL b LAWY 1B R IO b L&t UL BRI

CKD : chronic kidney disease, cLKT : combined/sequential liver-kidney transplant, ESKD : end-
stage kidney disease, OXc : controlled oxalate levels, OXu : uncontrolled oxalate levels

SO~ L3 7 FEF A5 BIERK.

THEHA% ETINVOWBHEREHETET 272D, 3987 Tl Phase 1T TR L 72148 > =
U DL AR Lz, & 512, eGFR & IMfEY = v FetE o [ o BT,
RKSC PH Registry % I\ 7= Shah et al. D#fF5E 2552 Uiz, BARIIE, g
= UEERYE 1 umol/l BN 7Y eGFR 23 1.27 ml/43/1.73 m?* 325 L, eGFRIL 6
AR (BT MIBITDH 1Y A 270) T283ml/4y/1.73m2 45 L HEE LT-.
ZHICHS %, ESKD BIOMEEIRAE (CKD 1~2 725 CKD 3a, CKD 3a 7>5 CKD
3b, CKD3b /5 CKD4) ([Zb7=dVA 7 VT L OHEBMEREZ B L=,
P=ES ZE 21X, ESKD RTOMEFRAEIZE L TITHRZ = A Moo Tt

3.4 BRI 28 2 e R T T b A L SPTR R RIS B 2 ROE O T BME O R

HARDE RN RFHMO T A 74> Bl ICbi#ich T 2180, B AR O 5547
WM TRt Sl iy O F A0 Rk KT TR 2Rl 2 DI+ iR Wt i 2 Ay
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5] 20D, B ﬁ%@ﬁ%@ﬁ%ﬁzt% SDOT T R DZONWTIIIMNE LT O LEN D
L. ZOMEOZYMEEHETR T H7-DIZ RWD BIEH SN TWA. LTFOHEFIO L 5 14T
@%ﬁﬂ%bf@,%@ﬁéﬁ%%ﬁéﬂé:&ﬁgw.iﬁﬁﬁ@%ﬁﬂ%%éﬁﬁmNmE
TSD21 [25] CHEEWH AR [26] 2SS iLizv.

E=%77] B 38 VE I SR AHEIE 2 B < EATPER AL ER MR RICB T 2 =0T ¥4 =7
(TA747) [27]

BT 7 O LADOMEDT-DIZL VA N T —HX B2 LT-.

B ARFEFCrE, EFERICETAET N85 A—% M ICER 125 2 A B8N K x
<, ¥ & ERG NELRDAEFRHOTT VERHA Lz, fasl TR R ORI
HAM A48 2 1258455 D BT %Té%ﬁﬁ&f%ot

HHNE | B, BERRBRORBRYIMZBA -T2 LT, =r 7 ¥ =7 EOATFR
AR DIME DR VEZ T3 5729 :,20@V/xhu%ﬁﬁbt.
ZER BESNTOET U o I LD AR ERIL, 2 2O LA MY 0TS

a Rk NC, WAHEE L Wiz, — 5T, éﬁxizo®V/xk)ﬁ%liD%Ef
DERFI=TH =T RSN T D AEERNDH D Z L 2B BT ILER D
HEEZ. LT, FHELDL VAN LREOETY VITOMEL KL
RN HL OO0, NFRRELRMWE—DOBISET — 2 ThHZ LM L. BREL
T, ZEEIE, FHEMHZHALOD, =T X =T ROEFERMiROET
JVITARZEHT D HIED G & LT,

3.5 HRPRFABROM IR & 2 F 62 ARl o0 56 SREE M o B

e PR A O ) SR RN BRRFBR OFE R %2 — LT 2B RWD Z2IEHT 52 L35 5.
ZHEBET VDONRT A =2 O ERATIBICERRERFIEEEZE XD, —HFT, F
FRRTHER O L 9 ICERRER & RWE OFE R CREENHR SN FF L HFETH. 2oL H 7k
BAREMOEAZERL, FOLIRT7T Fu—F 22BN 0NEE LEELRLE5).

E=%77] EGFR T790M 2 B MEHEATIE/INIEM 28 Al 1T B4 v AV F =7 (TA653)
[28]

e H 5t h AT Al D S RERNC I 1T DGR & BRIREER OFE R O BIsEME 2 i3 5 72
DIZLVTA NI T —X&EIEHA LT

o NHS OBFELEMITK LT, ERKRBROMSR L —i(b T& 2 2 BEME & 7Hl 5 5 &
ENRH T,

1EHN%Z | SACT (Systemic Anti-Cancer Therapy) LA U DA A NVF =T HEEFO LA
AR B X 13.9 20 A (95% FHEXH [CI] 12.1 ~ 17.6) Th o727, ERHER
TiX268 0 H (95%C123.49 ~31.54) Thot=. DFV, FKABREL X |

U CRAFHB O RN R 7=, D=8, NHS OBEEMNE KR O R 5
L TE DM ARREEERN -T2, £ 2T, Fiin, IHMPRE, RiE 74—

~ U ART — B AT ERf e BRI Bl OEWE G LT

P=ES ZEAX, SACT LV A U NSDA Y ANF =7 B EREO AT R OHEEH

A b |, BR ﬁ%@#%k%@bfﬁ&@ﬁw EERERM L. 2 LT, WHEOHE

EOENE NHS OSEFFERIZ 3T 2 BERRER T — % O — AL ATHEMEIZ DUV TR SE
MWD Z & EWT D ERmmoTT.
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3.6 SMIXIMEL L CoOFIH

7o H MMERBOTET AL, RCT BREERMARLTEN AR RBEETHEIND Z &
%< [29], 43 HOZ T ART L) ICERkA R RICHET 208N HDH. RWD ZfEA L~L
DT —Z & fGT 2IREREE L CHAT 5O EROFEMT CEERFLHAELE LI
IE7e 5 0%) BEEHACRY [30] REEZEBESRINIW. £, KX AT 74— A TEHXZ)
I BN TRBR LNV OT — 2 DOh AT 2308k & MR 2 Ehid 2B 0% BRI
HHEELZBEER L TWDT0, W% ISRV E 70,

=41

RERFZEREEICB T A A FL L F > (HST14)  [31]

BARERBR 12k U CTHMIB X IREE Z TR 2 72 DI B ARARBIC B3 A F2E 215 H L
7.

EI=N=R
H

ABEBIIFDIRETH L=, BEED 8 A O A EHHERERE ZOEH 7 + 1
—7 v 7RBNERINT RE 48) . 72, RUT77&8Xx70 77 AT 31
£ DBENRE 6 FRBEE I TV, BIEORBRICBW T, BlikE KRR E
BT 58 CCRPRIERD) NRESINTEY, B ok HmETSnlz.

FRXH FEA AER

A2 ARLVULTFo NIH 991265/20010769 (FZFHR) , N=107, GL/PL =66/41
B FHA101 (EAP) , N=41, GL/PL=9/32

Blzz H SRR NIH 7 #+ 1 —7 » 7hF%E, N=112, GL/PL = 68/44

kgt GL/PL HARPGEMIZE, N=178, GL/PL =66/122
ARLLTF EAP, N=31, GL/PL=21/10

GL : 5 PR ZEMEE (Generalized Lipodystrophy) , PL : #8431EHRHAZEREE (Partial Lipodystrophy)

EAP : BH|7 7€ X 7 1 77 1 (Early Access Program)

TN

A R L TF o OMREIEINEIZ DN TOZEFT U ARRE LTINS &0 ) RA
(%L, AT N B S -, X 3 DD 1E GIERERTT,
LR BRRHT, MR AW, IEREL LA L LT F U0k
BN RAEHEE L. EHEN-T =21, A ML L7 F D NIH 991265/NTH
20010769 5BR &, LEREEREO GL/PL BARRGAIFIE D& LN DO TH -
7.

ERG %, MI#ELLEICET 2 2 o0& ZE Lz, — XA Lz
NIH EBFAA SR (NIH 991265/NIH 20010769 585R) (ZAREMENH D02 E 5 o,
O — ORI CEE AR — N OZEZ BT L7 Lo A E ok
RizHoW\WTThHoT-.

ERG L, B#7 /v A7 0/ Z AL NIHBHRHERREORT, A FLLTF
IERONFANCENH D Z L2 L. ISR LT, TR 7T 72~
07T AOT =TT A NS, 10D ERTICBG S 729 T
HHLEHBA L. £/, BEHi7r 727077 MFEBRTIEARL, 23y
Fo— b s = RSN TND EfHT A 7. ERG IZFEEITRIE Ll CRdk <
NT-IEENRENTHDHZ EIZHOVWTHEBREEERBA L. ik, =274
Y HbAlc KON NY 7 UV Fli/e EOEE e T4 INE ST CHIE X 7z h
SO Tho7o., BEITZZINOLNEFEI B TLEREE L TNz, aHEIA
TV E EER L.
INSOEmEZIT T, RERIINEICL 2MBHBRORRZEHI®K L. L
L, 7= DOAFAREMEEZEBEICAND &, BAVERBROTET  ABIBIZEBT
LA L. 2o kLT, ZERIL, RIS OO, BEOFBEEIC
B9 2 HiElcE i LT\ D ST 7.
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3.7 F RS RAHAMG Ot R BHE D RF I WS 5 X5 ISR R 2 FE AT
B IR AUBR O REEH O B AL, B A RAHM O REM O BE oA 2 KL T\ &

R B 720,
BT O XS BE DR E KT 5 X 9

ZOXHBGAE, RWD #HWCHERZEEZHEL, BEOSMELEL, EAX

(ZERARGABR OFE R Z HAHT 5 2 & TRt S

MOWEIREMETET DN —RTHD.

=41

RIGWE OB R E R IE/ Nl S A BT A A7 a ) X~T & VR T T
FrBIO7 Y 22 LO0H (TA770) [32]

PD-L1 B8 L ~UL8 0%-49%DH 7 70— 7%, BAERAER Tld7e < Cancer Drugs
Fund (BEEFIBAFIRES) OF — X IZHESWTHEE SRR X » TEA
SiFbhik.

ZESIE, PD-L1 ORBHFA L~ L o> THEENBEN LS8, PD-L1 DFRHE L~
JVIN 0%-49%DHBFE L, BADIEKRN ANEZVEL T 5 50% U LOBED 2 H->OYT
TN =TT TRFT D ENNELE X T,

KEYNOTE-407 382 Tl%, PD-L1 O3EEL L ~UL DY 1%Ai D HBE D 35.5%, 1%-49%
DIBFED 378% N~ L7 v ) A~ THHRELZ T Tz, —J T, Cancer Drugs
Fund OXL)55 — % TlE, PD-L1 OZEL L UL 1% D BE D 48%, 1-49%D
FHD N%B_LT 1) X< 7O FRIEOIRE &2 521 Tz,

ZE 431X, Cancer Drugs Fund DAL 7 — X N FEREEOIRIEFRE A KM L T\ 5D &5
Z, 0%-49%® PD-L1 BE L)L DY T 7 )N—TF 2 ELATT 5 720105 b 7
R TH 2L Lt Iz, 2L T, CancerDrugsFund@&&ji?j ZIZFSN
T, PD-L1FELL UL 0%-49% DY 7 7 )—FIZOWTEA ST 2T 72,
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3.8 RCT nbERsb sz, HDHWIE ICREBESNTORWERIZB T 29ROHEE, HDHWV
VERARBRRE SRs D D IMF

e e 50 SR At D R At e SR S [ & B PR IR D e RAE M O Tl 2 M 6D 2 BRI RWD (3 EE e Bl

BRI

=41

COVID-19 {BRICBIT A ) E~T+ A LT E~T, =)L~ hLJLEL+T k
JFEN, YirbtwT, hUY<T7DMTA (TA878) [33]

FRIRFER B SRR 2 BT 272018, B FEHRLeT —Z 2H L, &)
BT — 2 nbBRs anicEm ) A7 R E SO TR EHEE L.

EI=N=R
H

#[F D OpenSAFELY 7 — % ~X— A%, Office for National Statistics (ONS) , AP¢
%% DIFEbERiEk, BlEsk, Covid Medicines Delivery Units (CMDU) 7¢ oD [E]

—HR=ZAL YT L TWD., ZOT—%ty MIRENHNL, ﬂ&ﬂ;ﬁéﬁ
Eﬂ?ﬁéﬂ HECHBIT DA I 7 v URRIATIRFIZE T D Mclnnes LAR— & [34]
&% COVID-19 HJEfb A VA7 I —T7 2 REL TS

TEHNA

OpenSAFELY O =7 — Miff5ta HW T, FIHAIREZ: RCT M bEpdb Sz, H5
DT R IR TV RWERICBIT 2R OHEE 21T - 72, BRI E
MAEVERFEMEIR B2 Fi > ADFESE COVID-19 D U 2 7 Z AFiR, JELHRZHWT
REAFIGH & el LT,

ZE X, OpenSAFELY 7 — X X— A D7 — X et L, O +5712
IToNnTnWb ELe. Zo7—#I1%, EEOFI 7 v Ehom) 27 fEx Kk
LTRY, xpgy—4% Y —2 L OB LIRS E2 A2 E T 5 8)
BIBREE CORENA T ADY A7 #EEJ LTz, £7-, ZEST RCT LIET
B IAERER OFfE B A& el L7- Hill et al DRFERERICE /R LT-. EHELITHET
Z LALGRER DOFERD RCT OFER L FIE LizTod, £ ORY M2 EEMHE L.
it OFE R, OpenSAFELY 7 — 4 %, #BROMEHTET 2L LTZITAR
5, ANREROHEET LICHHER SN Z LRI, L, 1B
RICHET HEmE TR, ZV X MESNTWVWRNWZET V AORITHEHD Z &
BIE LI ST,

ABERIZONWTIE, O T U AEHNTHESN, &Y A7 BEOERIC
BEREE 2RI Lz, ZERIE, & A7 O ABE# % OpenSAFELY &
DISCOVER-NOW T — & ~_— Z|ZFSUNT 2.41%70 5 2.82% & #HEE L7-.
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4. RWD {5 s DR B A

ZAUETIZ RWD OE A% &5 EH 2 #85r L7223, RWD &5 H T 2 BRI I3~ 72 B N
ZEEL, BVWEORWE #8450 MNDH 5. NICE real-world evidence framework [2] TiX
BWE TEHECTX 5 RWE Z#ET 5720 hm,uT®30®%KﬁwL%9M%#%é&Lf
Wwa.

® T — XD (provenance) ZWFET, VI —F 7 A 3 L Dik4M (relevance) 73&
, BIRLZZRWD BNV Y —F 7 222 a NEZLDIC TR ETH L Gl 42 1S
%)
& FHMEDOH D HIET, MEFHENOHEDERLS L OHREICELETA T IV T 1 &l
RLTZET VA ZAERT S5 ZEIT 4.1 HSH)

0 NATADY AT Zlg/ BRI Z, NHEFEM: %2 BT 200 hiEE2EHT 2 GElL 4.3
THZ M)

R OFEARF AN 272372 0121%, RWE OWFZE & 3l, i, M5 2802 4.1 RIS
L%%LTRWD%%%T%ME#%%.

4.1 RWE ZHEL9 DR i) o B S 1H

NICE real-world evidence framework THAIT & #17- RWE A 51) 5 5Hl, i, EDK AT
v I CEICHETREFHER 41 ITRT.
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x4-1 RWEBEDRRATYIICEITHEELGEREEE

T BT U AEEDERE HE /B EEIA

A & VH—Fr xR a0, WEEEE HTAEERE TU b
7L, HEE (KRB L UOREMRE -2 5Te) BLOHE
EDX—7 v FHEDT, HIEICERT D

® HRICHIEAEHE L, MATEIEA G e ha v E AT S 8

o T—XOHAHETHY, +HRELV—Fr=AT g
ICEZ DD LT — % 238 IRT 25 GE 4.2 THZH)

® —RT—HIUELEIHT AR, BF LEFREMEOAHZE i/
FRICHNZ 723 5, BEHRLOFETT =X %UET S

® EiE F—xHNFURTawR, [TEHEE LT — ¥ EH
FOBEMEIHE>TT— X 2 M TS

ESy) @ NATREZBELTC, VHh—F =R 3 10T+
A v ERERT IR E OV D

® EIEHTOoNA T AT N T, NA T ADEERY R,
AHERRT —F X2 b— a2V G EOREICKT D%
OEMEMNEZ T 5 GEIX 4.3 HZM)

® DA LTI VT 4 CEEMMRT DD, SERFEEYEL
7'a ha i ERk L TEET D

ey ® S L7-WFSEE N, WA BBLL, MREMIRL, Fomi L
PRI 2 HfR L, #F502 ISR T 5 X 5 IR0 &,
HEY, W71 o, WM Ak 23 smE %

® WEHIZIILLTOREEZDD

T—X O, &, %4 GEMIX 4.2 HSH)

F—HFal— g

BRI DT — X D> 5 B FRNT F T O BE LR OHERLIX

BE ORI (RUT—FZ25T), &L EEREHDIE

BRI D FEA

S S NS X 72 AT O OFE R

&> HRTEHE S TV o T EAT I B RE S X LT
T5

> NATADY A7 LB RFAG Ot G~ D — kb
A HEME O FEAH

> WFFRORS &SR OMR

NICE real-world evidence framework ¢ Table 1 & ¥ —#ekZ8 U{ERL.

VVYVY

A\

WD THFFEORS L FEROMIR) 1B L CiE, BRAICBE LT (I OB L) K
JERHTRoNA T AW 24T o= ECHET L2 EAEETH S GEIT 43 HEBM). Lipst
(CEFEBE RS CIE, EMFTREEOFMA BN E LT —4 Y —AE 3T —F _R— 2 OFHh
HTHY, 74—V VT 4 HETHRT XEFHI EMA ORI 7 b UTA FT7A 2 [35] Rk
& [5] BB RD1259.

18 232 % TIZ, FDA @ [Considerations for the Use of Real-World Data and Real-World Evidence To Support Regulatory
Decision-Making for Drug and Biological Products] T 7’2 b 2 VST RRTAMATRE &L LTW5.
https://www.fda.gov/regulatory-information/search-fda-guidance-documents/considerations-use-real-world-data-and-real-
world-evidence-support-regulatory-decision-making-drug (7 7 & 2 H : 2024/11/27)

VS —2fkG, 7V —=v7, B, B, TR — 2 2 HET 57X,
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https://www.fda.gov/regulatory-information/search-fda-guidance-documents/considerations-use-real-world-data-and-real-world-evidence-support-regulatory-decision-making-drug

42 F—H2 DM

RWE Z 8T 57-0121%, UV —F 27 2L 3 2T 5 RWD O ATEIC W TEANEZ §
S THHTERITTR 220, ZHE RWD Z HWEFEERICE TIEELSZ & THY, FDA
@ Considerations for the Use of Real-World Data and Real-World Evidence To Support Regulatory
Decision-Making for Drug and Biological Products [36], ICHMI14 (A7 v 7 3) [37] THEERD Z
EMBAREA TN D, B RFIMIZIIT 2 RWD IEHRHZ IS W T HESN < HTTED,
NICE real-world evidence framework T% RWD OHft &5 —Z O'EZ#AfkEIRL, VHH—F 7=
v a T DT —H DL ONTHAT 5 Z L 2 RDTND (K 4-1).

T-HDBESE = F-HOHEPR + F—HO0 fitness for purpose
— T—-A0&
— T-ADZHME

B4-1 T—H20BEAEMH

NICE real-world evidence framework Tl¥, 7 —# O &aMEE —H L THEEMIZIT 572912
[ — & 5 & PRI —/V (DataSAT, Data Suitability Assessment Tool) | (BI#%) Z#&/RL TkV,
£ A2 DOBHRTT = OWEMEZRH T2 L 2R LTS, 2oL SRy —LazfnT, U
Y—F I 22X a AT LTHEAT % RWD 23R LZBE M 25 L T < 2 L3RRIz N T
LEREEEZD.

K42 THDEEMEHAT IROER

HHE Bl
T2 DT TR Y= A T—HORHY, WEFHE, ALy DRI, T—H AN
TR
T—HDE WEFEAIZ WD B EBIZH>WT, EFE, 88 (completeness), (M
(accuracy)

T = OF%4 ® TF—XaU T Y BHETLHEMOBERKERE, 7o ML TA,
W BOWY/RERE W RICT 27200 T — X BERNEGEENTND
2> (availability of key study elements). % D7 — % BHRORIE T4
D>, LRI RCCHIE STV 220,

® T —HINLyY  EITICHWAEEARL X —5 y NMERM O BH R
PEDFRLIME, 1R 7 vt ALERBREE OB, KM OREIZfE 9
BRI atex (k7T X Maegte) BEOT U M A%

® T —HXORHE  SHTERDY T NY A X, SHTEEARD BRI

4.3 L##hH: (Comparative effects) ¢ RWE #5559~ 2 B OB E

Hel s AT B4 % RWE 2554 288, WEECTEEOH 2 HiEE WA LENS 5. BARK
(21X, BRARA7R RCT Z285uik9 % X 912 RWE O E2 T A L, &, 1WA A 7 A, K7
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SN INT LT & DREHRAT FiE 2 W TREIT L, JREE TR0/ 3o 7 AT 2 AV TRESR
MM ARG T 5 Z A HER S D . BRI [5] 213U, BEEHECRY (38] [39] [40]
[41] TH RWEMZEIZEET 2R EA, BPTEEEICRI S TW 523, AEE CILNICE real-
world evidence framework THEEL I TWWNEZMEL T2 (X 4-2). FEMIIRE ZER WX
T2V, Z IR ENTHERETE L, SR D RWE OB A2 ESEDLZEE2BERLZHDOT
HDH. TNDIFARINISCHR, EEREOREa Y —2 7 A, [EEER ] - SRS
DRANTZTZIT A ATA X ANLEEHINTZHOTHY, 5% bEMNICEHF I NLDL T
EEDZLETHD. BB, T FMERBROT I A %, am— MFZE, H O RFgE, %
Withse, r—A =z bu—Uifge, HEFERBRERFER H D 200, LIFTIEFIET 50— A0 H %
REZWEEESILD RWD Wz adk— MR (FFIE 3.8 HBM) I X OB RF5E
(FHX 3.6 HSH) OdOMET FA U NCET LB/ T REFHEELBNT 5. IET X 2k
AR 2 O TR R A HEE T 2 72D OFEHIFIEDFEMIZEI LTI NICE TSD17 [42] RoHd%E
Ry [41] 25BN =72 & 720,

RUE AT

HAIERE

Target trial

approach

EEH) A7 AT

X 4-2 RWD Z#AWL=aR— FAEDFEERED-HDEEEIE

PLTFICEEFH L LT, target trial approach, A#& & IHH/ A 7 A0 E~OXRAL, FEEE3HT &3
AT AW O TENE AT 5.

o FHMRYZR RCT 2 Hflkd% &L 512 RWE DHIEZ T A 3%

T U LMERBRTIL, fmPRAY E 72 I rT BB E ORI HIK S D Z &7 <, BRAERYIZIEEE
MESN7=TdHA5 RCT (target trial) ZALMET D K 5 ITWFGET VA U 23REHT 5 Z LR RE S
THY, target trial approach, target trial emulation & J XAV T2 [43]. FEARAY 72 B PR AR & B A%
FEYE, JRIEETE, BRI TEE, BB, T U ML, BEROB DKEZE, ETEIEIO 72D
TLCEREL, ZOWRBRT VA &2 LT RWE DEEZT A 35, ZELWRCT % 9 £<
il ¢ & iU, BEFEDOT —4 2 HC, target trial 23 F i SN 7=85E & RO K 3R O H#E
EME (T o H biREERLS) /52 L L 2.

206 20X, RIRAER X ORIRIERIZHT T2 sleepio (2B 2 NICE @ STA T, ENSIET X AMERBRE L
THEERP LB RB R ST 5.
NICE MTG?70 : https://www.nice.org.uk/guidance/mtg70 (7 7 & A2 H : 2024/11/27)
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® A& LAFHANA T AT TR D 7o DI 2R R E RN A A W TREIT T

IR LTIE, £7, KRICIEBEN R KGR 2 FrET 20BN H Y, BEAFCHER
FDOER%2FIZ DAG (directed acyclic graphs) Z{ERk L, [KERBROIGREZ AT 5 Z &03—
RETHD. DAG ZHND AV v bO—DIZHET NE TRWRERTH DML, @R,
BIEEB ARG CE 20865, DAG Z W TIHBE T RE KR4 FE L, JERT§E
PR G IR F & AR TE O G R F 2 XA L, JE ATRE 72 B8 18 DU TR L T DR HEMT F15 %2 1
UWNTCHRIT 3% 2L,

RHg~Dx T [5]
® T VA X DA
> PBRIE (restriction), ~ > 7 (matching)
®  EMIENTIC X D ARAGTEE
> JBRIfENT (stratification analysis), [AlJfE7 /L (regression model)
@ NRT UL RATIT XD K
> fHmI A 27 (propensity score) 2& Wi~y F 7, A a7 2 HW-E
AT EAT (weighting), A1 2 =27 % W72 3#E  (adjusted)

IO OFEITATRENE, M), —MRAEFREMED L — RA T E2BRE L, &FIEORH
EHEEZ CRIRT 2MERH 5. Ali et al. [44] 1T A 27 & FH T2 FIEO R OE N
AT DT IERIZOWTEIE L TEY, Cepeda et al. [45] (XEIFET /L EfHI A 2T % H
W TTEDEWZIFIZHOWTEI L TS, EAXIRF O TH I<FHShD 320
FiE (AIFET L, HAA T 2R~y F 7, A a7 2 AW mAA TR off
W ORENT 2 T ARSI E .

THEMANA T AL LTERICHUERZE (W7 TV EROBEITRGE) BEFoNnHR, T
UALZHWTEER, 7Y A, BEELZERTHERIE, MBRICHGADEEEZREL 2N
LERDOZYMEE (BEFIELED T) NUT— a VR CTHERT 2 Z LRSS, N
UTF—a SPROFEMITEAE 2 O®RES [46] 2RIz, AT AVEHOT U B
T LDOBE, EMEL TH, BHREN 100% THIE, BRSOV TRFEHEEEN G LN
L7280, BMWRFREZETHERZERINT 52 ER#EREINS. ZLISMNT S prevalent user bias
(BETFAL G #3447 A) & RET 572012 new user design, 1 )iASHE & BE T D 72 9D 12 TG AL %
BINT D Z & BN RAE N T R HEET HT-OIITA R TETH S, Immortal time bias
(RIERERIANA 7 R) DMEE SN D HEAICILBBBRMGI S OREICEE LY, T Rv—7
fENT 2 A= 0, IBBRBR AT O R RHEAFIE DOIRERR LD 251t % G-method 72 £ D )51k [47] [48]

2 52472 DAG IIERR T & 720 =8, 3% EiX Modified Disjunctive Cause Criterion (2 X W ZZE & itd 52 & H—
RChD. BEOCE, WEOER, 77 My AOBR, ETTORT Ch 58 EREEMNTD. 27
U, BEEBIISMT IO L, BEL T U b AOERINTH D RMEL SO 7 v % o & LA+
% . VanderWeele TJ. Principles of confounder selection. Eur J Epidemiol. 2019 Mar;34(3):211-219.

RZEAMA T LITRBOZITRT IR THETH Y, EARNITBE SN WEROHAGDOE TRIESIT T
L XOBBREZT T HMEOHEM TH S, FEMIL Rosenbaum and Rubin DFR L& S I -\,

Rosenbaum P, Rubin B, The central role of the propensity score in observational studies for causal effects, Biometrika,
Volume 70, Issue 1, April 1983, 41-55.
26



T T2 2 L b MELERDTES S,

RPN LTI, RO H L%, RO, KA D= L%2ZE L LT, ZEAAE,
TN IED K HER EZIIT 07 2 FIEO W) bR E) e ff a7 15 2 BB 0T & 3 0 TIEIRT 5
VENR DD, FEANIRERH AR [49] FaeZREniou.

a7 LR AR 2T 2 W2 GiE L BRE T A OEY, N ITIiconT

I 2 27 & W2 515 & IR E 7 LV OR 8 A L L 72 R 2 LA TSRS, 20 RH 8 % R
L7 ECHEGHIRAT FIE 2 BIRT D LERH 5.

K FIEDRHE D g
[BJFET L i A =27 % = e A =27 &2 =
~vFT AT AR
EFILORE TR LAETIL BT T L Rt L
PR AEATHE DIFAE & A8E 2L HY L
HIBBH RO E LHERHER LOSBE 2L L
oY
AR B D53 AT DR TX RN T&5 T&E5
Estimand AL LT25E %< OE, ATT (> | ATE, ATT (BRHMEEN
ATE FTETZNREDH) W WA
(B L 22 WEA
conditional ATE)
T I DRRIN SN DT L HY P ANA S — A B
— % DA
Off-support DL 24 aEhD 5348 aEhD

ATE : Average Treatment Effect (24D ¥R ZNE), ATT : Average Treatment Effect on the Treated (/" ARE
DFHREZHE) . Alietal. [44] O Table | 2B E(Z[AFE T /L OFI% BN LIER.

W FIEE LT, 2084, TRRET V) 2 MR a7 z2HWie ik 2f/H+52 &
WZRBIEAH. ZINHDOHEDEND—>E LT, Rido@Y, BFET /LT U A LI LT
TV T, HOAITIFRBICH L CTET I I 2IT7H 2 ENETF NS, F0izd, EbEb50
FHINEVEY R ET VEBE T DN THIEZRIRT A LN -RBTHD. HIxIE, 77 bR
THETHORTHY, —HTRBENPHETRVEVNI XH)RRITIET 7 M AT 5027 ¢
v7ERE Y bEAA AT EANET T a—FOFRBVWERNH L ENVI 2L —Ta b
HMHNTWD [45]. F/=, HAAa T2 AW~y F o7, BRI T, BES RO
WLV HEBOHMONT U AZFTMTE 5720, BEFVOHEEN ) £ Do TWVDENZFHE LS
FTnEWoRRbLH D, BBEEZFMTS A2 T72E T 5) A7 —U &7 U M AR
T2 (BRI ZIT)) AT =20 2 DO AT — V2450 TIT 9 FiE (2-Stage Design) [50] (2 k&
v, AT EANET T a—FIC Ko THEE SHIZERD RO KEIM, EHEMEE2EETD 28
HLREETH DH. Tz, EiLoRIRLZ@EY, TEUFET V] »» MERA 27 2 FW-FE] TiX
estimand 23R 5 MICHENLETHS.

® ST & XA T AT A2 A THRE R ORE R 2 R TS

XIGAEH, BREE - T U b L WEROESR, SREE, TS LR EOBIUIT R L2
DIEDFIET D0, TOREELER L KRN E D BT 200E3 0T 272018, K
BT & £ L, REROBERMELZHER T2 I LIFHEETH D, BESTITMNET A DT

BELAPIHICKRE 2D L5 GE, BN oBRAT 25 —2A035H5. b LAILEL IPTW 2 5.
BRI A T OB ER > TRV E X, off support & FEIEAL, off-support % FRAM U7 4E M CRIRHETE 21T 9
Z L T positivity DFEE RIS 5. @F%, EUFET A TIZET A E2HAWIZIME (extrapolation) %71T > TxH
T 5. ERA T IIEREOMM A 27 O % il 5 2 & T positivity K O RIRILSFAEETH 5.
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DORERRERZRGIZERL 5 2703, Z< OGE, FUEN L Mags 7255 1okt U CREE 5 HT 23k
oD, Flo, N T ADOEBEIZOWTHIZEMRMNRELERE T 20 TIERS, ST ADE
B VRN EORELED D DN e BB T2 7 A @t 2 FEii+ 52 L bAHT
HD. BlzIE, EOREORMEDIIER T B2 FHUSERNE S 20D EFHET 572912 e-
value 7 7 0 —FPBEINTND [S51]. T—FFalb—var, REBRT VA, et 75
(2T D AR OTEENE 2 D 720 OB 2 BRI RS, BIEFFRICE T 2R E D Hr OFEf X
R [39] [40] #&H X720,

ZOMOBERE LT, T AMERBRICES 28T U A0 EMZ 1E 4L 3 DRI
MR R LB B 5. Campbell etal. [52] 1ZFDA A & 2 [36] [53] #B5Ex, ¥ICm
\JC FDA HGERRICH M E EET HBICRWD 2R TEX 20 E 20 DRA T ) —=0 7Y — )L %
WALTRY, IFHEMNITEY NEBITRDIEAD. £, BUTRICHZE 0 havzARL,
L OBFFEE DPRERZ BT E D L O ICFEMZR 2R A B R 35 2 & bR T2 LT
HETHD. £z, 42 HOBY, 77— X O@EAGWEZHET HEREBRIETETHD. b
DONEITIEFHTRICB T DBIEETHY, FDA WA XU ATHREEOZ ENRS R INTWDHA,
BE[E NICE T2 A5 > RWE BRI Z ZE THEMiR 7 L— AU — 7 R &N T
WD RITE X R OB 2SO 2 M CHOAHTH Y, BRTHAEK IO X 5 2EtntThd
NWHZ LIz,
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aT L ETUFMEOTET AL UTHERTREEZ W DB E A

FDA 1% 2023 4= 2 H IZ Considerations for the Design and Conduct of Externally Controlled Trials for
Drug and Biological Products Guidance for Industry [53] 238\ T, SMxHREEEZ W 256 O®
HFERHAZEHL, RI77MIA X AL LTARLE. FRMITRE L RN TZIEE 20,

M EIZ FDA DM IO RWE 2 AR & LBl 2B E 2 ¢, 7—% Y —ADH, FHiEHE
DEZEME, JBIR - R SEEORESE, SRR O EREREE, RHE O LKA+, immortal
time bias, FR50HH, KM, BHAKOMELR EWEL WEFEZR L. ok, BEEHRRY

[30] THIFHGHIC RWD MBI E L CTHIAT 2BROBBERZEIEL T, S
Sy (WIAN

%7z, Campbell et al. [52] %, FDA ORD %A HMEORIIEREIZEE T 5 RWD & H\ 5
BRI, FEMirTREME A WICHRAET 2720 RERY VY —RAZE DT RENERFT LA 7 U —
S Y= EZBFEL, RWD AW T I —F RN bZIT AN ORI AR L.

Regulatory feasibility assessment
EffectivenessOEBATE T Y AFARS BIcH(CRWD OERZ IF U b I SlcshlcihBEEZBNEZMRA |

1. FERAEE P> Ay b= = A5t ape BT v IR ol BRI AIRE 2 CLSBE (LT, ST FEERBAD]
KB, BEORHFEEIEERD ? WRFEREOUAINE ERE CHd
2. RCTIHmIBAINDZEITRIRED ? v JSUNEEMBOFREL, HRFNSEENREZEZDEIFMIENT
Hah, RIFANBNLEN

or/and
v SO ZOBH AN IREDHRITABIEED, X(EF >k —
AEMR I DD GFE CERVFERVISIZ N EL TS

3. BLOHdEEFHmIER EN ARG T v TEFHHER GHET, EMOZENNETHS
ZEHRNCAIE CE3H?

4. BEIEOBRREIHETISNTLSN? v FHIER SRR BTN VME S OBEITED T T bH ADURSE,
BARITOOBE DR EN S FAIRIEETHS

5. MMCEDLSBARIERRTES Y ZANRIARIEEN? v BIFOEN O+ CEIRSNEEFRARC LD, MOEIECRhETD
BB ABIEC 3 T S5l SRR OB NG SN TS
v TAEBNBAN A LEYIR—155
v BUEEFHNRRICE I HBOER OEHI OV TRIF AN DS

FERATIERNEREGROMBRIRNE IR T HEENSTS.

6. ABNBRINASVITEEEN G BE VBT D v SEfTOREE (RSERRELY) OEREAIHABENRERELTVS
TEST VA (FHdh v BAICEhEEN zcomparative effectiveness THZEDFERIEASAE
PhERARIEUIT

Scientific feasibility assessment

RWDICE D WA HEERE # B AU R SR, FI2FRWDICE D WSAES JU LB BEL O 2 R 9 dicshDrafER
3T B4 >& fit for purpose OFEIRAIFE R MM T 5.

SURF : A Screening Tool (for Sponsors) to Evaluate Whether Using Real - World Data
to Support an Effectiveness Claim in an FDA Application Has Regulatory Feasibility
Campbell etal. [52] @ Figure 1 % —# ek LIERK.
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4.4 AARIZFIT D RWD JE RO E S H

23 HIRLz@Y, AARICEBWNTS &SRO 7212 RWE 234 72 AR D72
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