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12 November 2025.
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XLBIC
AIETIE, FEDOY 7L 7 =L FF5—% (Real-World Data: RWD) /) 747 —1L Fx
v’ 7 v A (Real-World Evidence: RWE) OHEEFIHDO LA NI 4 v - A X v 2% g

L. koonz NEGHE] & [EEM] ZHEL, Z0oR#EEs Lo@EzH o2y
%o



#2-1. EED RWD icko bz [EEHE] & [SEME] o HBE

JHH HA (PMDA) KE (FDA) BRM (EMA) ICH E6(R3) Annex 2
(LY 2 P UIERADOEARPZE 2 |RWD BE#EN 4 £ 25 ) E6(R3) Annex 2 Draft (2024)
~ ” . B Reflection Paper on RWD B
I 77l MERPEHERO -0 O fE | (EHR, L2+ U SRR Oz 2 VERTAR 1< B 3 5 — AR EU A

M- TRWD {54E1: Q&A ] %

L)

(2024)

i ICH M14 12 X v #§58)

RWD D E# & Bife

LY A MY - EHR %% &t G
BETOET— £

PRFERCER, FAk. LR b U

BIEMTTICH W b 5 ERERE T

— 2%

EREERTOSRAT -2V — R

EA& M (Relevance)

AR H IS &3 5 MR, BRER,
7 b o, HEBOMENE -
BATREE O SR (RFIC SRR

B - SEE RS - B OHERE

HEICIG U 72 0 REEM] . WEEE .
T v b HLDEYE - HEATRE
P (comparability) R - B
RSB BER D —EL

7 — 2 ORFM: & HIE R REN: - B
fifisd H o A FHvTREME - KT - WFSE
Hewicigd o L7288 1EYE (fit-for-
purpose)

HIWICABL 727 —2HHOFH
AlREME - FHEIE~OBHRD - Y] e
FE+s X CMadrE s (et
fii H iy > RWD {5 H 1% ICH M14
THCH)

S (Reliability)

7 — 2 iE (EHEYE - e4t -8
PRAfREYE) - FEE - FeEko %

fiii + BRERIOTERATRENE - v R T
LN T —va v

EfEYE (accuracy). ettt
(completeness), BFFAIHENE:
(traceability) + QA/QC @D HH

s BEGEE (ICD-10, CPT 7x

&) DAL & 2 Y HERRGEE

7 — ZEEERE O —E M L e A
M- AT, LB - H=E
WERENE (traceability)

fit-for-purpose JFHID T, {EHEME:
I3 accuracy, completeness,
traceability TFHli - 7 — % O H
ok &N LIEE o B H E A




HH H#A (PMDA) XKE (FDA) KM (EMA) ICH E6(R3) Annex 2
PMDA B s (E3HE5hL ¥ &
NN . EHESLYZMY 3 )
U ; fmmi E% i IND/NDA/BLA f2Hai o EE ||[RHEBI S HIE 28 U 72 B 80153 |[RWD i&F I 3R & & o FHhi

HETHER O HESR FEF MR, ERHL YR MY . . A % L s & D
St oEmem ] ) i "
i%
SKERH TG U 72 RWD i H

SXERTE & oo BT (5] = ARES IR BRIR AR, B2 ||FMES IR, BEIFTEeetic |84 7 R - K& D /MU E%ETF 2344 ||Quality by Design (QbD) 7 7

JEE) —HCHATRENE - 3EE A T X
~ O P A3 b B

B B LT REVE D FELR D3 AT

o —F DMK 5N B

S - RAEE

LY ALY oEE - R - &S
HxLoNRBIME

7 — X DI - EFRDCEA.
RHSGECTOYR kD o %

WHEEP., 7 —20ER, HIRFIH
ORI NS

WP FIBUHE - WAL ATAEHE % (R
T3t R BE

10




FEOBADOLER & W Zh OO

“fit-for-purpose” D JFANCIE-D % | fffF2 HAVICIG U C RWD ol & & (ST % FFEifi 4
% L\ 9 E 2T IE T T ORIHY R HaE,

IERENE - SERME - SBIRRTREE &\ 9 3 ERE AW & 3 2 EFME 0% 277 b KE
i,

HHIY R & oFFim o BTN, B X OWERN: - SCGEL & Wz o B2 R &
nTna,

AR E LT RWD ZH W 28551013, B TREMERECR  (confounding/bias
minimization) A3 ARREHHEAIE L CEEI LTV S,

ZNZh OO :

ICH E6(R3) 1% HHIHIC H57 72 3735 C IR AR - Mot A iakam 2 f24t L, fhBBE o 77 4
£V ADEALCAIEDS T b5, HRES TIRAER RWD ¥ — 2~ 74 £ v 2%
~LCELT., BGERIIEERHYRoHERICERLN T D,

HA (PMDA) Tli. V¥R b UERAH & &K - BB, FHCE - FIHFOF
TElfER 7 &L HEEE DS R 72 T~ & 9255 Lo FAFICHE Sl A CRE ICHUE,

KE (FDA) 3, & RWD ¥ — 2R L L 2 @B O T4 X v 2% B L<BY, 7
— 2V — 2o BARNEHI R B &, Fric, LY R M U, EHR, Claims, #8558
Bz Lot LT, FRFNFHEES (variables DMk, KIE - N4 T ZOEH,
B XA I v IR YY) RHHIEICGIER L TWw 3 EAREITH 5,

B (EMA) (3 2024 4EIC Reflection Paper Z /A% L 7225, M3 FHRA 2 1ER 7 4
Xy AFGEIC W T 7 AR O BRSIC H 5, FEMI T, ENCePP 74 F 74 v
LY Z MY R=ZAEDHA ZF v R L OBREGHERSPF I T, B2
FIE R OEBRICH B L2 B,

F*2-1 12, HEBIHYE2 RWD o#HEFFICEL ko Tnwa HEagH ] Lo [EEH]
DHEZSTHBEEL 7=, UFTIZ. AELAZSH Lo, ZHEHIBIcE T2 EECEMANRE LT
oW T, BHXED LICFHRT 5,
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2-D. AFIcBF 2 {BHNOT LD (LY XY 2HLIT)

AHCIZ. HARFFHEEEIEUET 2015 25 W T, HihBERMAEO FEoMEEED 5 C
itk ENRFEERET 2720, KESRY A7 LOMEEF LTV, EEEREHRE
WHLZERIRRRAA v 7 708 E T 22V =Av -4 /) _R=vav -2y FT7—=27 (L4
T ICINJ &w5,) DR ED 2 E0REI Nz, TR, HrxDEEL YA Y D
R CIN OHEEIC B 72 ) ST~ 2 HIHOB(fiasEDd b, LY R N Y 2GRS 3 Y
R O FRFREOE M TOI., HPo A, Kl - wdEE, NRIEMRE,. IEEER
BREKLTHARL YA MY BRI Nz, FCBAETIE. Fidh1rd 744 7,
OB INRDBAENRE LIV Y2 b ) A E N, 2. %%Ué’u)%‘ﬁ%@
B CEOFREC, HEBOOKEICLY., 2hb LY+ Y OFGEH AR i
LT3

MM 513 2021 4 3 Hic [HRAFEHFEFCHBITE2L VR LY ofFERICET 2 HEAR
EZ2hH1 L TLyR Y F— ﬂ%%£$ B ICHA T 256 0EEEERDO - DEE
Ml 22202249 Hic [MBEERRCERIEERICET 2ERICEE (Q&A)] 5. 2025
3 A TARNREBRICET 28ERHE] ‘BREI T3, chbiconT A
M) & TEEME) CBRT 2 L 2 A2 HLICERT 5,

1. Relevance GE&H:)
RWD i (relevance) (%, [Xf %’%ﬁznnaﬁﬁxﬂ P - wefiHic s LT, WS
AHEZABUC IS LT, U T — 2 BHWIGHE S 85 L wiBlurbflidhn s,
o FRKBAFEERY L DEEAHE!
RWD 2w 542 HRICIG U C, Gl R & 35 5EH - B8 - 77 b A 2 DIE#HK
BTFICEENT VL L BRETH S, Fric, HMEENIRCERIREE S LT3
Gitt. LY ALY OREHCIEIEE 23, EBGHHEFEICE O ERLFAKRTH L 2 L
BRDHDLNG,
o HEXTWIREMEDRELR ¢
HLERRTIREE & LC RWD 2 v 2 8556, BURIIHE. Py Al S REE . OF g
B TU N LEER EBIRERLFIRTH 2%, HERTREMEIC D W T I Ei A
TORENRD L, TN XY ZREDR ML L REHEGERO Z S E R I NS,
o FT—ZXR—2Z (LYR}Y) W& ERHEE!
FIF3 2 RWD 2380 X 5 =t REM. B, BRI, #HE ARG i@%%-m
TNT IO W THHERIGHRIIR KD b s, FHCHIIRMHER. 7 — & M
PH. PRI ATREMESF ICRE T 2 STEDED DN T W B RE N H 5,
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2. Reliability (fS¥EHE)
fEHEME (reliability) (&, 7 — % OIEMEY: (accuracy) . 52t (completeness) . — B
I & CBIREM: (traceability) i W CEHli 3,
o WEEHOERI O ?
LY APV REZEICK ST — 2 AT) - IR5F - LGET - BEEICB 3 2 5 F S X OFd
ORI N TEH Y, FHE D C 2 2RI o 2R - BUS T % 2K{123kD 5
Nd, TNITEY, BITICHGE T —2OHREMLIEROHRIATRE L 72 54
o ETMRERLIVRATLANYF—vav?
BIICIE - SRfFE S 7 RWD B L Tz, [TE3EH O % g o FE it D HEHE |
(Good Clinical Practice: GCP) - FE%%#@%&W;J& HHOFHE | (Good
Vigilance Practice: GVP) L BEFT 20 AT L) T —v 3 v, %ﬁﬁﬂ@%ﬂﬁ@éﬁ
TE - RN - At OMERPLETH Y . 554 T 2 JEE I ABA* D ESF KD
biLd,

* TERMNFE ORI IIFIHFEICIR 2 HEFICE T 2 BRNGEHEICETEL OO W T

CERK 17 4 A 1 BAH O 3REFE 0401022 524 74 B3R 55 REm)
o RERLDOXIG?
FEBECHEAEREICEVT, 7—20JuER (FERD) 17 7 2 XT[HETH 5
WEDBD 5, FEROMREIRIE. 7 7 & ZHIR, FEZ IR 75 LTI2D T b B

WKENTWBEZEBEEND,

RO [EACIE] &k, IR TEA] LEn vz, BFEo A oS3
SRR T, WAERARE R ICED S TEAMIER] 3. W5 EORRCILIERD
HHELZRTC eMEAREELREINTEY, KERICE T 2 TEALE] & v ) KRB,
FCER I N TELANMTER] 2BRT 20Tl iicHEI NV,

o FIHDOERERE L LHRARF S
Matftrattis X O 7 — & 27 ) —= v FFIEFITHANICER I N TE D Zich]
ST INT VW BRLERH Z, LY XY OEE - BT I BB
IGxATo 7256, Z Ot e R HEYNOR I N BELRDH 5,

3. & - FRAH Ol
HEEE 3. LY R b YA CERE. 7 — 2824t B, IS - HiET~
DXL 2 & TR 2wk L. S22 20 I B AaRE - Bl % nlgE L
TN EMEST S C L,

4. PMDA HHER D HESE 14
HEMEDHIWICH 7= o Tid, EIESEBEER AR (Pharmaceuticals and
Medical Devices Agency: PMDA) & OXHBIEE 4B U T, 7 — X &EE SRR
W OBEYIPEIC DO W CTHATICHET 5 C LA HERI N TW S, FRicgRE T —42%
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WEEPTRIEAREE R L YA P Y 2V 25EI1CiE. PMDA & EEIC@EE (T
v, FHEERHIO G 2 A L TE L I EBEE L,

LY A MY F—2 03EFRICBE L CTid, #EAMSs X OEEE ORI M 721k
filfEE D720, PMDA 282t 4 2 LIT o 3 FEOHRA N 25 2 & & 25§
INTWDE, LYR LY OREEEERE - FERIN TG % 7R 2 72 — R B E 1L
[EFF/L VX YVEREZK]. Lo x b Y offifEHEIc > WCERBERICHIL 7
R o2 1M R G H o 78 R E 2 T 5 TEER/L Y X Y FER-GFHEN
1. BRI RITE 25 £ o 72 B < ISR 0 BRI 70 TIES & 3%
32 [ERHLV VRV EEEREMRSE] »FIATETH 5,

o EEF LI YERMEES
LY Z b Y ORISR I BN T, ML YR Y REEHESE~DEH
ZHBFIC AN TV 5610, FERN 7RG % JlE 2 7= — i s ()« IEEIH
HogE, XFE, mEEHRAES. BUaTRet: OfERE) oW Tl 25 TH
%, [SHEME - AR ERT 28806, ROBMTL Y X b ) oREHeEMK
Hl % %fE 4 5 7-0ICHEHTH 3,

o EEF LU ERGEMEE S
HKARHEX THEERFICB VT, FEDOMEH AR L DRI 7
D, LY AP RIEHLZWEGEIC, Y%L YR MY offiHEHEIC O W, {EHHE
ICBI L 7= 0 22241 I OFHIIEH O FE R EFZHEE T 2 D, LY X M) ZHE
EFEATL VA b U RER A FHE XD 2,

o EEFLVYRLEEEFREME
ERRICFREDO L Y A Y ZEHERFFICHV 2 TEXRD 5HGIC, UEL YA YD
fSHEEICBI3 2 FIHIC O\ C PMDA L HFlicliiagd 25 ch 5, BRIz, ¥
BFIEH ORI, 7 — &2 oWt - (RE - #i o FEhifkdHl, FHER~0T 7 &
A, BHNREOEEERRFCOVLTRL., SEEREONR T 2000 %
W42 H23H %,

INODMHEIZ, LYA MY ZHWEEREICES T2V OREESEERRAT v 7T
HY, HEES X OCEEEOBAD L b XEHERIE I X ONEH B 0 XU TR o Xt EE 23
I N2, BAERMICE, LYR MY ORKGEE - A RO RV T [EERL YR B
USR] . FRER O BARFIARE o 72 BEREC TEEMLL VX b ) ERAGHEHZ] 2348
EIND GRBAROHEBKEFEIRFICITICLdHY) . ZLTIhOLD TR ADHTfE
FEHEHERIC O W TR L 2 wEgaid, TEES LY X ) EEEFEHEZE] 2635,
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<SE >

1.

JEA GBI AR EE - ARG R R S A PR, SR AR B AR - ARG A R R e A A PR
VEKRRHEEFICH T 5 LY A ) OIEAICB S 2 ANE 277 ] 1cowC, HAERREFE 0323 4 1

5, HAEREF 0323 551 5. 2021 43 H 23 H.

JEA GBI A REE - ARG R R S PR, AR ST B AR - ARG A R R e A A AL
(LY R MY T — 2% ARHEEE AT 2 580G EEERO 720 DR ER] icow T, HAEEE

F6 0323 552 5, FAEREI 0323 H 25, 2021 4£3 H 23 H.

EATEEERE - ERHERERGEEEHER LYRX M) NEEBERT — 4 _X—2A0T7 -2 % [&

W OERRE, BEESHHEICHAT 25460 GHEEERICR 2 EEMICET 2 B0 ESE
(Q&A). 2022 %9 H 14 H.

WSZATHOER NEHE R RS R AT, AN ISR I B3 2 5. 2025 43 H 24 H.

MO ATBUE NE SN ERERERR AN (PMDA). ERb MAERSEHG L Y 2 b ) SERMEE.
(https://www.pmda.go.jp/review-services/f2f-pre/consultations/0101.html)

MAZITBOE NER G ERES RGN (PMDA). E3RML Y X Y EHASHEHZ.

(https://www.pmda.go.jp/review-services/f2f-pre/consultations/0007.html)

WATATBOE NESE S EREESRR AT (PMDA). E3E& FAEBEERS L VX P ) EEEFAEMH

#%. (https://www.pmda.go.jp/review-services/f2f-pre/consultations/0102.html)
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2-Q. ENEIcB T 3&EE MO &» (FDA. EMA., ICH)

KERMEZESNE (U.S. Food and Drug Administration: FDA)

KENC B W TIE, 2016 £ D 21st Century Cures Act 13D %, FDA (3 Real-World
Evidence (RWE) 7'wv 27 J L %£I3% L. RWD/RWE OFEFFHHICEHT 2 @D A4 X v
2%FEHLTWE, ZoTikfric, [#EAYE (Relevance) | & [{E§EM: (Reliability) |
DD, FDA OE 272 AT ICEHT 5,

1. #H&M (Relevance)
FDA 1. RWD oA WT, [SZHOWFEEWCFHEEE (exposures, outcomes,
covariates) ZBYNICKIRTE 25 ] L WHHEMPLFHEiT 2 2 L 2MFAL T3, AT D
BN R ERZBEZEIND ¢
o BIREREOEAM
i3 %2 RWD v — 223, HERGOFRE T L 2O FHEIC BT, @Y7
BEEM., BFRERE. 7TV ML EEOHERE ATV 2 2 ERT 2 LELRH 5
1,2
o HEREXFHICH T 5 B ATREME OTELR
SRR HEEER % 3G T3 2 B e, SMEROTHARE (external control group) &M AREE D
flc., BE@EERE, BEoER. 7V M A LgHliTE - HESEMLTws 2L
7§§§$<“C°}) % 3,
o LYXT Y% EHR ZFORMEICIE U 2235 FHIbT
T 27T — 2 _XR—RXOEECIHROREE (B : ZRECROFME) ZHE 2. X
% RWD 2R EIICIRS L GlEYITH 2 20 2 FRNICEHE T 2 2 L 2R I hTw
% 2,
¥ric, BT A7 (Electronic Health Record: EHR) & [E¥E&Ek T — & (Claims)
X, BONIEROMWECIRAVE L 2 RUCHENLLETH 5, EHR BRI
FRlicEN 53—, REIDS CBERLICREYRH Y, Claims iIEELI T
305, BRIRSUARICZ L WA D 5, 2o OFELZBE L, HHFEHNICIC U 725
Uie 7 — 2V — 2R OB THNEH KD 515,
o FVINIAXLREHE
WREFEOHENR+TH Y, rro—HoLEMIH-> CTE o3 (FEAEHIIZBIER]
Il > CToeZrvd) | EER COEREROFMHEARIZEYICREL TV 200,
BEEO—#e 5,

2. 5% (Reliability)
FDA |3, RWD OS2 R T 272012, UTD 3 OO ERLZIF/RL TS 2:
O® IEfEH (Accuracy)
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T A G EI N, BEAEIL LI RERL LI L,

s LYRPVICEBWTE, YATLAPEKGHED ICHREEL . Gl - HHI—EH LTI T

W5 Z L (system validation) Z23EFIE N5 3,

* EHR #® Claims iZB W T3, KBOWHEP T 7 —DOR[REMICIGU T, BEE - 7V b A
L B DOERR I © 72 validation DRREZEIE L. /7THICIES L 720 % #HER
THILEnRkDLND %

@ 522 (Completeness)

SR & 7x 5 2% (exposures, outcomes, confounders) 23N ICFLERE L TH D, K
B RICERFE LG 2w L,

Q BHFATREY: (Traceability)

T—XOHRPML T v A2 HETH b, BTk LICEERAECRIEINTV S

Tt, Zhicid, BTV —A (eSource) JRHI~DHERLD HEN 2 %

o ZERODERLKGE
EHR %D 7 — 2 % v 256113, BEER, BE. 77 F A 20wt #
WEDERICHEDOWTT —ZBIEI N LD, BHERDZLYHEICOWTHEEL <
BABERD B 2,
7z & ZIFICD-10 2 — F (&) . CPT 2 —F (L&) . NDCa2—F (5
A HRECEVERE -BLTERL, CNoDERPITEHITICHIL T2 0%
HANCHR T 20803 H 5, b DERIICERPLEEMNITEICHEOEIREL 29
AT, BERICHW ST — X ICHI L CRYMEEZRREILS 2 2 e 82 E L\,

o HEMREE (Quality Assurance: QA) /SHEEHE (Quality Control: QC) & DBAR
T—ZDINE, T, BEOKEMEICH T, WMEREE - 58S O H % 56
L., e ta—n RicBiRd 32 enkodbnsdg,

o LYRMIREROBER
LY A VIZZHMCHEEINS -0, IEENICHEZIFEESRML Tws 2 e
bH b, ZD7H, KAPLHIFIDWIEICE 2 278 2 FHANCHEIE L. TR o
HCEYNCHAT 2 Z L AEETH 5, xR T2 RIET 2 2 & I3EEL Ww
. TAREEEL, E5HiI> 0] b0 LosHET 2 X8Rk ND |,

3. Zfth : HHILE & OFRINEE L REFOEER

o RHEFH~OHRI R
IND GRERHEHEE) /NDA (BrEsGEEE) /BLA (EVERRADAGEREE) 2
BRic iz, 1= =it [RWD/RWE #ffHLTw3 L] [Z0H
W ERT 27—y —2of@H] [T V] F2HGLT 5 2 & o3
T34,

o EHIMERDIEN
WFFeBatERTIC RWD/RWE DG HEICOWTHET 2 2 ¥ L w e Twn
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%5, 7272 L. WIEEHHIE S SAP 242 2 BB 2 L T abiFTldZa . i
712 1Z End-of-Phase meeting < pre-NDA/BLA meeting CiEFHEHEZHEH L, Y4
D7 4 —F Ny 2 %G5 LRI NG 4

<ZHCHR>

1. Real—World Data:Assessing Registries To Support Regulatory Decision — Making for Drug
and Biological Products. December 2023.

2 Real—World Data:Assessing Electronic Health Records and Medical Claims Data To Support
Regulatory Decision — Making for Drug and Biological Products. July 2024.

3. Considerations for the Design and Conduct of Externally Controlled Trials for Drug and
Biological Products. February 2023.

4. Submitting Documents Using Real — World Data and Real — World Evidence to FDA for
Drug and Biological Products. September 2022.

5. Use of Electronic Health Records in Clinical Investigations Guidance for Industry. July
2018.

PRI EK AT (European Medicines Agency: EMA)
EMA (%, 2024 fFicF¥H L 72Y 71 27 > 3 v ~=—,%— [Reflection paper on use of real-
world data in non-interventional studies to generate real-world evidence for regulatory
purposes (EMA/CHMP/150527/2024) | "ic&s\WwT, RWD % FH\72JEN Aff%E (non-
interventional studies, NIS) 76 RWE & 428 L. B350 BHEEIW G 3 2 BRoo A
MaEZHERR LTS, K7L 2y av_—r—iF, ¥iC RWD o [#EAME
(relevance) | B X U [{E§AM: (reliability) | & Wy Bz duLic, BHEIHcoFHI
B BHEHELIRL TV,
7z 5. Reflection Paper (32678 %R 3XFHTH V. EHHTIE [Guidance on registry-
based studies | 2 BRI [EHZEY: « HHEY v v X —+ v b7 —2 (European Network of
Centres for Pharmacoepidemiology and Pharmacovigilance: ENCePP) O &fA 4 F 7 4 v
34 ¥ b IT [Data Standardisation Strategy | ° 7z & Offi e LE* H b TSMT 5 & & A
Banz,

1. Relevance GEA&HE)
RWD O relevance I3, 7 — 2 23FE HIICH L CliYI o FHTH 2 02 M35 720D
RERCTHD, UTOBAHSHEHINT VS,
o WHRHEMLDELMY (Fit-for-purpose)
RWD 23xf R & 3 2 B PRIV e Bl Lo BB PuE i L, A2 BE %2 A
TEHZEDPRETHDL, Thbb, RWD IZFHENROEFE, 7V b Ao, AR
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LRI Z 2 DD TRITFNIE RS R\, AT, ENCePP Guide Ti, ikt
FIRITZE & RIERHERRIT T © HAY D3E TG U 7@ ) = iffseaat s b e STk b |
H o BREL 258 A E DRI & 72 5 3,

o NWREMDRFEM: (Representativeness of the population)
T =2 X — 2O EEEMD M RELS DO E T ERE £ 72 13HH Lo R &3 55k
EHZBETNICRERL T B e pkdond, #E RN T 2R 2 720 DA
Toifg - BRAMERED EHEL L 725 1, ¥ 7z, Guidance on registry-based studies T
X, LY R T Y EREHOWIIIBRS Ic 1 2 ARMEHT O BRI hTn 5 2,

o TV LA - HEBOHMTRENE & FRORE
F722x Vv FFRA VP BLXOREHAT 7 L0250, EEHEIC B W THoIcE R
TN, DOT— X=X L CHUSAIRETH 2 B H 5, LEICIH LT, ez
7=V —AZ (il : EHR, BFEHRETV P AHLE) LY vr—VbFEEIND
!, & 512, ENCePP Checklist Ti¥, 77 F 1 2ZB ORI EOEFR S 2 — Mk
FOHHGSHERE I LTS 4,

o EMFME L EHHHEE (Timeliness)
T—ZDPRHODDOTH Y, BIENRIFMIC 31T 2 BRRIETT 0 85 5 R % e
LTW3 eI Lw !, SRRV R M) HEHOEHHAE BTN (lag
time) (CBA9 % EPRIARHI & Bf% L. EMA I Data Standardisation Strategy ® /1 ¢
by [7— 25 - BEHE(L | OoBEBEWZ WAL T 5 5,

2. Reliability ({S¥EH)
Reliability 3. RWD o @& 238 HECOFIHICiT 2 5 2 KHEICH 2 2% Wi T 5720 D
HELEFETH Y, UTOBRICESCEHiiT N2,
o T —2%/E (Data quality and integrity)
TR IFIEETH Y, FEPLRKEIR/DBICHZ SN T IRERH L, 7— X
1% - /7 - thiBic s T 227 v v 20@EHEL — B2 ko502 1, Nz T,
ENCePP Methodological Guide Tld, 7 — & X—Z2DFE (—X vs ZXFIH.
INEEAHPS . MRESEAE) % & o - mERHlisnE L T3 3,
o T—ZDbFL—%EY T4 (Traceability and provenance)
7T—2DOWITE XM LIERESHECH Y . FEHIC X 2MAEAIRERMEE & 72 o
TWR I ENEREING, V—AT =X LFNFINRT — 21 v b OBEEIRIEX
NEFNIE R bR
o T —XRIVE L EFDOEHE
T=Z2IEICHONEFiE, 74—~y b, 24 I v rREUNCEELLILTH
228, BlZIE, VYR MYRETFHILTOANKEDH I NTnE L nEE
%, EMA (% [Data Standardisation Strategy | I35\, CDISC/HL7 7 L [E R
FERE~ D UEPL A2 HERE L T2 B 5,
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mEEETFIE (Quality Assurance / Quality Control)

T2 EB L OER T r 2 RICEWT, HiME - B 72 SERGE (QA) B X
mEEHE (QC) EMINTwE e, fle LTid, T2 ANFOr Y AL

Fry s, ®=2Y)v7, HiHCX 2BH5ER#EZESZET 515, Guidance on

registry-based studies TiZ., QA/QC A&l % WFFEHIARRTICHEZL L T T & DEHE

TERHGEL T N TV B 2

3. Z DfthORIHHIE R R

MESHEIOERIFHE (Protocol transparency and regulatory interaction)

RWD % f\v 726 AR 38R HY IV & 11 2 B34, EMA & D fila
(scientific advice) % U CTHIZEEHW., T¥ A4 v, T—% YV — A, et TFEo

EYIEICOWTARE 2S5 2 BRI Tw2 1, Z DR Tld ENCePP

Checklist DfFFBEE X, 70 F a2 — L oEERN Tt HET 2 HH4R & X

nNTnsdi,

T—2DY v 7B LXUHEHTHNHER (Datalinkage and enrichment)

H—D RWD YV =X TR A+04GH, MiTiT -2y -2 Loia (LT

$I§’<@ E&Hat e 0V v 7) 7 — 2 EHROEFEHE( - FF (harmonization) |

VEAEEs L MEEECM EAKIO NS XETH S L, 72, ENCePP Guide T
DT — ZAREDANA T ZAOWRENE L Z DRG] - FAETESEFH T LT 5 3,

<SE >

1.

ARl

European Medicines Agency. Reflection paper on use of real —world data in non —interventional
studies to generate real —world evidence for regulatory purposes (EMA,CHMP ,150527,2024) .
April 2024.
Available at:https://www.ema.europa.eu/en/documents/scientific-guideline/reflection-paper-use-
real-world-data-noninterventional-studies-generate-real-world-evidence_en.pdf
EMA. Guidance on registry —based studies. EMA /763513,72019. Feb 2021.
ENCePP. Guide on Methodological Standards in Pharmacoepidemiology. Revision 11. 2023.
ENCePP. Checklist for Study Protocols. Revision 4. 2018.
EMA. Data Standardisation Strategy 2020 — 2025.

ICH (E6(R3) Annex 2, Draft, 2024)

| P} 25 38 S L 5 A 23  (International Council for Harmonisation of Technical
Requirements for Pharmaceuticals for Human Use: ICH) E6(R3) Annex 2 T, \ﬂﬁlﬂﬁ%
#7902 T 4 v 7EFE, Real-World Data (RWD) 7 &% tEmiEmasit - 5 —% vV —
2 DFIHDLD %5 T, Good Clinical Practice (GCP) DY) 2>2 HEITIS U 7= 38 FH &4
FEERFA L T b, R Tfit-for-purpose] & W) @lfiA 5, RWD OoF|HICEIT 284
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% (relevance) F X MEfEAME (reliability) 23FAREICER SN T3 1, ICH E6(R3) Annex
21t FEOMEMTA X 2 E D b EMICHED T N3 RN 3GETH 5,

1. Relevance GEAME)
RWD @ relevance & 1, FREERICEH T 25HliEE (F : B, 7V F a4, BER)
LT, YT — &Y =AW+ aERz Rt cz 302467,
o FIFHBRITN S 3 BA&MOF b
[FEE DB HIICEWT, Y% RWD R8T — 258K (B, 77 b4 L4,
HERRLY) 2EHA B FELBET W CTHONMARETSH 25 &5 5| H3HINEL
#Linzg,
o THAvEOEANLEREARENE
AEBEIHFEICB VT, RWD 2&80&7 — &V — 20BN, EErTEEE. B X
ORMARRIL I N C W AR’ H 5, T2, HEHRD N7V F (variability)
EREL L TR EOTRZH L ERZT LI NTW S,
o fREN - BENBROBEAME
RWD DfFAICIZ, Y] 7% AR £ 72 137F ] OSSR CH Y | Mk o B i
BHLTWSLZ LAk bD,

2. Reliability (f§%H1%:)
RWD o reliability iZ, 7 — % OIEMEM: (accuracy) . 582t (completeness) . & X 5B
BAATREME (traceability) &\ 9 ZERICK > TR I NS LHGEE TV S
o I1EHEMYEL —B*% (Accuracy and Consistency)
T — XPIEMEICELER - fnad S, BV — XM TEAEERS L ko b
%, B iy AT LA TR INZT —XICowTld, HE - 2— FERROE
BLOFWBFZEINDIRETTH D,
o 5E2&M: (Completeness)
KT — 2 CRHliE H O RLIA R 23T I JAS 38 2 i/ MRS Z 2 X5 e 7 —
ZGHE X UWEHENT L oxfErsko b b, 4 < v+ oftikini d FE T~
YR LIND,
o BEATEEM: (Traceability)
RWD o s L I TIEREABHRIIC P L —AT[RETH 2 LE DD 5, F=FHD
T2 AT 5255 1E. YRR T — 2T 72 A TELXIAEFICLY
REESNDLELRD 5,
o TRV VvIZOHELREN
EHR & Lt 7 b, ECHEI AR EEBT — 2V =20 ) v 7 27554613, A
Ry FVIREL T IANY —REICADIIET 2 LEDED B,
3. ZofhoREH
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e Quality by Design (QbD) 7 7'u—F DBHE
Annex 2 &% U<, RWD Iz &CRAEEClZ,. THIIGES L 727 ¥ A4
v (fit-for-purpose) | %HifE & L 7z Quality by Demgn DA KD LT B,
o HMEFL DRMANGFEOEE M
BHE AT E SR RWD 2w aiBRicowCid, FIEICHFIY /L meEL . @)
HCEMLED ) R 7 ICOWTHBIRKT 5 2 LRI ATV S

ICH (M14 : R&MFF{lic 31F 2 RWD #EH 0 —RIRA)
ICHMI14 i, B (B, 727 F v, 2ol 4 A8l ot g 2R 2 H i
& LT, RWD ZHw 728156198 GEM ADSEAEA9E) Z et - 794 v - i+ 3
RO EREN e —RIFRIZ RS HA F 74 v Th 2 2% FERIEENRIIER» b ety 7
Fr ot - FREAL - G I EE R 2 0 o T & 207, AR HLH H T o FIEE R A
AL, &E - SRR CEHIEHE o055, ICHMI41Z, 25 L72RLEEE 2.
fit-for-purpose DERID> & 7 — X D relevance GEAE) & reliability ((SFEME) % HERL
2O, 7u b a—u/WEFEOER LB Y REEORI - BEMNMZ 2 720 D&MD
RAMTZ 7T 4 AEERLTNS,

1. Relevance GEA&HE)
o TRV LFOFHMEFE (WFFEEEM) icxt L, Yi% RWD 258588 - 77 F 4 - &R
T2+ x ?6#%\ — 2 B3R - JE RN - SRR E O S 0 O T

%o
o T2V —2OFE (EFFRAHAH] llR’EE Hi. SEFHESE) Ili S L, #5 SRR
CRACATREME ISR T 2K (V) 37— ay) ZHATICHEMS 2,

2. Reliability (f5¥H:)
o T —ZDHPT (provenance) &M TJERE, MEEH (QC/QA) . E&EAHEM:
(traceability) ZHLEL, HIINRT -2ty PR D X 5 ICEK X L5 % 5
AlEEE T 5,
o TUMNHALRBBEHEDOERICONWT, a— FEK - TAITY XL - 4 MRGEE (7]
REZn#iPH <) &, EfEd - T2t - —HEoRM 2R3 %,

<SEX >

1. International Council for Harmonisation. ICH Harmonised Guideline:Good Clinical Practice (GCP)
E6 (R3) — Annex 2. Draft endorsed 6 November 2024. Available from:ICH.org

2. ICH. M14 Guideline on general principles on plan, design and analysis of pharmacoepidemiological
studies that utilize real —world data for safety assessment of medicines (Final Version) . Adopted on 04

September 2025.
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3-@®. SCRUM-Japan Registry

WA L ESZLAANE e v 2 -l IR BRI R
FEIETGBRMER P v RAL—v a A ) —FHIRE  FLHFRE

1 SCRUM-Japan Registry &

SCRUM-Japan % X U8 SCRUM-Japan BIHIRFSE 13, 75 A 808 % i 5 I F i3 2 # 5
TSR ER RS KOV TERZ EER & L2 BIRIEHRZ 2k b8 - e Lis
BIEFRICO BRI T KMERAY ) LA 7 ) —=v /7 a2 7 VCH B, £z,
SCRUM-Japan ¥ X &8 SCRUM-Japan BEMfFED R 7 Y —= v 7D b & C, EET R
HZ OIS H DY 7 2 A4 T L CTEEMREEE O B0 % & 2 BEAT 85503 %
BITbLTwd, fd k724 72N Re TRl o eiEf 2 ERT 5 2 L3k
L 7 v XLt e e 2 2 L BNEECTH 2 2 L O T — L CoFHliAThh
27 =A%\, 2D, LOIELKAEMMERHEiZIT S 7z0ic, aviir—ArT—xEL
TOYTAT =N F7—% (RWD) FHPEENS, ZD X HER»D 2017 i
SCRUM-Japan ISP} 291 — 70 LC-SCRUM 5 — & % FiusCHRITE I o Al BEPE I 5 1
TOMGEEATT D= A, HEERCHEEZWIER & £ O Immortal Time Bias (£5E
RN A 7 2) 7 EORMEM2AfEL ) a v ba -7 —2 & LCOFERBEEECTH
DI otz, T, BV P r T — X CEEFRHSARE L 7 b EENEE
MR L7z [THHDIEL Y2 P Y ) T— 22555 2 L2 HME LT, 2017 i
SCRUM-Japan Registry 2% X 4172, SCRUM-Japan Registry Tld, T\ R, #T3EAE
A AT N2 EIETRE 2380 2 M 2 R E LT, HFRKZITHIE L 7 5 HANHE
IR T EOlFHRE BT 2 Hic, BBRYYVNIIKREL X MY W2 &GRHFEICN T 5
HA LT A4 v PHBOR A Db FHEROFIHOMRE & ER Y. 7 — 2 of5Hk:

EEEE TV RS S, HERIGL P2 M) F— 2 OfEEEZIToTE /2,

2  SCRUM-Japan Registry DR
SCRUM-Japan Registry (3. LEtoi b BTG L Y2 P Y F— 22z HME LT
52T OMIEEIT> TV 5,

[F] A SCRUM-Japan Registry & L CHi7zic 7 b a =%k H B,
SCRUM-Japan ¥ SCRUM-Japan B#ERfI5E IC THRIE DB {E 1R 25
I NREFI 2RI, IR X T 7 — X A EIE BT % H IR
HEE 21T 5 e, EAMTHNE LRIt~ - 2t xns
GO0 BEREZIG LERKL T2,

ISR TR ORI % —E ISR D 720 0C, BB 1T IR T » 72 A
BT LT, — R iR BRI RGN 1< A b2 iR L 2 X Y BAMRHET 6
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JALAAN D CT scan i X 2 H[GFHi B L 8, LY X VB 6—10 4
WCHGEHT 2 i 2 ICEET 22 2 HEL TV 5,

7 — 2 AT

F=2 ANE ==y EZF e — AT -4~ —Y v — (A
BEhE R S PE bR (Site Management Organization: SMO) %> & Jki&)
ZHLICAToTwW3, 272 L, —Hlofiak Tld SMO D321 AR
R, WMEFHREOEMEX S 720, HigkORRI—T 4 2 — X —

(Clinical Research Coordinator: CRC) 237 —&Z AJ1Z#HY LTw»
5, NNENETF—RETF—F v R —1CCTF—%2)—=v2 (n
CANF v w=aTAFzv ) BEBLTN DS,

ET=RY) v

FizlpohRe=X Y v 7E2EifLTwb,

FIR#F Lo b, BECECTAHY A P22 ) v 7R FEfL T
w3,

B

I 1 O HB R I NS INERRERE (BE 1-2 izt 2 &EE) ~
DEEHEZEML T35,

SANEEHEERE &
DK

FEGIE s LT — 22k, £=% V) v 7/ LEEOEMD 72D DFlERk
BHEE, FAEELREER, BBk 7x ST W CHNIEHERE & % R b LT
L‘%O

ERESL VX b EHERORER

2019 /6 HIC

T L R SR A AR (Pharmaceuticals and Medical Devices

Agency: PMDA) 2T SCRUM-Japan Registry BI{R# i OB ERAER SN L 72 &
LY 2 b )RR ENE S v, FREO RSO W TR - MR e 1T o 72,

¥ OMEE, LY R b ) SRR SO R L B (BT .
fEREFE) L pEFHZ L TED T,

4 H Dk MemE R

1 LharX_TT 4TI
INEEL/2T—Z2DHY | 3D THNIET — X WEEHFIEIC O W TERIT R
PniconT VW, FHlTEE & R A RREH O H DT — 2B L P ARY

TRRANIT 4 ZIEST 57— X L RBEOEM 2 TH

T4 TICWNETEZLIConTIIEENR Mz . B
S L. MEREVWOIERTANERD B,

2 | FIEEFRMENCE S | FIEEOFEBRNCHIZERG S T3 235, £ NLIETD 7

IZ2WnWT

N7 —Z20WEEMR | —2ICBWTTFIEECE I LR VWEEHE 2 To T\ 51

G, ARHFBHICHHTE 2MEDT — 2 TH 25 Ma s
DL, ZUTEZT—2oNEEHICOWTIE, L
A bV EEEFREMRICE TR T
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*SCRUM-Japan Registry flli3 51T AR & [F] U FMEIC T3
EENTWEZEEIRATY S,

M. LY RV EEEREHBRIEEREI N TE LT, &b
DOFFEHFEFICOWTIE, Y EE N O AT O
i, LY R MY ofFHEEOHERE S Th

FhEEREE S L 0L
VA IVIREHEICET
2 LER D ERFFIC DN T

KRR THEO N T — X R ERBOEKRFFEICH - > THE
ikt e LIRS 256, B3, ERERS O MH,
BN RO E ICEE 3 2 I T ANEE 4 3

SZOHGEER OEHEOKHEREF T2 LENH Y, Y

EMECIIRER % KR E G2 5 XIE5 X hWED

WSO H] FCRET SRRk LTS, FHE

Ble 32 FETHNIRE, FFROFEEIC X W FHIER & LT
RHATE WY 227 2R 3 720 B S T IR R fEEE

HERE & D OIS ME O HHE 2 SFHIK 3 X 5 7Y e iy

HE CRWERZHRECEDL XS IV RO EITY 2 &

0 5,

JRERI DRI DT

JRER 2 IR, FIRerE, FIRFEE, JEAN:. IERETED IR
Iz XO@UNHER L, RFT 2L O8ETSZ
k o

KM IC B 1T 5
HHI 2 Jy 4 24 3 D AR L
B oMYA Ic o
W

RG22 615 b NIz T — & B Y R~ DERHFEIC D

M2 C L 2ET 20 THNE, VRGN EIC X

ZHIEDEBL T LELRD 5, FEHGHCEOMES
2 A[HEMEDS B B S F ORI IC oW T [RERHFFEETTH

13> PMDA DU HFIEFOHYE | L \w»w ) XE Tk
REDTHBAHMNLD 5 720, Y)Y E S HE

3% ATREME & SIASCE I A T LRI D W CTHERA L

WIGT 5 & RHERET S,

EFE=RY VTITDONWT

F=2 ) v 7 RHE R A OB G I NS RITRRZ T
blpnds, ZOEMRIICOWTIZL Y X+ U
FEHBRIC B TR T %,

FEBIER L E (Case
Report Form: CRF) o
AT ABIEHERRIC D0
<

FEhEEFRER LD L o 2 b U R FE M OHE Y E 25 CRF ~
D AN ZIT I RSP FIEIL RN & 2L L 7=

Uy,

$¢SCRUM-Japan Registry flll3HEFRC FNE L 72\ & & %R
A T35,
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8 BT —2IEEL 2 | EDCHIFICEEL T, FREAORENFICEHT LY 7
7 Z2v (Electronic Data —vav (=¥ = ANT X} (useracceptance
Capture: EDC) ®-%Y | test : UAT)) ZFEMEL T2 2HERL 72\,

T—3a /IZDonT $¢SCRUM-Japan Registry (3% L T2 §ZRIZE LT
%,

4  SCRUM-Japan Registry D #!]iE&F 4]

SCRUM-Japan Registry OiffH & L < TRIUMPH i#5ficsiF 22 v ta—17—%
DIERAMBZE T b5, TRIUMPH iz, HER2 5 - RASEARIKEGAA ZRRE LT
FERfi 38585 C & Y . SCRUM-Japan Registry Tl TRIUMPH o 4 v F + 7 ich b
H, ENETREFRI N TV BIEFION, AFEROEELHETH 5 HER2 512D RAS
PR LB NAER 14 Fl 2R e LT —2 2oz, FRE L TRRGEDOSE
DiaHii 23 ATHE T H o 72 13 Bl B\ TEIHIIL 72 2> 5 72 T & A3 TRIUMPH &5 0 i fh s
Ficg I Nz,

AREHNC BT 2 HERI2» S, BEAWLHE T coEic 1) %5 SCRUM-Japan Registry & L
TOXGZE LA T ICE TS
4.1 HHiHZ
FHEE DK 1 2 H Al I BLEIRFESER 23T © 72 PMDA &4 0 FRTHR IC RS L.
VVXFU?~&®N% CERL. EAMERE (Fv 74 Y) KB 3HENRD
T2 IR T N ZEREZMRAL 2. £ DFE. SCRUM-Japan Registry
BT *E?%:é:ﬂ@ H#xdeHi & AR oMER 2 KD o T3

4.2 HixofRn
PMDA X V., @& MHAERICRILE R 2 /2 3 % BEIC 1 SCRUM-Japan Registry
ICBE 3 2 ERLGEH H 82 AV TfT 9 2. BERUEA Z 2% ICia S iz HiR ok
WEENRDH o7, T LY AN VARERIZHSEET L WilaTdh b, SCRUM-
Japan Registry Ol % F-WRHHICATF L 72 v & o 2 & FE E R B RN
YT &R LTHFERTZ 2R TR L TIRL W e 0HE R H 5 72,
HEtic&OHB I TLo#Y Th 5,

1| &2 - BB BT 2Rk LY 2 U RRERE LAGEHE 21T 9 Widiloek
T L oRKFH

2 | 1EHIR (EEEHREE) cBId 2EdE | I AL U X b UEET — 2 OfEHIE (FF5E
PBE) LUt UIREAE L oRKE

3 | WFFERtEIEE WrseatmE

SBHEEE TR
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E5) HHFEBIEGREE

H U 72 5EfH o Raw Data

LY AU B EF OS2 R T CE
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fem & EH,
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L. BHHEOKA - BAHE - BL0EWR (FFK - MR - 4G5 2355
MARETH 2 2 &, ZAUCH L, REEENANY 7—v 3 vikEFic <, U
TORICOWTHERINT WS Z & ZHHL 72,

2 — W —EHE I HEIRERE 122 W TS R SRR S = T X
NTnwsZ el

T =X I3E TR LTREEI NS,

FAT L 2B IR - BHEE OBIIIER E 2 4 22 2 v THfFEh,
RGN e LCHBIICE BRI NS (il &@LU CEBRICHE),
BIEAICIIELE. BLHE, EH0ERAIMIEGE I Tw5
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(JCOG) & bidEiEL . JCOG Bk v — 7' MASTER KEY Japan @ Z:lffi#k
I X 0 BRI L CERE TR T S,

LY ALY ZRRANGER L, 72, SMERCHEEEEZ P L LY X b ) B
AP LW RO EL LTk, oL Y2 PV EAHFERELL, EHEAZS
CICAR ) Y —2DMfe R BHEAE T NG, 72, SRS Rs L. AT
T — 2 DWEOMERPEE RIE L 72 5, BUE$ COERN & FIEZ2 @Y 1 fikfe 3 2
LB, T—XANFEOBRL LY AP VREEH» L OIREE. X KNI HE
TEAR - HEFF T 2 TRABECTH 2, TCICBRZEIIC, LY R F—XILEHD
WHRE L LCoRIH7Z T Tl BERIERCIMAER. MaRHeERo THotE
BESFEERL L CHRRFGET — X CEH I NI ATREEDR S V. 7. I TRmd
DA DIRHERFIA L L COFIHA D H V155, BEARNZRT — 2 BRI, FIHER
16 U 7z (fit-for-purpose) MO T — 2 7 ) —= v 7' =X ) v 7HD FHETER DI
DILAZITY) CEPEEEEZOLNS,

MASTER KEY Project & Cid, ElidERE L CHIDPBA - FHT7 77 avicxwsd
LIRBEEHFE D 72 0 DR R B K EM L. AP D3 ATH 3 2 BEHE S DGR - BIGHL
KEHE#ET 5 & & bic, MASTERKEY Project DEBEIN/ZL YA MY F— X &2 Hn
A AN BT 2 W 7 B TS R OISR DA - HH T T v a Tkt
LI DR T — % - W T — & & LCoEM D 720,

47
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5 . TREAT-NMD & o EpE#EYE & 5% 0 EmEMY:

T PBREBIC B T 2 ERRBRSE IC B T3, EFSGRSER CTH 5 2 L IFMmEfFz R,
TREAT-NMD (&, DMD % HHEVEMZEHHE (SMA) %¢®a#5@ﬁ%ﬁ%@l%ﬁ
JUHME L LT, LY X VARHEL, BRREHIlE DR — 72 & 2D T E 2, TR
DMD/SMA @ Common Dataset t&z] ®EFE Pilot Study DFEfic X v, FEHHET TO
EH O E 2 &EL YA VMO T — 2 BflE% X 510 200 A AEE L T
%, Remudy I¥ TREAT-NMD Global Database Oversight Committee (TGDOC) @ X v
A= L LT, BRIHE YT — 2 WEEEICBET 2 ERN AR ICSE L TW 5, HAD?S
RfftIns 723, HAZI LR T Y 7HEZRET 2 M LTEASIATE Y,
SRIET I TEBEEOL AL Y & oEEE S HEFIC AN 2 LER D B, EERILFERTE
REZ 2 WGRDIED 2 70T, FELV YA MY oFETE T EITEEL h-TED, A
ERHET T — 2 RT3 EEIIKRE v, THICiE, DMD A TR X b r 7
4 — (REEY A w7 4 —, BHEEH LB S A e 74 —74L) ©b, FfkZE
ERALIR

6 RWD Off cOL YR b ) 0

L1013, BF 1T (Electronic Health Record: EHR) L+ 7'} - DPC 7 — & & DjE#
. W - N~ —h—FRCT /LT —Z2DOFEREICEY, XVEEN T -2 7
Ty b7 —LELTHREIELZLED L EDN S, *ﬁtf;ﬁfﬁ}: LTD Al HEMR
YRR T T AR L SR FEOEAIC N {uféFﬁJ%k{IEMI:EF
OXFICET 2T v AEIHb AT E N, d\ﬁfjﬁl:fgﬁf&flz S DEN
RWD o, i IZEH T ﬁﬁk%x\mey%mi$%%#&%m\L%%%
LT3,

bbb

Remudy ¥ XU Remudy-DMD (%, #BF - 5K, B, s, %, SHl4R%z2 >
BT 7y P74 —LE LT, HAROMREMZEREHEBICE T 2 h.OomixdlZH - T 72,
LY A b Y Offif Z Fifei Ic =0 2 7=, EEABOLGKRERAT — 7 RV X — & D)
ZEUT, mAREHEICE T 3 e T v A A L EREFEOMEICHFS LT T
BRI NS,

<ZEIW >

Nakamura H et al. Orphanet ] Rare Dis 2013;8:60.
TREAT—NMD. (https://www.treat-nmd.org)

Matsushita S et al. Drug Discov Today 2019;24:4 —8.
Takeshima Y et al. ] Hum Genet 2010;55 (6) :379 —88.
Mori—Yoshimura M et al. ] Neuromuscul Dis 2018;5:193 —203.

—_
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o N o

11.

12.

Okubo M et al. Orphanet ] Rare Dis 2017;12:149.

Takeuchi F et al. ] Neurol 2013;260:3023 —9.

ICH Guideline E8 (R1) (https://www.pmda.go.jp/int-activities/int-harmony/ich/0030.html)

ICH Guideline E6 (R3) (https :/ /www.pmda.go. jp/files/000277728.pdf)

JEA G A R - AR R R S PR, RSB R - A A R R R A R
R EREPEFECB T LY AN Y OIEHICET 2 ERNE 2 ] 1Ko T, AR 0323 5
195, SEAREETE 0323 51 5. 2021 43 H 23 H.

JEAEFEARESR - AR ERERSEEEEER, FEAETBAESE - AR ERE S EEEE
o TV YR MY 7= 2 2 KGR REEFICHA T 2 Ao GHEHR O 2o DB ER] Iconw T, 4
AT 0323 552 45, AT 0323 5295, 2021 453 A 23 H.

MR, RHREREEE S I oW T (https://www8.cao.go.jp/iryou/gaiyou/gaiyou.html)
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3-®. RWD DAMBMIE & LT OFERIAREME : REALISE W O RR 2>

= R ESZAAWE R v 2 Rl R BRI R
F—2H A4 v RER R

KEE s8R HAURFRERE  (FHEE - FEIEMAT  #a%

BOR 3B B AANIE R v 2 —HURlE R AT HEE R
PR B FHEERR AR

1. ERLEHN

WFE, V77— K5 —4%& (Real-World Data: RWD) BXWX U 7LV — AL Fzves v
% (Real-World Evidence: RWE) D2, EIRFFAFRLHEFAZ ICEVWTEHINLTY
%5, FRCH DDA CH DA A~ =0 —GMH 7 &, kD 7 v X 2 LGSR

(Randomized Controlled Trial: RCT) @ /it K% 72 fEisk <13, A IEREE LT
RWD FIH 23 TR I O i 72 KGR IS 5 59 2 AlREMED B 5. LA L. RWD 7% 34kl
ICHER T 5. A L FEREECHERI AR R TH 5,

2025 4F 3 Hic PMDA 2356 L 7= TN HAGER IC B 9~ 2 RS IH ] 1 °d ., AN
ORI IFHEE o teig et o R NEEcH v . IS IIEEREich s 2 Lick 594
T AGHEIARNETH 5 & v ) BRAZEE 2 72 ¢, GHEERE 2 O N REM - FHiiEE - 2
TR FRREE - Rl T — 2 RIS % AL 3 2 B2 H 3 LIRS w5, BRI, @
AR CTIXIEI L BET 2 EREEORE., REMEPL TRICGEE T 2T REF DI
%, THEEHDOER - 24 I v 7o Erkobinsg, —F5, BEEOB LA TIE, W
HERAHCETWRRON) T —v a v, JFER~OT 7 2 X fER, FIHOFRER L
RBRIRE AR TH B,

9 L7z 2, REALISE WFE (AR &, BT AA7HkT — &, BUIENE
7T — 2B LOHKRRR T — 2 X — 2% AT, SHENIEE L LCTo RWD oAk % dul
ICHRET L. 2 OFIFARIRENE & RWE Bl o BT REME 2532 2 & Z HV & L 7z,

2. 7k
A5 <lE, Flatiron Health t D& T 7 v 7 H2k RWD, SCRUM-Japan BE:EffF 5%

(MONSTAR, GOZILA, GI-SCREEN %) 2 D@5, 7o CICKRHFFHEMEET 2
iM% LY A2 b Y (SCRUM-Japan Registry) #XR & L7z, £72, KA AET — 2 X
— A TH?% ARCAD 07— 2 2 L. AR O 21T o 72, §FHifiTE B 132417
fti] (Overall Survival: OS) ¥ X OVEHIEAEFHAR] (Progression-Free Survival: PFS) & L
72o OSIZVFNDOT —ZR—2TH —RipEEH 2 RA, ACH 2K AL LTERT
T, THlTEICR & AR IX v, 5. PES (X G o FEHE R o T e R e S 7 —
2~ — AWM TE% 2 AEEM B 5, ARCAD T3 RECIST H:HEIC X 2 AR 72 YL il iE 2
fToh Tk Y, RWD (Flatiron) TldizifEalek EIREHIRcE O Gl & 7 2 56 03%
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W, KEFT TR, IO DFHEIGFEDEWEEE L CHEZ T 72 NRITVIRAGEET
KIGEEERE T, —XiBE L LT FOLFOX+R_ ANy X~ TWERZ T - 0EW # LN R & L
770

3. ¥R

EHEITIC X . AT RS 5472, 723, SCRUM-Japan Registry 130T R G153
Dignaieo KEENT D ORI L 72,
- BEER R3O 1 ICUBRARETARECE T 2E5E A TERTEZ L0, ZoXRHl
Wi %R L7z, Flin - AT 2R T I S LT 7223, Performance Status <
BMI 7z &0 AR PLIZAZERI TR E K Bk o 72,
- OS : ARCAD #£30.0 22 H. SCRUM BH:#tF5eit 38.6 2> H. Flatiron # 48.9 »H TH
h . Flatiron BECRAEFESR S N (K3-0-1),
- PFS : ARCAD #f 11.5 »»H. SCRUM B&:#ff5eHE 10.9 2> H. Flatiron # 17.5 »H TH -
7= (K’ 3-B-2), B RWD CIEfTHIE 2SRRI RT3 2 235 O . 3
BHIE DAEDFERICFEE L 2[R H 5,

Performance Status (3, 23ABfRER Cl3 43 IEE X3 —7, SCRUM B#ERZE <X
INEE X LT WD o 72, Flatiron TlX 70.5% DFEHICINE I N CTH D . BIZHFETXRHEIL
TV THEF AT ICENTIRATRERIERI 234\ 2 & AR T L7z,

Flatiron #EICOWTHE INZRPERFITZ, W o2»0BERICER T2 LEx b5,

9. XD IEFICERTLHRE 2T 7 EER O EH % K3 % Flatiron B iCxf L,
ARCAD < SCRUM BH#MfF 75 1 1 FLE Y Wikl o 7 — 2 2 & 8720 #E OFER]IC D0
TR AR D BEFrlREFAR 23 R < . R84 LIS 2 22 DR ATRE R ST A < v F 234
RcB e EzObND,

¥ 7o, FENTICEER & 7z Flatiton D7 — %+ v M, FAEXASOLNEEES IV
SCRUM BH#ffFFEIic & L, Flatiron D7 — & & v F ~OFIAAICK LTSMER%Z L &
DolZBEXVEREIN TS, FEISNREE ZRERECHTEFELTNE I LD
b, R$AFELTCW2EFDOT — IR Y . EFHMSERL Y QRS AZ 2 [REEL H
5, Gt AT T MCXVHCEEDT — 22 & L THBE 21T 21X, ARCAD
¥+ X ' SCRUM B 9E & o o[RS0 m £ 2 AlRetE0 ® 5

BRIRIC, AT CIE. Filinds KON 2 LR & U 22 FR AT 2 B L 7225,

Performance Status %° RAS/BRAF 2R FOFHAFLRAXRALTE L, FAERIcEZDLN
ol Tk, ARGV EE O AR O Z I E L C W A A[REER H 5,
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4. ¥

AWHZETIE, YIBRAREET KO —XiaiiBE T — 2 2 lw<, ET AL THERT —
2, BEMET — 2, BERBT — 2 RXR— 20K %E{To72, ZDRE. LUTFOHMAENE
b7z,
- Performance Status % BMI 7z &0 JHMRIL S FERICEN K E (. 7 — 2 mEPINES
OB HETH B,
- EEER O BIRRHA LB AT REIAR 72 & D T — &V — X[ DA IE A A AR RE AT O G 3R
B R NI LG5,
- RWD Tl [RIERS OHIRICGER 32 N4 7 2 I X CPEERHH 2 RIHAE G O i i s 2 5
5 H[RETED B 5
o OFERIE, ANEHERE O RREHC IX AT O TR HEISE . SRR T D AN L., BIEUH
[l - FHE 7 EOFE, RElT — 2 D@ 2R OHBAARTH L 2 L ZRBLTwb, Kif
Zelx. RWD 23 FEHEGRICE 3 2 /M L L CoEM R Z /R 3L & b ic, @Ak
5L, 2 LCHIlIbR & oEoEEE L IAEIC L 72, 5%, A TEL
NE-HMRZEE 2. RWD/RWE Z3FRBICHER T 272901, 7—2INEE X OWE O
Ry 72 b ICHIHIY S & Diagic X 2158l 2 U AR R TH 5,
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% 3-®-1: BEEREE CHJ 3 RWD & RCT o X#MRR

2
i
L n (%)
FEH, n (%)
eyl
L n (%)
FERM, n (%)
Performance Status
ZHl, n (%)
FERM, n (%)
BMI
KHEl, n (%)
FEA, n (%)
RASER
L n (%)
FEA, n (%)
BRAFZER
L n (%)
FERM, n (%)
JRFE (ER/AH)
KZHE, n (%)
FERM, n (%)
LiyE 2t
KZHE, n (%)

FERH, n (%)

ARCAD (N=1603)

0 (0.0)
1603 (100.0)

0 (0.0)
1603 (100.0)

0 (0.0)
1603 (100.0)

54 (3.4)
1549 (96.6)

629 (39.2)
974 (60.8)

1367 (85.3)
236 (14.7)

0 (0.0)
1603 (100.0)

0 (0.0)
1603 (100.0)

SCRUM (N=703)

0 (0.0)
703 (100.0)

0 (0.0)
703 (100.0)

703 (100.0)
0 (0.0)

703 (100.0)
0 (0.0)

617 (87.8)
86 (12.2)

640 (91.0)
63 (9.0)

0 (0.0)
703 (100.0)

0 (0.0)
703 (100.0)

Flatiron (N=210)

0 (0.0)
210 (100.0)

0 (0.0)
210 (100.0)

62 (29.5)
148 (70.5)

210 (100.0)
0 (0.0)

4 (1.9)
206 (98.1)

56 (26.7)
154 (73.3)

0 (0.0)
210 (100.0)

0 (0.0)
210 (100.0)
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X 3-G)-1: 45 (0S) itk 3 RWD & RCT ok

OS:FOLFOX+Bev[TREATMENT=1]

100 STUDY Events/Total Median (95% CI) HR (95% CI)  AdjHR (95% CI)
—_— ARCAD 1155/1600  30.0 (28.7-31.5) Reference Reference
_— Flatiron CRC 551210 489 (37.5-NE) 0.51(0.39-0.67) 0.51(0.38-0.66)
90 — SCRUM(MONSTAR.GOZILA,GI-SCREEN 521/681 38.6 (34.7-41.1) 0.75(0.67-0.84) 0.76 (0.68-0.85)
+ Censor
80
t
o 70
>
w
5 60
o
=
E 50
E
S 404
o
G
o 304
20
10
O T T T T T T T T T T
0 12 24 36 48 60 72 84 96 108 120
OS Treatment1 Time(Months)
Patients-at-Risk
ARCAD 1600 1362 956 555 73 8 0
Flatiron CRC 210 127 67 34 24 14 11 8 3 3 0
SCRUM(MONSTAR.GOZILA,GI-SCREEN 681 625 473 318 192 102 51 31 19 1" 5

X 3-B)-2 : EHEAER (PFS) 2k} % RWD & RCT Ok

PFS:FOLFOX+Bev[TREATMENT=1]

100 STUDY Events/Total Median (95% Cl) HR (95%Cl)  AdjHR (95% CI)
— ARCAD 1422/1599  11.5(11.2-12.0) Reference Reference
— Flatiron CRC 85/209 17.5(12.8-22.8) 0.65(0.52-0.81) 0.65(0.52-0.81)
90 —————— SCRUM(MONSTAR.GOZILA,GI-SCREEN 60/88 109 (9.1-12.5)  1.18(0.91-1.52) 1.17(0.91-1.52)
+ Censor
80
T
o 70
>
[iT]
5 60
°
=
E 50
c
§ 401
[Z)
G
o 30
20
10
0 T T T T T T
0 12 24 36 48 60 72
PFS Treatment1 Time(Months)
Patients-at-Risk
ARCAD 1595 730 294 125 58 9 2
Flatiron CRC 209 67 20 9 6 5 4
SCRUM(MONSTAR.GOZILA GI-SCREEN 88 21 9 2 2 1 0

<SEXW >
1. FO7fTBERE AN E R T ERE SRR AR (PMDA) . 4R EEAERIc B3 2 M E B (Early
Consideration) . 2025 4 3 H 24 H.

2. Nakamura Y, Fujisawa T, Taniguchi H, Bando H, Okamoto W, Tsuchihara K, Yoshino T, Ohtsu A.
SCRUM-Japan GI-SCREEN and MONSTAR-SCREEN: Path to the realization of biomarker-guided
precision oncology in advanced solid tumors. Cancer Sci. 2021 Nov;112(11):4425-4432. doi:
10.1111/cas.15132. Epub 2021 Sep 16. PMID: 34510657; PMCID: PMC8586659.
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3-0. #EA T BT BB (Flatiron Health D#RER)

HE #H Flatiron HealthKK. (79 v s 74 7 v~A 2RSS H)

XL ®ic

ATz, V77— FF5—4% (Real World Data: RWD) 3L 7L 7— A Fx v
7 v A (Real World Evidence: RWE) DF/MC B % FFEAGE L IREHFH T~ D nkFHIcBd
LCHiETd 2, FRic, 2012 SELCRBE T AL T X— 2O KBS RWD #fE%E L, L ¥ =7 b
V—Da1—R7 -2 GOEERRBFFOETA 74 7 VICEDL T — 2EAE B LT
7= Flatiron Health Of&EricEo %, HARICE T 23E Fo RWD/RWE OiEfHD X 67 %
FRICIHF CTEET S
Lv¥a7lt)-—OoREREICE TS RWD OERHE

RWD D EEHHFFE~DIEAIL, 2010 FUgF 5 AL L 72 1o KREITIZ 2016 1T KL
L 7z 21st Century Cures Act IC X V| KEGER I KRERMEZE MR (U.S. Food and Drug
Administration : FDA) 1Zxf L RWD/RWE 0Ol 7' v 7' 7 LRI % FH M T 72, ik
%}, FDA % 2018 4£iC Framework for FDA’s Real-World Evidence Program? # "% L |
RWE % &l EOHWHC v 2 720 ORI 2 T53 2R LTw 3, W71 —L7 =27 T
iF. DT 3 RoRHlTEHc R Ic iRz LT T 5,

e RWD 2SHMEAM%EH LT3 (fit-for-purpose) 72»

o RWE 24T 2HKBBP A LT A THFA VB, L¥aF ) —2TRF 3
YA A Y AR EN T e T v RARREILTH 3 H

o ULRERA FDA OHIHIEME %72 LT\ 5 2

E7V~A7—7u\RWE@%ﬁfm@x@%j&%@W$%&%% FDA &AM 2 7
47w x—toEE X RWEGEHICET 2 3D H A4 XV AEDHITR &
FDA 23 2 %7 m 77 L0 Bz L L TN T o T3

FDA % 21st Century Cures Act FRAZLART2> 5, HED RWE IS T2 e T v R %2 [E
Wi YRR O AGERBEICTERA L CE 225, 7L — 247 — 27 ONRUBIZE RO T
IZ RWE ZfHAIAA ZZHREEDEM L T % 3, FRIC B AMEIE T, 2019 FFIcBHED
HR+/HER2-$51EFL 23 A ISR 3 % palbociclib OB G K 23 KGE & 7= 62353 H # £ 8
724 D7 —ATlE, Flatiron Health OFL23A RWD, IQVIA OfR[EE T — & X— X
ARV —RED IO SARENT —ZR=Z L) 3DDT—XY —ZhbB{ bk
T T VAR, BRABZHT72ICHE T 5 2 &7 GEGIERPER L w5, FRKE
%@%Wﬁl%t%&fﬁ%ﬁwﬁfﬂ47-%9777yaymﬁmfRWEm%d<
HHAEROAREEZ R L2b D LT, HATHHEER Z2HLICKERTEHZED 7,
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KEL BN, 727 ZEOBHIYFIE,
@ﬁ%ﬁyx%*74b«~»—%ﬁﬁ% %ﬁtfu%“ 2 [E D BIHIBR R 12 [F] —C %
b0, AL TCEEHRINTWE DX, RWD 25EeM, Stz s, (fit-
for-purpose) TH 25, T b bHEFE LDV F—F 7 T2 F 3 VITh LCHWITHE L 727
2 RWD 28w b, 2 ofER & LTSN 25 RWE 25, SR e 2 BEERB X OHHIH
WHcH S LTRIEMICZ Y b DL BTN WS HTH S, Thid, HF—D RWD
BHoWL)H—F 7 TRAF a VNG TE 2D TIEARVWIELRBLTEY, FHEHIC
JG U727 — 2 BEOHERBEWEZIEHAL T2

ﬂ]

BikiE ic RWD/RWE #&YIciEH$ 5729

2.RWD/RWE DL X277+ ) —icBlIF3iERHICET3 FDADR X VR
FDA 2. MINEZST (European Medicines Agency : EMA) & iff A, ¢ RWD/RWE D3
HEOEEREICE T BHEMICOVT, K3-©-1D@EY, L DOHA XV ALELRITL

T3,
#3-©-1. FDA ® RWD/RWE D ¥HE FOEEREIC
BIFBERICBET AL XV R (—E R

HAX Y ANE SRGH | =

Use of Electronic Health Record 2018 F | HERFERICB T Z2ETHALT T — ZFHABEDO R b

Data in Clinical Investigations’ 7H T T ARCE IR LA XV A,
F—XDFELM - BEIF2 RS 3 -0 0l nE
M, EEEAES, T2 BT - Ao FIE, v AT 4
DN TF—vavetbdal) T Bh 2R,

Framework for FDA's Real-World 2018 4 | 21st Century Cures Act ICF:-D & RE T4, Fiif@E

Evidence Program? 12 H JE B T Bl EEA 1 BE 9 B AR T I

RWD/RWE % {& FH 3~ % B o FHi 3 HE %0 75 1) 1 % 2
FDA I & % %ff RWE BE 77 4 X v A NK DI
ELTEM O TW D

AT Framework for FDA's Real-World Evidence Program ®—B & L TR I =44 X v 2

Considerations for the Design and
Conduct of Externally Controlled
Trials for Drug and Biological

Products®

2023 4F
2 A

SRR IR EER 2 08 U CEESE A - YR o AR
L2 S 2 RO T ¥ 1 v - i Lo B
R TR,

RWD % &4 BEHRMT — 2 OIEHICEA Z & <

Considerations for the Use of

2023 4F

RWD % 3&H L 726k % 7= il RAERIC 3515 5 FDA @

61




Real-World Data and Real-World 8 H Investigational New Drug (IND) #1818 Ff n] et

Evidence to Support Regulatory 2. FRCIEN ARBRIC B T 25887 94 v IicBAd %

Decision-Making for Drug and Yhm e LCOMFRFIH Z f2 R,

Biological Products’

Data Standards for Drug and 2023 | EIENFOAEHGEIC RWD 2iGH 3 2B, K

Biological Product Submissions 12 A AT — 2ok b b7 — X HEREL RWD IC# A

Containing Real-World Data'’ T3 EcoFEEEIE (ffl : CDISCSDTM ~D = >
BV ) B,

Real-World Data: Assessing 20234 [ LYRPY T2 %2EELOBEBIGEICTERT 5K

Registries to Support Regulatory 12 A DFERHEIAIC D\ TR,

Decision-Making for Drug and (B« WA L fFEEEOFE, 7 —% Y —2&D

Biological Products'! )

Real-World Data: Assessing July S B RF OB E - et 23 $

Electronic Health Records and 2024 DEBPIEIC RWD i3 2 BRDZ [EHIH % ¥R

Medical Claims Data to Support EHFICEE R,

Regulatory Decision-Making for (] = @ T — 2 Y —RDEE, HIETHFA v

Drug and Biological Products'? ZMPE T — & OB AR SE B )

B EYF O GEDOFHINIC BV Tk, T — X DHFTPIET A vichdrbb
FLOEUNICER I N FBRICES GEAME L FHEERZHIA v T v 2RISR b

%,

—J7CRWD 3% REAREWIRD SIS0 TE D, — I B3N O RS D S fin k1
(Good Clinical Practice : GCP) IZii> TINEI N TWir /=2, T — X 5WHE - 5248 -
BTG AEM L b, T—2INEHEDIXTLDE, RElT—4, AEMES XN

ATA, EEBAEC I o TCIMEBEE=X2) v 7O+ S R EBRENRY 17—
aveLlTHETFONE, L, T2 REORELZHEL L. FRTFA v eT—%Y
— A WAMEICER L CEHHE L 72 LTV ¥ —F 7 22 F a itk § %5 RWD D&t % 3l
L. BER A4 7 A% EET 22 LT, RWD 23H FoBEEIEICTHER T 20 i
FEECHED LNTW D,
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3. Flatiron Health D L ¥ 2 7 + Y —ic B3 % #RE&
3.1 ARV Y —ERUHARLGR[L DI IR —Yay

Flatiron Health {3, &% 10 LA BicH 720, PAERDO P LICE T 2085 ICER-T]
BERBT AL THEDOHNA RWD 2HEL CE 2, KETEPAII2a=T42)=v 7
B L OEMEREERE L 08— b F—v v T2l U, KREOEREREOHETH & BEICE T
%1% (Health Insurance Portability and Accountability Act : HIPAA) ¥ X 8% D {thE8:Eiik
i - ERRVEA 2 8SF L, 22K D 500 T AU LD B ABE O HEZIRER~OLERT 7
T AFEBEMEL LT 5,

BEFANT EoT—xicowc, BEEE. kitH, EEz Lo &y —4] %
B L e boT — & 2y MICHHZBRALZ T TR, Tu LR/ — FORREL R,
NAF2 = —RELF— oo EET — 2] 20 b AR RERKRERZ R IC
LT 2, fEll - G T — 2T ICHR T 2 AR DT — 2 2 v b RS
52 LT, ZNZENOEBIIFICEH T 5 RE DR FARCHIASTEICH O 2w REEEM
RIEFEICRE L. YHEMICB T2V 7L T —A FZ VY FRA v+ (B KRR T o2%E
R (Real-world Overall Survival; rwOS) . EEER T o R TE A IR (Real-world
Progression Free Survival; rwPFS) 7z Ot ZA[HE L LT\ 5,

T—Zty M, BET ANV —ARED-D, BEOFHMINITE v X5 JEHEAIL
W% T o7 ot g, 7. [FA—EF DEEIRIGHR DHMEWTH 20 IEME ettt 1 2 17
5729, T LICHKRHEE~ DA OBRICHGIY R X 2 ERICHIGT 2720, [HER~D
BEAATREL 705 X 9 eHiii B2 HE L Cwd, itk Y, RWD ofEEHADE
BRBEECH LT — 2 DKM (Provenance) ¥ X D& 7 BERAH (Governance) % fH{R
LTw3,

HEHFERFDO RWD OiEH FERILEF AR v —F¥E EEENE) ©h 235, PAMHEE
® RWD k23 X O RWE A IcB 3 2 HR 2 H 3 5 37352 &, Flatiron Health (3 2K v~
P —EOHGILFE DKL TV =7 4 v Ny =V DIFRES XL T b, BE
WG U CH)E & oiEamIc b EEESM L, RWD/RWE O 3E R nReE L@ Y] 7 i flic B3 2 5
PR Rz iRt 32 2 & T, FARGTHORIED LKA BEE 70 X L CTORIELZ R L L
TWw3,

2018 4= 1 HLAKE, 2025 4F 9 ABIfE. FDA, EMA ZHlic, 71 Xl (Health
Canada), HERMEIHKME (Taiwan Food and Drug Administration, TFDA) . #&[E &
&3 4L (Ministry of Food and Drug Safety, MFDS) ., JRIZATEGE A R3S R EH RS
ot (PMDA) 7 & 2m — L ORI R~DORFHFE L 36 1. KED 506 (c)
HEICE S il Iy P AV Ml - F%5H7E (Post—Marketing
Commitments/Require-ments ; PMC/PMR) S #L&ER7E% L7 (Post-Approval /
Post-Marketing Safety Study; PASS) % 15 #F37#E L C & 7=,

¥ 7z, Flatiron Health & FDA @ Oncology Center of Excellence & 1%, 2016 FLK T EE
DEIBRT—~IBLTaTIRL—va VEMELTWV S,
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1) RELOEERE~DRWEFEHDO A Y v | & RADOKET
2) RWD ZH W7 T 4 v L oariiko il
3) EESEEMT T, 234 BT OBRLIIRICB T 2 W5t 0 Ei
Fric, YE2) £3) 0kinr—<iconwCREME L HFAMELEML V2 Z
Dbt YROAREBICH T 2BELOEEE A D, RBNARFHIE LTEUTO LS
BERE T LS,
o HFRBOEFOEMKICE T B EMAEOHET (Khozin et al, 20183 Khozin et
al,. 201914)

o BIMNTT—XHROME - ZHA L, VT AT =V PV PR VDM
EEE (Griffith et al., 201915 McKelvey et al., 202416)

o RIEMEM - 7TV b A LOEICHE T LZHEFOHEK (Maignan, Fashoyin-Aje et
al., 202217; Liu, Mathur et al., 202318)

FDA ¢l 2, NICE CrEEZESMTFHl#R) < Duke Margolis Institute for Health
Policy 7z &0 #fik & b A<, FFARLERBOR, EREATEHIIC 3515 2 RWD/RWE
DGR ECT BRI O W T L iz AT\ 5 1920, 3 o RWD/RWE DiEH
RSBmO A FEG T YR Y — X — L OEENGEEE L, YRR BaT gL
7o boF — 23T $t o E - RWE BEIEOBORIR S IR T, T 2 EFRF Clilkzag
I B BERZE DRI 72 RWD/RWE FEHZ &L LT3, Thbidkic 3.2 T
N5 &) fRHEH AL, PABREIANRIBEECLVRIICT 72 XA TE 5 L5
BILL T3,

3.2 Flatiron Health RWD O ¥EH F o EBHE I 1T 5 fEHEH
Flatiron Health © RWD 2335 | oo 5 BRGE ICHEH S L7 I o TR aic—#pR
35,
% 3-(6-2: Flatiron Health RWD DO¥E FOEBHREICH T 3 HEHEH (—HFIR)

2—2 H 4 PR BTN GRS

F—2=R
WG HEE | Idecabtagene % FEV5 HEIE Flatiron Health ® RWD # UM O T — %V — X X
BT 24858 | vicleucel D, EEFRICE TS Y Tvs T AgEFE (Triple-

SLHHE

class exposed) DFFE - HERMES FEEHESRE ©
RWD DA HRBE A RS L. JRBRSRI G HE o 2223
A IR & S O AR L ERERE T T
DTV ALEHIERL, BHEBEE TS s T
YA L LT 2021 £ FDA A&FEICIEH 2
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https://pubmed.ncbi.nlm.nih.gov/29317551/
https://pubmed.ncbi.nlm.nih.gov/30591549/
https://pubmed.ncbi.nlm.nih.gov/30591549/
https://link.springer.com/article/10.1007/s12325-019-00970-1
https://pubmed.ncbi.nlm.nih.gov/39146509/
https://www.nature.com/articles/s41408-022-00665-x
https://www.nature.com/articles/s41408-022-00665-x
https://ascpt.onlinelibrary.wiley.com/doi/10.1002/cpt.2874

Elranatamab

Flatiron Health % &% 2 fJHD RWD % f v CHEER

RiCk T 2 5% - #RES REEHEEED 2 00

HLERATIE 2 M L, IRBREER G RE L 3 oo 3k —
I [H1C D 2853 2 2 A o Jhii % FE i

RCT O EfiAREE 7RI T CEELRSEER L LT
D b, 2023 H£D EMA KR ICEH S 2

BEIGIEA - F
BAH

Palbociclib

LA

Flatiron Health % & ©#8(® RWD & i % o AR
F— 2% HwT, B HR+/HER-EEB A A B
BHORME - oM %2 F L. 2019 412 FDA I X

2 B A~ DHIGHE K DEKE OB L L CHEH »

Cetuximab

PNV IN

SHSHTR P £ 2

9

REEREYEEDE T ) v 7SR (FDA ©
Model Informed Drug Development (MIDD) ® 7 7
o —FO—8) I X Flatiron Health ® RWD %
WTC, LY AV EEL B OREE~EELTHE
NEAHERF S 5 T & 258 &4, 2021 4EiC FDA I

£ R

REHRED
i

Amivantamab-

vmjw

FE/NH i 23 A

Flatiron Health ® RWD % i L EGFR Exon20 & A
Z RIS 23 A BE ORI T IC B 1T 5 24
IR & e AR A AR 2 MREE L. FE/ NI e 23 A
DRV Y 724 T7ONREMICH T 2TV A Y b -
AT 4 AN =—=X%Rn L, BEERBREHTT 5
vF v 2 e LT 2021 4 EMA D4 & KR ICEH
5_ 25

(¥, HAKRIX5r1d RWD HAR 0§ 2 /R 3% O T
F7a . BIBINRAEN T E T v RicH-D < HH
HIMrOAERTH %,)

Sotorasib

FE/ AT 25 A

Flatiron Health-Foundation Medicine D FfK7 /7 27

— 2 _R—2F X UKED AACR Project Genie DT —

Z_X—2 %W, KRASGI2C ZRE%H + % NSCLC

BED rwOS, rwPFES 2RI 7 4 v Z LI, 5
BRICBT 2T v Ay b = AT 4 AN - == XDV
TV AL LB b4, 2021 4£iC FDA 12 X 53R
HOKFRIC G- %

PMC / PMR
(Fit = 2

Ado-trastuzumab

emtansine

FLHI A

FEPRERER DRIV T H - 7=, 1RIERIE 60 H B LAREIC
FEEEHE (LVEF) 2% 40%~49% D H3E& % 4RI,
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v b AV MR Ado-trastuzumab emtansine DO E[EK T TDO LML

2 -
)

5 il % F it

Flatiron Health 3B F+ V77 — & 2> 5D LVEF &
WO TFEZRAE L. HEI N RWD ZHwT
BLEANTE R etERA (PASS) #1795 2 &<, EMA
I X % 7 _AWET DA D FILic a5 7,

€/N:)) FE /N AT 23 A FDA © PMC ZEkicxf L., g - Lt - Rigmd
Bom7e &, BEAREER Ci A 31l & 4L 2 i 1miC B 2
BT BIREEOEE - RetEiHTio Hic,
FDA 73 Flatiron Health ® RWD o H {58 & % &
Ro HTEMNT ST,

HTA

Pembrolizumab MR E ) Pembrolizumab O FH Y & 27 O &\ HJR0] B 7 HE 4

(EIREELAMTRT BOEJEOMRMBL AL L LCOBMBRIITICE

fifi)

W, EERICE T 2 R O ERIRE £ To
HAME & Z offeRI1c B3 2 RWE £lH i Flatiron Health
o RWD % &M,
FEENICEICE WV AT LT VAL LTRD L
N, A F Y RONREFICHFKIRE~DT 7 22D
LRI =Rk 25,

Atezolizumab FE/NHHRE T 25 A Hi[E NICE o [ERESMEH iC 351 3 5 FAEFHM O
AME T OIS LT, Flatiron Health ® RWD #%
P TS EEIE /NG 23 A 0 IR I 35 13 5 24
AFHIEO T v T v A %R, BRAMNSEDOR WA
L Ul S v, YR EET 7 v A OfERDIHE
IE 290

3.3 Flatiron Health RWD OFHE EoERICR b 3 HA

R LoBEPREICHS T2 RWD oiFfIfl@& e LCid, B Ic HAEOMHIZET S
. RITTRERHG R OEHUHB) (contextualization) % & TJAFRDIMEXIRAE (External
Comparator Arms: ECA), & & ikt ® PMR/PMC - PASS 7z &I 317 2 iG H A3 5e
TWw3, XYAHZFMFE 7 v v RicEWTiE, RCT FHEERS CO@EKIEIEDKET, JHERD
74 =) T4l EFHEE R LD RWD Ao TED, 2hbidkwoind
7 — X E OIKEER K EF LT WHRPICH 5,

HATlX. i< palbociclib DHEHFID A v o837 b DK E X H 6, RWD OAEEXTIREEE L
TOWERBREZRFHZED T 25, KREICEH T 235 o RWD @ #HipHIc K Z 7x
W25 5 2 &b FRITMET 5,
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H SR IE DRI 2 iR ERAE B D contextualization Tl FHBED X 9 7% RCT DA RL — =
Vit - BE LD 72D DIERAE L Y IXTE T — 2 WEARD b 28, EEK T OB
FEMToOEERRERN ZHECTCZ 2 w5 RWD Offifiz L L3 < ATz X
HEOMHEE - @, 0TI RCT IO KK 7 m v 2ol bic %59 5, %
D7, BERAPZEIC & o TIIFAFE 2 R T B ERFAFER ) D AlRetEm E & v o 72 K& 7%
AV P22 I N, RAEWICEZITRITTE 2lifED K2 v, KETIEH, AFVI—
EDEE DIRERD O OREERAICEBEERT D AT 2 T B DT — X ick2on»T
EEIRBAFERTH 2 RE T 2O flAEE L TH Y, HRATHEHORMITKEZ WEEZD
nas,

RCT D EEAREE 7255 78 EWCTH W b N 2 A IREER  (externally controlled trials :
ECT) <Ti, AZHMWcAVSONZ Ty 2 e LT, RWD ik LTEWEE B X S
KD LD, FDA I, AExtiEaER (ECT) & A EExTERE (external comparator
arms : ECA) 2 ZNZNEXRLEBHL 58 (ZNLOMHFEDERTBFLRFIC L >T
B2 %,) FDAIZECTIZOWT, 70 b a Vil TEBROK S %% - BEEFHD
TV MLk, AUBRREEZT el O BEEN GHEXIE) o7 v b a sl
i3 2588587 4 v & LChLiER T v 3,
—77, SMENIREE (ECA) 1, BERICRBE R T 72 £ 72 13% 0T b o 2 BEEH
(historical control) *°, [RIBFHIICHIEREE CBIZK X722 (concurrent control) 7z &% 15
L, BREFE- T o—ile LTEHIN2 2 b H % 8, Flatiron Health D%
BRI IR S 3 &, ECA 28 BRSO e P UL 2 HY & 3 2 56, IR 51T
& DEHIIR TS ECT & R L T, kKo bz 7 — & 5B O KAE A I ik ic b
NaHAPRD bN D,

ECTiL2nTid, 7 —2MHEOEFOKEDH X5 5, FDA 2% Offi R % £ RWE %
substantial evidence & L CiE® 5 Z & IF TN E THER D o7z, —7F T ECA TR
HAlEEERE . HEMICL X2 ) —2 Ty xR LTRY AnLLNTWS, Flzid
7 . — R 2 OHEFHERER D contextualization D729 12, RWD 20 b5 & 4L 2 AR5 R A
BHVONSE T — 2L L v, ZD5E, 72— X 2 ORI L substantial
evidence & LT, RWD THEk & 1172 ECA D fi##T#E 5 13 supportive evidence & L CTHZiE
fHF 5355, £ Td substantial evidence DM Z & L3 % FCIEFICK & IntkE %
B9

KETIE, EHEMKRRIC FDA 2SEIRILCHE S W TR ZZRTE 5 PMR ¥ &
O, ARV = EELTCEMET 2 PMC~D RWD i, Tabbililkzics T3
HHADILK LT3, FDA I X % 44 &~ X”Postmarketing Approaches to Obtain Data
on Populations Underrepresented in Clinical Trials for Drugs and Biological Products™ ¢
2. BRIREBRIC B T A - Ffi - MRl S X Y HoaiciRESI N WEM % AlRE 2 R
DHAAND Z L DBEEEIRINT NS, &9 LTHZOERLBEELGAICIE. 5l
I FDA L ek L 7z £, fit-for-purpose ® RWD Z MW Tz v 7 v A% Hi/E T % etk
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bEKAINTHEY, RWD ZiEH L 2 dikEHFEEICH 32 FDA OZBIBEL CHiMm & T
B 5,

T 5 RWD iEH OB I iE, EHEHECREGA T A 7 - xX—b oLy =Y AV b
DITEd K& E$ 5, Flatiron Health 282 R v ¥ — 0 Y FEHZK S E FDA & D
N—tF =2y TORTHELEMEI B S UT DR FDA IC X 2 RWD/RWE O3 o
BHERE~OMAARICHEETZ L 2BELTE L,

o HIHIMF L X TE 2L TFW A >%aTIC RWD iERIGHE IS D\ TiaE D8 % 8%
F 3

o WREZRIRY. Fw b a LRHEHENTEHEE (SAP) 72l 7 7w —F NS
&I CE 2 BRI S 5

o WIHIEIE ORI, 7 — 2 ME L MHBEN~D#EEHE (fit-for-purpose) i<
HuziE <

e RCTHDERDTET v RAERFESFEMAEETH 2 i IcOWT, BT
DH 5wl e IR T 5

% Ofth, Flatiron Health ® 57— ZIZ[R &4, RWD 2S3FHHGFE v 7 — Il AA TN T
b IS R o BRREME E LT b nwr — ATk, &7z RWD o
HECHEPOLF 2T ) =7 T RF a VITHEBL v LW X L7z (fit-for-purpose
ThW) BE o, Y e oS RWD iEHICB3 2 Haio s - 55794 v
Rt5rTcH 256, RWD O Y —RZLFHRA~D T 7 & A 143 THJRIC X 2 EEHIR <
N2567% L, Provenance ICHEDH L7 —AbH b L INTnwd L, FHifge LT,
RiICTF =2V —2ADER T THo72E LT, RWD/RWE OiffHIc X 297 v 24k
T7a—FEfviz e T v ZERBARBIYFIC L o TRIFANARE L ZD 515 HED
»5,

Flatiron Health Clt. #%ic 5172 RWD/RWE i % & SICHig b 3<< ARV H
—ZEIHH Y IcEER e &R L LT, RWD/RWE O fitness-for-purpose @ FHifi
% %1% 3 % [Fit-for-Purpose Assessment (FFPA) | %# 7 v 7L — MEA TR LT 5,
ZONEIX, Fi< FDA »° RWD/RWE o fitness-for-purpose % #fifii 3~ 2 FuilAa TH 2
Oncology Quality, Characterization, and Assessment of Real-world Data (Oncology
QCARD) Initiative3! i35 fti, FDA % EMA O&FiAH 4 XV 2 & AL TS, Mz
THARICEW T, ERcoMMHZ BIEAKERKICEFTED Y — 27 — X~ 0188257 fE
AR A Z A A, SEELR P RIEHR OFE % H T & 5 X 9 72 RWD AR Y
ZiToTWw3,
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4. ¥t ®

KEE PO E LN TIE. SR RWD OfEHE P94 7Y P 7 —%@ L, 83D
¥, 7H7 7. RWD i, HHlNUREE o2 TDRT A 7 FA X — & H
LHEVEERNL, Tav AT a4kt LT RWD EHORBRZERM L, KO F —
2R T AEIMERSET NS,

RWD £ O fil# b Bfif L 72 Ec, BEEMZE RGO 7 RWD OiEHJTEIC X b il
U107z 0, HEYED T4 X RAREFICEEEHT. S RWD 21 L 720985
fEEEAENR TS, INEIGERD X 5 ICiRE/KED T — 2 WHZE T 23672 T 2 ik
BAME L 3 EERLTA 754 2 2K T RWD 2 L 228 5 Enfic 278 % B itidl
TEDZ7uRRZDH DO, RAHNCHEEHFFTOEMZEB L T 2 FUITFFEICES
%, T9 L7 A, IRAEMLT 2 23 ABIERL AT I I W CHIIRIY - 5221 -
HENICEROD ZMELZEARB L. X744 7F- X —2Ficiifiz b7 LTw3,

HATRWD ORHFiEHZ X HICHEXE 2121d, ChETOEBEECO#EMmEEE
A BCDRTA 7 FNVE—=DBECAFET 2 RWD U YV — X% iE L CREEZ SR L.
Z OV R RHICRDERICENLT Z L3RR TH 5, A — FEEXR T, HARZ
RWD/RWE {EHICB W THDEREG A 7 R—v a VIl o E 4 IENEZEY | IEFEBETEL
LTWB NI 9727987y 7/u R0z I oic@it ey, —/5T, dE
Dy ORERI IS G E, HAIZ RWD/RWE ifH o Jetefills & L < o Hbihr % —f@ sk
L. ESRGEAREE LCOEBNARY Y a v 2@mn 3 2 AL E 2 b5, K
WHEBICHER T 2 REOFMICH £ 63 FAFRVIHOG 2, HAREWIE., REHE D
contextualization 7z &b & 7=, @AV RWD DG & B S DX VDB AENI %
25, FHFE Lo RWDERHZVI W h< L 72 5,
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CDOBHEEARES T2 [ 7 FLDFifi | V2 7 5/MEIEENICE T 23T LCEE
DHEERRD [ ) 27 5MUED EPERF

B4 R IR TR~ 5

Y

PVEENCBWTY 7A7 — A K5 —& (Real-World Data : RWD) D& % 23 2

BRIz i

TV —2ORRETHL. BICIEL CEELR T — & Y — R A RN B

BARR 2%,

Hiy L &M

ICHMI4 IcC [F—=2 v —2ic& TN 5 BHEERD, Mo E ML zv»
WREFMZBEUICTRELCTHE2. ] EWIHNELREFEINT2, FIHT 2T
— AR—APRHN—F 5 EREBEOEE P REE OREIc X b, BFEEFICHEY
DEL B AREED B B 72 KGR O —MALATREM: IC D W CIIERE a2 02 T
55,

ICHM14 12T [WEEK (FRicmdb g7 v b2 2 0FHl) 16 L<THa7%k
TG A TR T X 200 72, BEZRIEIECE 220, L) ARBEEI
NTw323, BFOEREBEZHE CREE 0L IC XY | Bl S 12 AlRE
Wres 2, £, HFLEROM TR T HIEGIEZHERCTE RWHAELRD 2,
ICHM14 icC [WfRICHERIRFE, 7V b An, EERT -2V —RiIC+HIC
I N TV DD ] LVWINEBEFEINTVER, AT 7T —2X—20Dff
(L7 b, BTFAALTEH) XY, NERREAR T — 2 HHE IR 5, Fric, i
AL G EEEOER L LR LRNET 2 L 2H %,
MEBNICTERIGEAT 2T — 203 ET 2 2 e Eciib 200, BHED
RWD T2 DX 5%T7—42% RO 2D3BIREETH 2 2 & 23% v, Z D7D
FHWIC X o T, Eo@EGHoMEZ RS BEHTE 2HIT 2 0815 5,

Bl z X, KEOHEER L OBE O AREME % s DM ICEES [v 7
DR - B X L7 FHR D ERIRIY 72 5 E/ 2 2874 & OB 2 T 32 [ 7'
L DFHI ] BSHOEE, 4 DREFIOEERI 2GS X 0 b, dad: & i
BERINDZTHS I, oA, FROEFENAN—FT 25X hT—2R—2
BHEAT BHENL VEEZLNEH, L7 P TF—2x—2%MHT 3854513
R COHEBEARELTHE LW RALZFML - LCiEHT 32 &
BRD LIS,

—HT, FFEDHERRD [V R 7RToHEE] © [FHARDO ) 2 7 g 2
HChiE, ZHRETF & 72 5 2 MRREMEC G EE, REDOBEEE & v o

78



7l A E BN INT WA Z L AEEE RS, COHMD =TT, &
#7127 (Electronic Health Record : EHR) 7 — &2 R — XA EDEEL VA Y
DI VEWEAEEZRE>EEZ LN,

HeB AT REHE D RELR

o NATALHERORUAPMFEMRICTZ 2WEDORE S ZFHIL, x0T -2
75§EE"J CRNLTHEAELTW 22 BT 272007 7a—F L L TRENZFE
23, EENA T A58 (Quantitative Bias Analysis : QBA) TH %, QBAIC X
D\MET%&#otﬁﬁl%%% TR ALDOBPFE ol TR DR
FERMEDERIRIC EOREDE Z 5.2 5 2 » %2 EREICFHEAIRE L 72 5,

F—2R=2 (LYR}Y) BEoERYE

® HA®D PV EHICHVTH, FRIEHMT — 2 —2OREZEHMEL, ZDR% %
Wik 5 Z L IFEETH 5, [HiERkTek o BN LBEETIC BT 2 ERERT
—Z_X—=Z2DMMICBT 2 HAE 2 TTiconT] Tk, EREHRT — &2 ~<—=2
ZMMAL-HEOEER L LT, MMHTZ 2 FEIHE MR TR\ AlRetEe, 5
S NI AERD —MACATREIEIC DOV TEE T 2 HENRHE LR LRI LT3

5

o

o BT —xDEHMEICEEL T, EIEMERESREHME (Pharmaceuticals and
Medical Devices Agency : PMDA) 23&#ilH%Z ko 2 NEICEET NS,

2. Reliability (fS%EH)

ICH M14 <% Reliability %, [data accuracy] + [ data completeness] - [ data
traceability | - [data provenance| Z&OEa e LTERL T3,

¥ 7z, PV CHIfilH O 72007 — 2iER%#® 3 5 2 ¢, PMDA 3ifH3 57— 40
BEEEFHCE 22 2 RkD T2 07, DBREEH Y -V ICHE S EEHEEZHER L.
BERHIEPMDA I [EHAL YR VEEEFAEMEZ] - [EESHT -2 X—21F
FETEEAE ZH LAR, EHEMECHETIPEZRZIT 2L I,

o B BB D SEEIR D D HER
® PMDA OR® % [MiHliA o IUE L 72 [R5 7 — 2 O EER - WE R
WNE] oFiflicEEns L EZLND O,

B9 %

ﬁlm

BFWEFRL AT LAY F—vay
o PMDA @*b% FVX%A&U% @@E@*ﬁ%ﬂ}% ({}\AI%E‘%&{%?%&CEQ?5$IE%/3\
L) OFHICEEITNEI L EZLNS 6T,

79



JRERLE DS

® PMDADK®D2 [F7—427u—K|, [FIHT 27— 2@ OER]. [EHRE S
IWELZ2ERT — X O MEEMR - ERIEICBT 2 NE] oFtHicE I L&
X>_ %ﬂ% 6’70

FIROHHE R & FLRRTF

® PMDA DOR® 2 [7—X_R—2I% 5 ERFEHFIEEOMEE (—% - WA L) |

DOFHICEENE L EZLND 6T,

3. ZDfOBEER
LY X+ Y iEH

L YR Y REHEFICED Gl R OGRS & FIHOBEIC XY, 7—%D
A RIET 52, ST XY Ao T — 2R Z 2 BEIIG LB EER
DIELATRETH % % L7eddo T, EHG, EREEGE. FAE RSSO GM: -
WMo F— 2V —2 & LCTEMIN L AREN2H 5,

PVIiCET 2L YR Y OiFASE & L, ShElGEgRHEcs T2 Ty M 1 a%
BOF—RL R LAY T —vavefde3afle, Faotplcafiiiiic
ERT 2017 8038 %, 7272 L, RERRNZIGERSHOTH 2720, HBOT IR
DRI ERERBEET N T RWEAEbH Y, HWICEL 2T —&2 Y — 2D
ERPEETH S 1,

IR, PV icBWTHRLIEH I T3 RWD i3EkEL & 7' (EEdERKT — %)
THY., WEWRFEHRT — 2~ — 2., TRELeNHE, 74 —Y e ) 7 48
H. ALICHLATWS U, 2 IEH T T2 RWD O RKF 1T REMBZES R
BT 2EBEERT -2 X—ATH 2, L7z2>T, Z1HD RWD 127 WEH# %
BITHLVAM)VOIERESIORIREEL D 25T AREEAMO TV 2,

BLENRGERFAE DT — 2IEM

PV itk 27— 2iEHoHEM & LTRENLE D DT ) BIEIRGEHT — &~
—ARETH A5, BLERFTHEFAEICH® 2 -ENREHR T — X X —AAEOEIA
BEESLIELHRE OGNS 2hon, TCICHERRE - BEEHGEEZK T L
HELHTETN 3,

Ui IRTE A A O FEMICEE L ik TTTEESE S o RGN TE 5 T % o E T o 5
EWCB T 2 BET 0D FICOWT ] O—HIEICDWT] DETIEICDWT] 14
W, RRE A MR R CELEIRTE R . A ICBE T 2 BRI A RETERIE R U
AT, UEEIHEEZRIENICHER T 5 2 L ASATRE L 1 2 NR 2 RS 2 L H DS
HDB, 20X BRENCEBL, SNETIKEIHNRERA - T b hoze T —2_—

80



ATCERCTERVWARLHWICER T 2T —2ABHFHELERWI LR E, T— XD
AEA A ICEIEIRTEHR T — 2 RXR—AFABEOHEMEWZT 2L 0wI LR -
T& 7,

® DX HHEEET, REAMICEZY TR LD REREA T YT v AR RS

% 7= @I iE, FHHEHEE © PMDA OMEEHIE R 2GR L, AT 57 —4%2 YV — &
DEY)ERLTHEFH O Z Y Ic O WTHEIYF & HociEm L. Bffdbez L
TEBLZELEETH S,

o fHidolBy, KD RWD ICAWFHIEE T ALY A YRR T —2 =2

DIEHICIZ, T2 oA EICE T 2EEERL, OWTiE PV KB 57—
RGO R 3FEEXL -T2 2HHFEL - W,

<SE >

1.

10.

11.

12.

WHO. Regulation and Prequalification (. https://www.who.int/teams/regulation-
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Drugs and identifiers Approval period Indication / Target Disease

Defibrotide sodium PMDA Hepatic veno-occlusive disease (VOD)

Cerliponase alfa PMDA Neuronal ceroid lipofusciosis type 2 disease (CLN2)

Olipudase alfa PMDA Acidic sphingomyelinase deficiency (ASMD)

Pertuzumab/ Trastuzumab PMDA Unresectable advanced or recurrent HER2-positive colorectal cancer
Vosoritide PMDA Achondroplasia (ACH) prior to epiphyseal closure

Selumetinib sulfate PMDA Plexiform neurofibromas (PN) in patients with neurofibromatosis type 1 (NF1)

Unresectable advanced or recurrent HER2(ERBB2) mutation-positive non-small

Trastuzumab deruxtecan PMDA
cell lung cancer (NSCLC)
. Hutchinson-Gilford Progeria Syndrome (HGPS) and the processing-deficient
Lonafarnib PMDA . . .
progeroid laminopathies (PDPL)
. Treatment of hospitalized patients with COVID-19 requiring supplemental
Actemra (Tocilizumab) FDA . . . . . o
oxygen, non-invasive or invasive mechanical ventilation, or ECMO
Aurlumyn (lloprost) FDA Treatment of severe frostbite in adults to reduce the risk of digit amputations
Nulibry (Fosdenopterin) FDA Treatment of Molybdenum Cofactor Deficiency (MoCD) Type A
Prophylaxis of acute graft-versus-host disease (GVHD) in patients undergoin
Orencia (Abatacept) FDA phy e & . ( Yinp going
hematopoietic stem cell transplantation
Prograf (Tacrolimus) FDA Prevent organ rejection
o . Severe manifestations of PIK3CA-related overgrowth spectrum who require
Vijoice (Alpelisib) FDA X
systemic therapy
Vimpat (Lacosamide) FDA Partial-onset seizures(POS)
- Treatment of
Voxzogo (Vosoritide) FDA

achondroplasia in pediatric

11

10
l.

Data were adapted from Asano et al.” and from information available on FDA website.
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(https://health.ec.europa.eu/ehealth-digital-health-and-care/european-health-dataspace-
regulation-ehds_en?utm_source=chatgpt.com)
2. European Commission. BRM 5 — & §#lE (https://digital-strategy.ec.europa.eu/en/policies/strategy-
data?utm_source=chatgpt.com)
EHDS. EHDS O#ZX. (https://www.european-health-data-space.com/)
4. NEERE. E#E DX #EAER. (https://www.cas.go.jp/jp/seisaku/iryou_dx_suishin/index.html)
Rikbi., BEFES O E2SUET 2 EHE.
(https://www.shugiin.go.jp/internet/itdb_gian.nsf/html/gian/honbun/houan/g21709021.htm)
6. JEAEA. EEEHROFNEHICH T 72 E#E DX ol A, X 6-G)-2.
(https://www8.cao.go.jp/iryou/studygloup/20250903/pdf/s-3.pdf)
7. TYENT. TV EAESOEBICHNF B AN, (https://www.digital.go.jp/policies/priority-
policy-program)
8. TYRNT. T — ZHGERHIE DR ) J7 1B 2 BT .
(https://www.digital.go.jp/assets/contents/node/basic_page/field_ref_resources/5ecac8cc-50f1-
4168-b989-2bcaabffe870/3f34e872/20250613_policies_priority_outline_07.pdf)
9. PR, AL SR SR E i),

10.

(https://www8.cao.go.jp/kiseikaikaku/kisei/publication/program/250613/01_program.pdf)

PRI, BRSSO AT A D HEE 1< BE 9 2 FRET 2.

(https://www8.cao.go.jp/kiseikaikaku/kisei/publication/program/250613/01_program.pdf)

11, N, BEEREERO PG H oHfEE BT 2 Eia hiEE L o

(https://www8.cao.go.jp/iryou/studygloup/pdf/chukanmatome.pdf)
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7-@. ZXFHA% RIEX 2RBEEHR s 2 7L DR

HO EHE ENZSAWE R v X —HUERE EREERE TR

1.HIS ¥ 27 L DR L FFERICDWTIZ2WnT
L-1LAIC BT 2HBEER > 27 4 (HIS) O sk & o Hlk

JRPEIER > 2 7 4 (Hospital Information System: HIS) D dfh 4 ICEATEHED . 4
M5 FEDOMENC L B L, —IEBETIIA 65%, 7V =y 7 Tk 55% L m>oTnw3, 27
=y 7 TIRHMEVEARICE T o T2 b 0D, KBIBREE (400 KU E) TIZEAZK 90%
LB EKkEETH B 1, KETIH, FRBED 96% 2 EAF AL, MO SEEER LTS,
BHZEEE (2L <L) T 78%723 HIS ZEA LT\ 5, KETIE, BEFIELD 5 D203
FicH 5 %

1-2.HIS DRk

K 2T LI1ZEFH VT (Electronic Medical Record: EMR) & #{fq s X7 L TR X v
%, EMR 3B EOBIFEIk 2 ETIICER - BT 2V A7 L4 TH 5, BEOHEAER.
NA X BERGE, T, MEMEETEHEL, BN EREEEESREICT 7 ¢
ATELXHICLEZbDTH D, it\E%@@* W) - BEREDOfREE %mbf
LET 2WEED AT 5, &My 2 T7oicid, MR OB 7 v —2 7 — X BHHKRE
fHAAENTED, EMR }::@%Ltmﬁo\ EMR HifkT iﬂﬁﬁ#%ﬁbwﬁﬂzﬁa%kﬁﬁ"éo
Bl 212, EERRE CHEERRE OMKIE2 EMR 2> 53y 2 F Lk bn 3 &, sy 25
L TIHKFEICHE > THEEZ T . MAEME X EMR IGRE I WVREFEI NI EED H 55,
M AT LICRIEI N2 5H6DH 5,
FAFMALATLLELTE, DT XS ndbornEiFond,
o MEHML AT L (WA, WHE., HEYR L)

TRFHRER T & 2 7 2

AR > 27 L

EEHAE Y X T 4

Zoft: Ve ) RERE, FINFER, HH#EGRG Y
EMR 7 —Zlz—iiczo flibh s 2 i3k, ZXRAMAZBEK L L2
BiEG (DWH % SS-MIX2 fE%E 2 b L — %) 1o aI g, kb, ZEHEcOF]
7207 < BRI LB, E O 7% SR VCIEHAARE L 05, —J7, #Tv X
LREIN TR T — 23 XAHEZIE L TG4 <, Z0F ETld Y
FIFICE L 2 CREI L TR VW I e 3H 5, 2D, HMY 2T a0 bERET —
2N 2HEE L, MAHEHPSPHE R &2 i %;?5%%#%5

AFBIcET 272 NEFEOBAENIZEAETH Y, T — 2T Excel # CSV 7
TANGREREDIERICIRE o Ty, BEIRNIZZ7 8 —X N3y N7 =27 D720, i X
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NEZLRRENTHZ, $72, "7V w2279 AT LLEEEEST S L bk
AT 12,

HIS iKffRfEE Nz T —2 3 R&EL gk — % & [IEELT— %] chohrid
3, ML T — 23T — 2 X—2 D17 - FICHRETE 28H. Hf. 22— e hzEHnA
EThh, FHERLEICGE L, —RAHCHEED Lo w, ST — 2 i Aliddo
XE, HR, EE. Bl ETH Y KRB E 0 G RALELS XA L REE TS
%, BELHDO%  IIEL - JEREL T — 2 2NREL TH 0, PR & KR
DEBICIINRT — 2 DESPHNEEZ D O UOTERL TEL LELRDH 5,

TRFAET BRI, EHIRERBEEICN LTS 20 a— PRSI T3 L Fl
R LT, BAEFEE > O 1ZEAETEEE~ 22— (] : ICD10, JLAC10, YJ =
—F) Aol 2 X —RBRHINTVWEH, cnE Tk, EEKET L IchHo a—
FOMER SN 2H153% { b Ndz,, wiltld, BFALTHEREG Y — xR T — 24
HICET 20 AR I N Icon T, EEKEICE T 2181 o — F i)t
teEZLND,

2. HIS » —X#FIF (HIS-EDC ##, RWD & L CoFEAZH.LIC)
2-1.2KFIH & LCoilAFEH] (eSource)

HEFAET IO -7y -3, FL=2Fz2bh%, ~2HRETT—&%F%+7
F + (Electronic Data Capture: EDC) X} L€ HIS N7 — & % [EELGE - B89 5

[F—xfEy 257 4] OJFERE LTHATE7—2 (\WbWw 3 eSource) TH 3,

eSource ZFIH L 727 — 2 #2175 2 & T, KT — & O ZHEAIITHE S AJIEERERH
VHRRL I A DA RIRE L 72 5, T2, £ OFGE, RERKHEE I X 5 SDV o £ HEE
7 LY BOHIEDS AT s,

TransCelerate BioPharma Inc.2> & 13, BARR 2R & LTRD X 9 R A#HE T h T
(BRI

a /XA T LA X REYTNAL - RO —V - TRV VY IPLRY Z—
(0 b M AN
-EFH LT (EHR) F— R 2 ARV I —F — XTI 2 T AT AT 7 AHFE— |
- TSR S L A4 2 ERD F A 4 VA
U]
- FE)yT — &2 A% 20%H15
- 72 ) FAEFE 50%HIK
- BRRd T 7 — ¥\ ZEK
b. 4—=54VV— X XEFYTN-Ru—Y TRV VI & 4 z— VK%
(2 b #H A NE]
- EHR 2> & EDC ~ D [E#H#n%

133



- B—=ANTRT — RO
(3]
- F—ZBIEE 20.4 H2 6 3.5 HIic kg
- BRI T — % 6.7% 705 0%IC HIlTR
- A MMEEREREE 1 A0 B - T4 72 0 8 I KA
- =2 ) v EEREE 1 AOBE - TIFFEYS 2 0 2 BERRIIC kG E

c. Duke KR
(2 v #H A NE]
- B EHR 2> 6 N EDC ~@ 7 — & 58
[ R]
- {2k D EDC & eSource D HLHLT 37% o et # 4
-1FTE (724 LHKE) 53 OVEERIR
- F—R b+ ua— 2% 65%HI
- T2 EEREE (27 —F% 9%5 5 0% I )

AIETlE. BESLRAAWGE v 2 —HREE TR, 2014 25 7 — &8 S 25 L & BERKIE
HLHETHITL, 22V BIET =2V FY v 7ol 73.7 B2 5 0.5 B4
a7z Tz, 2021 FICBB & > 2P0 RERICEB W TIZZ = V528 160 2> 5 3 1TH|
WX 7z o,

2-2. - KR & LT oiEHEH] (Real-World Data)

AFTiF, HIS7—%2 % RWD & LTHIENMT 256, 2 0%  ZEATH#HE BE
FROFFEDD L TEMEI N T WD, SS-MIX2 X L — 7 EoENTL L fHE N
TV REREIZIEH L, HIS 2 o 08z il - EA L 2 EoF —x<—x2{LL. i
FEHBTONT VS, LT ICEREFZHNT S 5,
® J-DREAMS (Japan Diabetes compREhensive database project based on an Advanced

electronic Medical record System)

J-DREAMS i, BERIEEH OSHERE 2E»OINET 2 7uy =27 FTh b, EZE
BREEREIITE & v & —kbe & HARER AR FcHEZ MG L. 2015 4 12 H 2> S
I 2 BAA L 720
AL, ENEER O SS-MIX2 ©F — X 2 {_FF L 7=, &SR CiE7 v 7L —
FAT G TRET — 2 it L. HIS 2> 5 HBIRICEE - BRL 7,
® J-CKD-DB (Development of multicenter clinical database of electronic health records)

J-CKD-DB &, 1BHEENHREE LK T — 2 2 2EHKCENT 2 7ny 27 +TH
%, HAEEY-= & ARERIGIRASBIETALRLIIE L LT 2014 SELIChG S h iz,

134



3.HIS &M & FHIR
3-1.FHIR & %
Fast Healthcare Interoperability Resources (FHIR) 1. EHRIER DM AEH HHER%Z H
f7iC HL7 (Health Level Seven) 23i%& L 72 KR o R IE SO HEHERMR TH Y, UT
DR AT\ 5,
®  Web Hiffii & @ @AM : RESTful API, JSON, XML 7z ¥ D HEfi#iEH L. 58 5> ik
G RIRETH B,

o VYV —A~N—2FGh: B, DR RE, BRlaCoREAE [) Yy —x] & LTE
#L. DEREROAZHUT - EHizvie L 32,

o HHAEMMom L Bk 2 EEER - o X 7 AMCoOFRILA 2R S I L, HgEEGE
e 2 et S 5,

FHIR I3 A DR DX HEE I 51T ERIERORHE(L L HAERM o[ 2 B e
LTHEHAIN TS, 2025 F X VFlGE o BT AL THEHRILAE Y — v 2Tk, GEE
%ﬁ BE&EY~) -2 FHIR Z flvCEffid n s, —J5 ¢, BIFEAMICH 3 2 FERTIC O W

ot EhTtEso . SROBEPRD NG O,

3-2. Wik 1T % FHIR OFIEH & Vulcan DiHE)IC D\ T

HL7 Tld, FE D & & BERASE L ERIER, ATBHER 2 LD R T — 7 F v X
— 258 L <. FHIRFHED FELEH A FCREM AR 2 Al /FRk - RT3 2 L2 B
E LT 2727 —>av7us 74 (FHIR Accelerator Program) 23X T %
0, BEHL? 3343 5 F 7 FHIR 7 7 & 7 L — X —I(Cl¥, Argonaut, CARIN Alliance,
Da Vinci Project, Gravity Project, CodeX, Vulcan, Helios, FAST ® 8 223% Y, Z®
5 B, Vulcan |ZEFRITZE & 2D 7 — 2 il (Gl - milkEHER% 1B % EHR 7 — X
DZRFA &AL 2 EAARE LTHBE T2, Vulecan I3RS, 1T ~ v

- B4R (FDA %5), SRR 72 &AL CTw 5,

7’1 ¥ = 7 b Adverse Events, Electronic Product Information, FHIR to OMOP,
Phenomics Exchange for Research, Real-World Data, Schedule of Activities, UDP:
Utilizing the Digital Protocol 23{TH#LCT\» 5 11,

Vucan iZBIF 370y =27 b 2D gy LV EFRERITE ZUT DX I Ik oTwn
5,

Project | BallotLevel | IG - Ballot Date
FHIR to OMOP Informative Sep 15, 2025
Phenomics Exchange For Comment Jan 13, 2026
Schedule of Activities (SoA) - v2.0 STU Sep 15, 2025
Utilizing the Digital Protocol (UDP) STU Sep 15, 2025
API Exchange for Medicinal Products (APIX) STU Jan 15, 2027
Electronic Product Information (ePl) — v2.0 STU Sep 15, 2026
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3-3. KB 1F 2 FHIR 3 & O Vulcan 1B 2 3EB)IC DT

K013, EZAGE R v 2 —EbE. & Ekklath, Phzer R&D AR &#t03
Vulcan iICHfNL T 5%, F7z. 2023 FHAEREHR -2 CliE. [HL7 FHIR ZiGEH L 7216
Br - BRRTTE O EINERI L 7o —o Sl # A ] & LT, JASPEHR Project 12 X % BfiIR
HEHINEFRE S LU Vulcan D €Y a VICBT 2 BRI TNz, $72. 2024 FFiTiE
FHIR %\ 72 7 — 2@ o v REtEIc B3 2 L LI S EfE S hTw 5 12

4. OMOP %Z#H[F L 7= RWD %t

Observational Medical Outcomes Partnership (OMOP) %, 2010 FEicKED 7 77 v 7

—vav.-Tx—-FvaFfr - AVAT4Ta—vavX-F7 - ~1rA (FNIH) i

QU i‘éﬁ”bto OMOP @ HIFEFHE MO LIS 2 B0 7D, Ti/? 7Zt|:

BT — 2% HBDO 7 A —~ v P TR 2 LB TE 2 KRBT — 2 IEHFEROMETIC

OMOP 7uv =7 bR L LTEIN-DR, HET—42ETLTH D rOMOP

CDM] T» %, 2014 4Fic, OMOP iz 7 vy =7 METICH: > T, TOHDSI

(Observational Health Data Sciences and Informatics) | ICf#{T & 7z, FHE. OMOP &

WHOUMET B Y 27 PATIE R, T—XETAZDH DO &iET, OHDSIIE, “#ifik

B, BERRRERY. BEMER R m—o VBT 2312274 THY, =T VI A

TVRADOHRZOb L, Trtarey 7ty =T 0N - A, Sk - ZEMICET S

RWD W7eEitE 7 &2 CTIEBI L T3 B, 72, OMOP IiZA T & 9 % fl i H

%,

® JiFCHE - ML IR RS LS T —& HIST— X, ZOfifkc 7y — 27
Z, I nketFia— FICENRECTh b, $ . ZOEHUBRT, LT —
EDFL—HE YT 4RI NTHS

® BIEHTE. FHNES . IR E i /e f‘:fffz/? A& CIEH T HHS/EICE T 5 R
B D IC B LT D ERETED M T A3 IRETH B,

® OHDSIAEAHES LT 24 —TvH ATV RDLE, V7 F 7T HAHEINTEY,
AECHIECHA - TR B, . FHHEIAMAIN T 2D DY, BHICS
M2 LpuReTh b (b, 7 v —X Faifsed Eiinlge), HHEE. OMOP CDM
BEXUWOHDSI aia=743a—uay X, T7VT7TD% L OHE - HIRICIA2>TE D,
Bk & 7o BERRREER - AR - EER A SE L, OMOP CDM MG 7T — & X — 2 D
B 5N T3, HAERMNTY, 2019 4£ X » OHDSIJAPAN 233%37 & G A
SEDIBHAG & 7R o T2 F T2 RBEENEAMUAR S IR EFEN THEE T LT 5 Real-World
Evidence (RWE) Al D 7= O ALY #Hl4 GEFREET 4 » +) 1B »wTd, OMOP CDM
WEAHE L2227 7 5 =20, HESLEAFIHOBIHE R TbNLZ
14, JHIS 7 — % % OMOP CDM I £ 3 2 BU Y M A X FEZ A AT & v & — ke ©
EhEx iz, ZOfEER, W5, H4. BREE, FoHHEIC>W»T OMOP CDM ~0
BIADAIRECTH - 72 15, PO T — X2 R— A TlE, BBV — L RiIcE T OMOP &

— X
2
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ADHEA TV B & AR X N7z 1617

5.HIS icxf3" 3 EDHELRICDWT

5-1.HIS Z@Z# I+ 2 LTcoi4 V74 v

ek HIS @M T 2 BRIz, EEFBE»ORBINTWE [ERERY AT L0R4E
ERICBAT 244 F o4 v BLRFEEAS L OCRBE S ERRE L7z TEREEHR%Z B
DI TERY AT L« = RDRMBFEEZFICE T IREEHATA T4 v ] VIihEoT
HHT 2 iChoTw 2, HiFIZFEICEREREE o BEEIEHRS 27 L0 3 2 FRicE
FIREYVZA7EHPvF 2 ) 74, BRAKHZSCOWTEHMICRLZdDTH Y, £
FIXERERD 7 77 MU EEE DN ED T, I — AR HFEEE M T I
RREMOEMCH AN F v A FH, ZitROFAEBER R EZED T b, RIETIE. 4K Al
EERFIHLEEMTONE ZEBMEINDG, 2—AF—RE LTI, BREGHI~ Y
— D HEER S B F T A DB R EBE 2 b 25, WY AER AL BFIHE NS
XOHAVRTAVDBRETH L, BIE, EFEAL 77 v b7 5 — LEMFEHE 2 & B -
~NLVRTTAIICE T BEKAL A A F 74 vasiahTcns 2, 72, HATY
BINVA T ITATVAPLIX, ~NVAT THREFED-OOER ALTEH T A F 235
INTW3B 2,

5-2.HIS ZBRICHE T 2 BT ARBER L T 57DDT XAV MiZDWT

EEERAFZE X, BRRERBRP ICIUEE S Nz T — & & WIFERIRICBEE T 2 8% o EEIEH
Dl bEE AT 5, BIRHFRICHERT — 2K A v D% T HIS Y A7 420 645
LNTEHY., FKITED [eSource| 7> TWwb, TNHLDT—XEKA v b BEEMKED
VAT L OEEREINIGATH, ~HIRINTHAOREINIHGATD, ZOT
— X JCCH % EZEBI o HIS AEGRITIEICBI 3 2 Bl X OB 7 A £V ALHTED
DN FHEITHIEL T d L 2R T 20 ELEDH 5, ZD X 5 kKo, eClinical
Forum? |ZFFIREABRIC T — 2 it 5 2 7= 0 ic, IRRBELIEM O > 2 7 4 DE A
% 33 % eSRA (eSource Readiness Assessment Tool) ZBiAFE L 7 23, eSRA 3.
eClinical Forum ® X ¥ N —T& % iBBKIEE © CRO DE =% — (CRA), T —X <% —
U —, FEREEREE O Y E 2 E oM LCRFE L R — v Th b, HARGEMR D 12
XN T2, eSRA T4 T L R TOHRMFHICGEA L T\ 2 LEITM 23, HERIH
HiZWHEIC > Teh, ZOEBHI IR T3, Fic, T—2oEIEELESN. Bh
AEER. T 7 e A, 7 —Fdk, IFI AR, RIARE S0 E oI H IZTE B 2
BV, THRAAV FETIBRICIK, FEL LD ICHEFEORME rofzz T v AR L
THEL T EPEFE L, HISIZEMIICY) 7L =29 "=V a v 7 v 793Tbih s 2o,
eSRAICL 27 v A XV P 2B ERECTEMREFICHOLCOEYVIAATEL L
T, BARCHEPIRFOBEAHERZ M ICED 2 2L 23 T& 5, $7-. eSRA HikD EH
ICHEFT I N 5720, BFTMEZEICSHL, Hi- Bl 2B L7 5 2 CRHiiz 1T, 44
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OIS U KA CBIRE MTICHE R 2R & 2kl 282 T 2 e, BEEoE W
eSource DEMICFE T LEZLNS,

6. HIS % XA 3 % B D&
6-1. FEREIGE(L T — & DHLY o

MG T — 2 2 XA 2113, fEELT — 2 ~EHT 2 083D 5, HElLoF
FEicik, EMRoOT v 7L — Mg (A7 4 —29Fzv 27 ) X)) 2R, ZFEER
AT 2BICREEL T 2 BB RABEEIN T2, 7Y 7 L—tEFIAT 3 LT,
RN AREEEL L, T — 2 & LCTREDBFIRECTH B, E/2, TV 7L —MITIFA
Niwinz ik 3 2 e DIE b0 X 2T 2 HRED B 5,

—C, TV 7L - OHMICITHED H 5, K. ERMHECL I Er=a7 v
AHH Y, HEPCKHPRI, BRAKHPZHIN ML H 2, TNDHITTT, I
BT —2 e LTREST 2008WEEcH Y, MHIcT v 7L — %25 2 & THROYT
IC72 2 A[REMEDSH %, Robaerts 13 F@HECH (EHR) ZMiE(L3 5 C & ix. 2 OFf|
MEWRICT 2 2 L THIERITETIES 225, Rk, ANHRtoala=r—ravic
BUZAASHEOEEMIHEIRETH B LAPIL T3, T7abb, EHR 2T 2
B2 EHR Z 413 % 720 I HA S i8LHE  (Natural Language Processing: NLP) 7¢ &% i
ALTThH, HASHEOHHAAHRT 2LELH L LML TS, FEELIZ, TV 7L
— FOFHICOWT, EREESVEG LORE LR TE 2 E 2, BEMICEEL 7
GECIARTH L LEZ D0, 5 THhWGHRICII» Z > TREO A L 7 2 v[eMEDS
HbLEZDL, mitld, 7F A~ =27 NLP FOH 23— o T 5 72
O, IERHEL T F A b T — 2 OFERICEE L CTid, 200 o2 iEHA LU T 2 45k
KOV THIRFIITRETH B,

6-2. T — X PE DT

AR & 39 HIS icid, EMR 721 T7 <. BREIFTLHERHRM 7% &0 i~ 2 7 4
BHAAEN TS, EFERGTH—ZBANINTHOHERP EMR KIS £ T
FEBO AT LpEEEL, SIS ICE R 2 T e v ABEET 5720, LEICELTE
DN T EHEICTHER ST 2 2 L BEETH 5, il 2 ILEHRRE Tld, BEAI2 EMR 2 6 #
F— R EITV, F OERBARELT S AT LIGEEI NG, F0H%, v PRI &
M - HIEEFESTOI., BRT — 23 FEEM Y A7 L CRddk - HHEIN G, mA&MNIC, <
DIERBHBELE I N B, HBWIETETEMR ICKBLE NS 2 & T, ¥ TIKEEE 2
ZICE ZIREL 2B, ZOBFEICIE. ¥ v DA, FILER, SFREEIC X B HIE,
et X 28, #ROBIER L, AN LB OEM R NIRBNEST 5, BIREE T —
2 RS BB My 2T L O AAEY]) (B 0 BIAEREUH 23RH, B 7 7
NEH I A X B RtskAfl, RImER O 7 — 2 RIEBARLY) R5EH. 2 oSk EL
FIETHREMEDS D B, T 72, FAEECHAORBAL —A2H 255D TEIPILETH 5,
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7-Q. KK SFENHE O RWD/RWE o [E&H] [E8EKE] HR~0FEHOE
-

ZE H Bk R 724 v FR Y —FERE Healthy Living 35

W

1. G T — X DG & FHIR ic X 2 (LR
RWD 0% <, FRCETFAATHNOHHBEH (k. Galix. Mmike ) 1390HE
BT —XTh Y, fERITERME - CHE L WEEE 572, oI LT, KHESEE
7L (Large Language Models : LLM) (5] 7 ik FB: 2 féffk L <%, GPT
(Generative Pre-trained Transformer) %< BioBERT (Bidirectional Encoder
Representations from Transformers for Biomedical Text Mining) & \»- 7= Rt LLM
X, BHASIECild T niwiIk, . IERERGEZ oG mRE R C i L. ICD-10
(International Classification of Dlseases, 10th Revision) % LOINC (Logical Observation
Identifiers Names and Codes) &\ o7z a— F~o~v vy vy 72 HEILTE 3 50,
F7-. WL 2EH % FHIR V v — & (Patient, Condition, Observation 7z &) & LT
L4 5 2 bc, EERMICHLERT RS T -2 LTHEHTE 3 k)it d
8, Tz X, B2BEORNMKRT F A 2o [ifEA7— 1lla) [EGFR 282514 |
(774 F=7W)] kL. Zh% Condition, Observation, MedicationRequest
L\vo7 FHIR UV —2CTERET 2 -#ofinsg LLM CTHEIfLEh>25H 3 89,
ZD &5 7% LLM x FHIR O#fid, % EFRE <o 7 — 2 Hk - Hif 7z nlfgic
L. BEom RWEAIHIC2R2 5,

2. EAMY] FHii~o LLM DA

RWE e B VT, [COF—ZZHMICE T30 2 | &5 @AM - 13 IE 4
ICHEETH 5, LLM I A ZEWRO /AT ieskik A o ik 20 U< @A R % 3348 <
%5,

ez FEDHEEREa R —F (] BREABA) ZHHTIE. NRT— 2 0Bk
Bl MR iliisikeal, BREMEE, FiEoREN R Y% LLM L., [T—420idbo%
DE T2 ORI | [Stage ST HEE S N TR WIEGI RS EIFIE] EDT 7 — b
EPRATE S, 3T — X2 ORERGE L 2 & — F O WL ICERT 5,

X bz, FHIR HEHEICHERL L 7= TS % &, SERIR o 20 ikIE H o A KR A
T 52 b A[pEL a0, EYIRIEFREEA R ST 0B 0] &» ) vIck LTE
BNREMTHELNDS S,
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3. S8 M) HIR & AR DR E

fEHtEDO W RWE 24T 210k, I NTANERHELIEL <L Twv 325,
AR DFFIRED B 5 3 EE L 7 b,

LLM (. HHECERDHRD SIEMOMEFE M 253 2881 2 Fi b, [~DWEEED Y |

[~p5EbNTz] LwvoledbnFEniaRB e, [TEEZH THHEIL I W07 XKl %17
W, FHEERaT 253585 TE 55, X561, Chain-of-Thought 7w v 7
072l T, YD XD afle Yy 7 O e ML - gl L o2l G
nJfEM: (explainability) % & ® 2 HEEE S EH TN T3 10,

¥ 7z, FHIR X—2XCHEL I NERIE, Hlho it - BTG HF - RS - SCEE
Al GRBERE <V 72 L) & @HEER (meta) 2Hi>72®. LLM 23 L 72 1&#H D
B P L =YY T 4 OFERICHODEHTH 5 8,

4.LLM & FHIR i & 32 HEVETHE - ¥4 7 28H

RWD ICNTET 5 fiaxftlzE, eskE s (BEAT vs BN . BT oE R LIt X 5
A7 AEAPUL - EIET 5 2 & RWE o EHRICA IR TH 5, LLM 1F, GiEAE
DRI 7 FAXY v 7 X oC, IBFENANA T AOMMEZ R TE 3 7%

bz, FHIR # w7 —2fEEchiid, b4 oW % sk o FEUER] & ik
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Hl ZIHRIICEBCE 2El e o TH Y, LLM KT 277 b7y Mg LT
b, Zoaviey MEREPL—RATEL X T L LT, ATV RADHELICET
5 8,10o
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L4 LLM 3H A2 F — 2B v vt RWEABD ~—FF—¢ LT LT
W, BRIICIE
e 7 % % o FHIR #EfURg (L o 522 A 8L
SRR a2 7 & OREFIHH GERPE )
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o, ==YV M HAIPRELT 28T, IR 2R ARG S T 5EHE)
bl 26 TAl 2SREZ R LSGE Lt 2 Ak ~LiEfbassmt s hTtns 1,

HAIC BTk, FHIR MG EMR 0 o, #HELF AT — 2 A 0% (JP
Core, SS-MIX2 k72 &) L Hbd T, EHRHEE - BEMDZE - TH T I 7 2058EHE L 72/
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HE #H Flatiron HealthKK. (79 v s 74 7 v~A 2RSS H)

ITC®IT

WES o NLHIEE (AD - #EE (ML) it 20s7nERIC X Y, EFH A7 NICRE
INTIEMELT — X %2 & UHRIRTEHRZ KB D8R Iciti 2 2 e Tc& 2 X950
729 . RWD %35 X U RWE £ oG AL - st ~DFFIZ K& v, —77 T, KB
SiEET N (LLM) HoHEMi#ER L 727 — 2 it ic i3 WEHREoFRE b K& <, @Y%
WAL DL BRI RTH B,

Flatiron Health Cl3KE T L <. LD X 5 i)t Las o LLM #iEH L
7= RWD I Y flATWv 2, AFETld. 2AMEKICEH T 5 LLM %25/ L 72 RWD #
L RWE AR B W T, i L GEAY: (Relevance) & {E#87E (Reliability) % fH{R
TELIDICOVWTERT S,

1.RWD #8ic 17 3 LLM 23U ® &3 3 AI/ML iER O RlEeH:
BFANT LT — 2 3EENT — & LIRS T — &2 icpE s h, XFHIcrEd 7
BRR 7 — 2 i OBl A b1k, ZNENTRHD XS hFEEE T 5,
o MEMT—% : BEEE. kItH. MEMZAR L. FANED b N -ifE cRBIY
LIREEI N T —%
o HEARLEDTF—274—ANicBHINTEY ., HEBENES 2HRER
PN AIRETH 2 b DD, BERIIRERBATI I N THE Y, HEIC
£ o TUHERRI SR IC R T %
o FERE(LT—%: 7L R — b, HHEHLKE— b, BEHRELFE— P, N4 F
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o ZuZLRA/—FREHELAR—FAE, HHIEHO 7 F X b CE-CHER
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BIAINTT—2OMlIcEWT, #ELT — 2oL eNR e LGET — 2 0%
ZHI50%ICHFE LD L, AF ¥ v XHD XS BIFEEMT — 205D 2 L1 80% &
mBHEVHIRHE T DHH Y, RWD OfFICEWCIEE{L T -2 %2 &0 5 2 L 0BEENE
BRI NTWn 5,
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WTED LIM ORFEICE Y, BT AATHIOEKRT — 2 2§ 2 720 O ITEA,
DAFEBIC BT 5 RWD o F — 2ffiic s nwTd, 27— 0 7 4 L3RMOME T
BARdER D=0 I NTWwE, Fic, T CHREES - 2IEEL 7T — 2 oL % LLM
R LAIEENICATZ 2 X5 iIcknid, KB BRI 2 X %53 %2 RWD OfFE~
DEERIARFE N B,

—H T, LLM @ X 5 Afi7z i om I 33 E b FEST 5, Fric, BR L $ 721338
FroEEREICEST 2 RED RWE 2487 % L Tc#HTH 5, RWD OfFHN: - A -
PR ICBI T 2 IR Z v, F 7. BEfFO RWD 0@ BRAE7 L — 247 — 7 1,
LLM it 7 — Z iIcfrE 0 = 7 — MM IC 3ERICHIETE T 54, il T FDA ©
EMA. #[E NICE &2 EDH A FI4 vicBWnwTdh, LLM i X 257 — & o 5B 2 7
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Flatiron Health |, KEICHWT 280 #2203 ADIIa=T 427 )=y 7BLXU¥
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il - FFHEN T — X W) OB % 1T o TSR I M < % 2T T3 AdERI o RWD 7 — X
R—RZER LT 5,

29 LTHEIN RWD 13, BSMEEIC X 2ERERBFS EHiko v T v 24K,
TR X 2 USRS Z 1E Lo, BRA RifffEP2— A7 —XIEH I T 3

2

o

X 51T 2020 FLIR%, Flatiron Health (I HA - A ¥V X« VA VicBF 2B T+H AT H
sk RWD #EEE D EL Y Ml % BAfG L. 2025 48 8 HBIfE. < @ 3 #EIC 3T 30 BLE D #Hif
PEHERE, K. JRBE - MBI 2 b e 2 7 m— "Lty b7 =7 BREEL TV S
3, AART O KM RIEE & 8 L, KE T L 22 FiEmzotic, EN o EEEECRH
HEHICAI L 7207357 — 2 U - RWD ##§2E - RWE A 21T T\ %, KE - H
K AFVZR FAYDAAETT 72 ATE 3 HBFHLMEIZ 500 FAL DTS,

Flatiron Health D & EI@o 7 7o —F & L, JE#ELT — 2 %2 &7 RWD %5
THEICIE, B [HEfis @M 7 7 X+ 7 27+ a v (technology-enabled abstraction) |
FELMET - EHL WS, HNICHIBINAET 7R 772 —ick 3 FHHLva—¢
Flatiron Health JhH O Eifli 77 v + 7 + — 2 %A EDLE 2 2 & T, 7T — X ORhRME:
E—EHMEZzHmRALL T3,

—H T, TRTCOEBEFICNTET 7R T 7 v a v, HHEREROME IR & 57
NEET 20w HELH 5, % 2T Flatiron Health Tix, FficKETHRTL T ML %
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W7z RWD OfERICE Y A TE TE Y, WIRBZHH, MR, R, A4 ~<—7
—BAEA S, B H. BUERE, PD-L1 7z EOREITOWT, ML ZiEH L 7= HhiHic B
THOMERREZHMEL TS %

T HICHIE, LLM OB AIC X 0 JEREEL T — X D@ n Bl - BB ATREL 70 D0 XD
MR ZBOREE OFE I EB T 5 2 & T, #ihT — 2O RTREMED A28 5 T
%o

LLM #iEH L 7=7 — 2 it o 7 7o —5 ik, T FEET 2 ST —2iciL <7
ay 7 EANL, BRI CRERETALEHAWCTISONEXTT v F 7y F 255,
Fonz LLM o ic BB il ., 7 —%ty b LCHEIET %, FRICEEROIL,
WKDOT TR 77 avicidT—2 Lol lis X Nz 7 —fi#TcdhH s, 77X
Sy avInNET -2 LB BEFTICOWTIE, FRZEREICONT L, DR CcME
BELTCV200 %8R L 72 Ec, KENARRELXTT). LLM I X 2 7 — 2358
LR IR A DS VW, COT O AEREL CHER L ERRYIRT C L T,
BHEEOE VT -2ty b OEENTEEE 75, BIE, TAVAEFTHRAHAK - 4 XY
Z s FAYVIZBWTH, b ofdiioiEAicmd ciy i zitEd Tnd,

3.VALID Framework (LLM/ML #iH{ER - 7 — 2 OBERIE7 L —2L7—7)

Flatiron Health Ti¥, Eido 7w X %@L RO T — X O ERGEIC S M IC
WMYfHATEY, LIMICX VI 7T — 2 O WE % JFli 3~ 2 el 4 & LT 7-3)-1
\Z/~3 VALID 7 L — 247 — 2 (The Validation of Accuracy for LLM/ML-Extracted
Information and Data Framework) %@L T\ %,

The Validation of Accuracy for LLM/ML -Extracted Information and Data; The VALID Framework

<l
= (o JRe— T
187 #—7 ¥ RFFEEE BBT— YR Ry FI—2 i

AFICEBHETFT TR BHEEN - R— B TO RAURBICOVWT, B4

a3V ERBRU T, SRR TOYREER & U BB F—SHETEOT— 5y

BEROME/ (T A —T Y A% 5 DR UIERESS N &V TE SR RE
FesR (BB5HciEh - BEMT
BWF— Y EEORERY)

= ) HFEODT—YEAD = ) N1 AT—h—hEH = fil) Triple Negative Breast

sE2t (KED) I T, EMaEBELRIhTn Cancer BE(CHF 1] -

ZEEOHE TROBEI T —> E P

> fl) F—FmtREORE | SRS (= NOLETFTTRANS VY3

- gé)gég;g;\ggggm ¥ LLMIE & B OWA

- DRWD TLE

o FIEIZETDRTICFAHTA
EHINTWS, B

[ 7-(3)-1. Flatiron Health 3% L -3 - KRESEETNVICL Vil S hiz- RWD 0 SEFFHEOHHE A
VALID 7 L—4L7—% (The Validation of Accuracy for LLM/ML-Extracted Information and Data Framework)
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RIL—=27 =213, UTD320ERXVFERIND,

D F—ZXEHLRATD N7 +—< v ZRFHEHEEE (Variable-Level Performance Metrics)
LIMic ko Tt d 7 — 2%, AFICKBERT 7R 77 vavcitians
TR EHB L, 7 2IHHOMEREE (HEE, @AeER, Fl xa7) etk (K
H) ZWEEL. FEREROMML N7 + —< v X 2T %,

@ HE)7— &k (Automated Verification Checks)

BEHMN E 721 ok — PR TO T — ZGEEE TV, BIROBIS b T — 2 024 4E%
R 3 2
BARRICIE

o NAFA=—A—REFMRPBIECIENGERS R I T2 BEOEIG
o AV OHMIEFICHERD D 2 EFEOEIG (B : BRI TN O FEfE2H 5
KEBI DEIE)

TR EOMERICX Y, AL IR AH 5, T HENTRWT — XIEBORE T
LM oEFAeT7Tuy 7 2EIET S 2 &L ) kidEE2X %,
G BHMEM - v F~— 7% (Broad Cohort Characterization and Subcohorts of

Interest)
FURBRICOWT, LIM e AFIC L2772 727y a volGoFE ot sk
T—2X%y b EROCEELET S 2 & c, BHRECFEZT .
BRI RED fHAx & LT, TR &5 RfflnET o5,

o WEONRERICHIZEHERTTDOT Y I LDOKEE :
HER2 BB A s A 0ZBi2 B L, —RiBEL LTALY X7/ F TR
Y X~w7/Fex*er (THP) BEz#5 I h-BEEMICE VT, LK
TCoREfMR (real-world overall survival; rwOS) %, LLM & AF:ic
TTANZ 7Y avoRFThtidniT — 2 2RI L 72,
LLM 7 —ZiciZ. A ZW. B2k, HER2 MR (B - 2 &
EDORETNVEHALZ, R LT, MFECRM L 2T I3ITER
L. 7— 27 7o —Fllc—BErHRZ I, /-, B
CLEOPATRA SBAT — 2 5 & —E LT3 T L ARSI Nz,

o BABEEMIOYTALT7—AFIYFRAL Y FOKEE:
14 DRAFEIC BT 2 EFERT OEHE (real-world progression; rwP) D15 %
LIMEAFICXBT7A M7 72 a vyl THEL, #hFnizHwTE
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BEIR T
L7,

D EIEE A FPHAR (real-world progression free survival; rwPFS) % fi#tt

Z DRER., ERAEICE T rwPFS oD 21T 1 » HRMTH Y. 95%
EHEXMEER > TV, ZOWHIEER 1. Flatiron Health X Y 2025 D2k

[E#E¥2 (AACR)

ICTHKRIN®

(X 7-®-2)

1.00 Breast 1.00 Gastric 1.00 Non-small cell lung 1.00 Urothelial 1.00 Pancreatic
0.75 0.75 0.75 0.75 0.75 |
0.50 0.50 0.50 0.50 050 |\
0.25 0.25 0.25 0.25 0.25 \
0.00 0.00 0.00 0.00 0.00 .
0 50 100 150 0 40 80 160 0 30 60 20 120 40 80 120 160 20 40 60 80
Months Months Months Months Months
Survival probability
1.00 Colorectal 1.00 Hepatocellular 1.00 Ovarian 1.00 Small cell lung 1.00 Head and neck
0.75 0.75 0.75 0.75 0.75
0.50 0.50 0.50 0.50 0.50
0.25 0.25 0.25 0.25 0.25
0.00 - 0.00 0.00 0.00 0.00
0 25 50 75 100 125 0 25 50 75 100 125 ] 40 80 120 160 0 25 50 75 100 125 0 50 100 150
1 Months Months Months Months Months
Survival probability
1.00 Endometrial 1.00 Melanoma 1.00 Renal cell 1.00 Prostate
0.75 0.75 0.75 0.75 Groups == Human
0.50 0.50 0.50 0.50
0.25 0.25 0.25 0.25 e LLM
0.00 0.00 0.00 0.00 —
0 25 50 75 100 125 0 50 100 150 0 50 100 150 50 100 150
] Months Months Months Months
Survival probability
Median rwPFS Breast Colorectal Endometrial Gastric Head and neck Hepatocellular Melanoma  NSCLC* Ovarian  Pancreatic Prostate  Renalcell SCLC®  Urothelial
(95% CI), mo (n=1000) (n=1000) (n=1000) (0=1000) (n = 850) (n=1000) (n=1000) (n=1000) (n=1000) (n=497) (n=1513) (n=1000) (n=1000) (n=1000)
Expert-human 12.2 9.3 9.0 6.8 5.7 4.4 6.2 6.0 17.6 3.9 10.5 6.8 8.2 6.1
abstracted [11.0-13.8] [8.6-10.5] [8.0-9.8] [6.4-7.6] [5.3-6.1] [3.9-4.8] [6.5-7.8] [5.3-6.6] [16.2-19.7] [3.4-45] [96-11.3] [6.1-7.7] [5.8-69] [5.5-6.7]
12.6 9.3 8.5 6.5 59 3.6 6.1 58 17.8 3.5 11.0 6.7 6.1 5.8
LLM-extracted
[11.5-147) [8.5-10.1] [7.6-9.6] [6.0-6.9] [5.4-6.3] [3.4-4.2] [5.3-7.2] [5.2-6.4] [6.3-20.7) [3.2-4.0) [10.3-12.2] [6.0-7.4] [5.7-6.6] [5.3-6.4]

Abbreviations: mo, menths; NSCLC, non-small cell lung cancer; SCLC, small cell lung cancer.
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T, EFido X O BBEEEE T,

BY, B
T =X &R,

LM ZiEH L Chiti L 727

13X P-VERIFY #H%Eclx. £ 9,100 fflo HR+/HER2— B MUALBAHBE D
CDK4/6 FHEH 3 #| (XKL 27V 7 VKRS 27 VT, TRe 270 7)

L7 v & —EHEREDO—ROFHFEEIC B T 5 A DT 23R X 17z, BT D

2. 3 Ao rwOS 5 X O rwPFS ICHE R 71

IR® b T, CDK4/6 FHEH O LBHRN

HEZBE L 2BERABED Y T AT = PR LTHEERIA VA -V kol

7,8
o
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F 72, LLM i X o CHliH - #52E X 317- Flatiron Health ® RWD (ZBEIC S HEE S Post-
Marketing Commitment (PMC) - Post-Marketing Requirement (PMR)IZ & FI|H & 1LiR %
Tw3, LLM ZH VT I Nz RWD Iconw<Tdh, oo RWD & [Efk I B R 28
AH[RCTH Y, fitness-for-purpose DFFAfi A EIE L 72 5, HHILHOZEEICOWTIES
HHEHEPI LI TH 223, BRER CIIMEHR D F L fitness-for-purpose 12D\ TiZHA
HEHoTIRRALDD, HRT 7R M7 7 avi—2EDfAITORDLS, Y~
D& 2T btED TV 5, SHELRIED RS fitness-for-purpose D Al & Z #1279 &
EnTcEE. T2 oM EERIC O W TEEICEMINZ L3R wET ARG
H 5

L)

LLM i, 23AMEIC BT 5 RWD O - RWE o 4K IC B\ CHEFI 2 nRElE % fb o
T3, RWD/RWE 23R EF 28 HE EoBRREICHEL 52 2L H 5 2 L
b IEANCIEY) 2 ERAEA TR TH Y . Z OEMITFEFESERAEZF > TiE® 2
RETH3, VALID 7L —LT =27 DX 5 hAFEN AT 7n—F%8EAT 52 L
<. LLM#it7— 2o [ESE] & IMEEE] 2R L2, BAEROEM LT
v 2RI o Eft Zz EBIT & 5,

S5t 512 LLM %iEH LT RWD #5E - RWE £ 2w 2 7203, @b 7 vk
ERVERERHE, #7272 8) T — 3 a VFEOBFE, chE UKL T — 2 DELY
PABREEL T2 5720, WIRE, EEWEE., T2 A2y T7 4 A, EYHGEER. V
7T - BEEEI Y =T EREREMRE Vo SR F - PR -HER
BICHEE LEEES 2 2 L AARAIR &R B, RN, BEinEltoibEicfn, Y
F—vavilETAHEHEEL LT, RWD®D [Z— A FAX VA= ] ZLWHICERT
OV T DB EREICRL EEZ LN,

HAIz 3¢ RWD/RWE {EHic 513 3 LLM offifi z H At 2 2o iciz. HAREAG D
BT HNT VAT LB, SEE~OBICIXATIRE LoD, ERED X 5 dhERED
Y A2 B R R o CHEET 2 2 L 3REETH 5, AT FiR0B O ICES
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8. #&

i

R B EIVANRE X —RRb ERGEAEMERF ERRRAEHER B
Kt B pRMEEAPANRS  FREARE/ B2 A v 2 —BRbE 4 Bk

V77— K5 —% (Real-World Data: RWD) D 3EF|H X, FRKRIHZE & 2 DR D
EEA~DRIEL O SR PEAR L LT, SHOERMFES L OFHiiA R 2 K &
CEHLIZdDTH S, EHEMCH, KERMHEREMS (U.S. Food and Drug
Administration: FDA) BEINEZ ST (European Medicines Agency: EMA) % (3L %,
FHERFIYRETHTA X ADBREFRIERL T2, ZDFEBICHTTE, FEOH
Hill A HE L <85 l#EAY: (Relevance) | & [{54EM: (Reliability) ] @ 2 D DIEH
o g L <, BIICRI L 72 (fit-for purpose) T — X _X— R « LY R b Y ZE%EF - FEEE
L. ZOREZHERT 2L BAAIRTH S, @R, HEEICES L ONSREH -
BREE - 77 P ALY TH 2ol 2R TH Y, FEMEIX. 7T — X DIEMENE

(Accuracy), 52 (Completeness), BEFA[HEYE (Traceability) 2RI N T WL 0%
BT 2, 2N 3R HMMVEECIIR, T8 T v AOFEE 2 HA T 2 AN
fF& L, RWD Z3EREE - CHMHHENICEN T 2 hcodbigiEe hoTwd, 56
2. BFEOMEB A A X 2L Db FALICAED T &3 RAI 72 3CE T H 2 FEEREE IR G
HillFAf14#% (International Council for Harmonisation of Technical Requirements for
Pharmaceuticals for Human Use: ICH) 123B\WT%. E6 (R3) Annex 2 2 RE XN, HEL
BB RWD oiFH 2 &G04 kaT — 2V —xic L HEGH) X0 IE#EKE] o
JRA % B3 2 2 L3R S e, COEBRIMMHAO T, o EIcE W T, EHEME
B ER R AR (Pharmaceuticals and Medical Devices Agency: PMDA) © L ¥ & b U i%
FARHERHIE % 2 WG L 7= A Ok R e MHER 2 UL 7 — X X — REREHERE 2> & B TifE
RICEET 2 ML H & 0B Z XS Lk onTnd, 295 LzERAICX Y,
GRS LT IRE R 2R ICiY 2 5 2 DEAH) 3 X 58] 21727 — 2 iEH
OEREED Z & RTINS,

X 5T, 511X OMOP (Observational Medical Outcomes Partnership) 7x & [ R EE#E
ICHEMLL 727 — 2§52 5@ U, % EIR] < O M A AGE % HEF IC A 7= HlI B RS AR o R 28 03
HaIns, 2o, MAEHREE. 1 v 7+—LF - a2v+xy |+ (Informed Consent:
IC), 7—#MEHICH T ZFMAET R L, MEHEY - 7 NF v R LR It S HE O
SLICARRRTH B,

OOEOHIEHE TIE, KREREREZIZICD L T 2EEREORfHIc XY, B
L - AR TR 72 B - 7987 — % 0 Z KA EICALE D vz,
Tz, JBEAEFEE B HEET 5 EE DX (Medical Digital Transformation) DU IC
L0, ETFAAMTIHEREE Y — v XFE 2 h & L2 ERGHRO — XA HEE E i s o
DH b, Sk, TND ORI - BRI 2 EHE L, 2GR - RERIEHR - REEHR
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EDLEDORNZINTES - TEHTE 2EREDN 21X, 74 73— XL %# U EEE
WMOEERAMH DR, HICKD b 5 —E DE MR X 7z RWE Bl o AlRetE D —J& @
ERBHAfFE N T 5,

B o R, RWD o [#EAEME] & [FEE] offRicks v cCEER&EE %3
723, EF 1T (Electronic Health Record: EHR) & +7— % * ¥ 75 % (Electronic
Data Capture: EDC) DFEHE{LHIHE 233 4 . Fast Healthcare Interoperability Resources

(FHIR) % OMOP #5757 — £ £ 7 A DWRIC X o T, BRI FE M & o
REERICH EL22H 5, T bic, RMEEFEET v (Large Language Models: LLM) 7z
CHAETENEE ORI X Y | IERE T — 2 h sl T — 2 ~0 HEE L EH
BFEIC A Y. EHR 225 EDC ~DEHBTHARKED AT 2 & FI(T 2 2B DD
Hb, TOXD EAMERIC XY, FRICT — 2 KEOHE L HEEO M | B X
N2, 295 L7EitERE Iz, RBeHlRMR ORI Z 0 b D2ILRL 2255, T
VANIY FRA Y PEHBIAALTZEANAAT Y v FilBE, 7uy 7 F c—vHEICK 27—
ZWE AP IR BPMECREEZ & BT L WIS T CTICEEERFEIC Ao Tw 5, THALHT
T BARDBEAIC BT o Tk, HEROHMA TIPS TERVLIFED AL T 2,
7= & 21X, Al (Artificial Intelligence) %G L7-7 — 2 i @iroBE#ft, V=777
NTNARICK DY TARA LOAET — 2N, EHR & EDC © HEE# 2 &1k, B
D [ 3 i D HRIREABR D F i HE (Good Clinical Practice : GCP) R i O BLERkTE %
RREEH DKM (Good Vigilance Practice : GVP) D% 2 72 Hiffify - mEEmsT %2 2
T A4 TH B, FDA Tld. AI/ML IR T ¥ 2 v~ ZH i B3 2 il 7
L—L7—2%FTIEELTEY, EMA T FEKDOFERAEL TV S, NSHITHIGT
3IEC. SRIEFEAEICE TS B L WEINEA ZE L 72 38F - Blf7 4 2 v 2%
fii &, EFEWABGHcoa vy vy P RABEBEHETH L, FFic, 7 —XOMERGE. 7
LY X LOFERYE, SBHAEEN: (explainability) % & X 5 ICHERT 2 2225, (SHEM:EF
i DR 7- 7B L 72 5,

1948 4R ICHEECEMEI N2 R P LT F =4 & vic X B IfifERGAEERE (Medical
Research Council Streptomycin Trial) &, E{EAEIGT - G - HEHENT 2 K RHIE A
L7-=PofERRE L LT, 7 v X a{biEiEs (Randomized Controlled Trial: RCT) o
PEEgEn, ZhhrbB X% 80 F&2fE7-45H, RCT dfkAL LT v REIHOH L
HFETH 203, FPREECMAMCERE, ) 72 A4 LaFEFEHE kD 5 5 5 Tl
RWD/RWE DG AR R E ) 205 %, RCT & RWD/RWE 3Xt3723 % $ O Cliix
L B Diih i B0 LB o iicila Lawn CBERICD 5, Bffrgoir, SR,
EpEEE 2@ U<, DEAM) & [E#EM] 23#0af 2 72 RWD/RWE Al - FiEHo = =
VAT LERERE L, REEN D OB ICE T RE R T v T v ZBIH OB 28 Y #h <R
KARHFFL 720,
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9. FZESE - Appendix

FIFES%

=h
=]

X

ADaM (Analysis Data
Model)

CDISC 2SE®D 7=, #ietdrRicmIansz7—x2 &y r o, SDTM 7
— R LI ER A 5% -SR-S 3, BEERFICIZ. SDTM i/l 2 € ADaM
DBk ONBE Z L nH B,

API (

Programming

Application

Interface)

By 72T HEDRT—2CEEEZCOVRY T 22004 v 2 -7 =
—R, 7u 77 aoNEERESZERD TSI, ko s [ LS (B
B URL 72 &) | 2o ChfExfIHCcE 2 Lo IcT attiiach 2,

ARCAD ( Aide et
Recherche en
Cancérologie

Digestive)

HALER DS A (FIC KBS A) DEFSILFEFEMEE T —% (IPD) 7— &<
—Z/Wgea vy =2 T b, ik RCT @ IPD #INE - #Hié& L, HA (NCC
HEkE) . KE (Mayo Clinic), Bk (ARCAD Foundation) @ 3 57— % & v
22— A, AT IRAEREEE, A 2 g, RWD/RCT BEBTHISE 72 &ICih
Hxns,

ATLAS Project (Asian
Clinical Trials Network

for Cancers)

7Y THICORALRRRBA v b7 — 2 Hi L L EEE 7 e Y
=7 b, MASTERKEY Asia & ififff,

CDISC (Clinical Data
Interchange Standards

Consortium)

EEIRI TS 7 — & OFEEHE(L & HEE 3 2 EERIEEFIRIA, BRI D 7 — 2 &
IZBWT, FEOHHLEL CDISC fEH#E IcHERL L 72T Tt %2 ko T
W3,

CIRCULATE-Japan

HRIEYIERE KR B 2t ic, AP IEEES DNA (ctDNA) ZHw <o T
HEARZA (MRD) % 3l L. FRTH & @R{LiRE D madElk % Hig 32
HEE7a Y 227+, GALAXY. VEGA, ALTAIR X7 & CRERE X L 5,

CRF

Form)

( Case Report

WEE O L ORIRT — 2 %k 5 -0 0ERX, EDC v AT LB T 2ET
CRF (eCRF) & LTHHENG Z & 23%

Critical to  Quality

ICH E8(R1) 2% A L 7-#E&. WFFCHAERKIC 42 T E MELR 23 FFIC R 7

(CtQ) TXHH - FMH - To e x2S, LYR M) REEHOER L RS,
ctDNA  ( circulating | fEEMAZHE KD DNA Wih 2 MmHic it e nizd o, BRI X7 ofFiEE L
tumor DNA) < MRD BHcHHE 5,

CTD ( Common | EHEMARHFBEEROEBEILEY + —~ v b, 5 Y 2 — UK (UG R,

Technical Document)

B, aEL JEERIR. BER) .

Duchenne Muscular
Dystrophy (DMD: 7 =
vV XY A bR

74 =)

EATIEMZTE 2 R e 375 X EHME{RERE, Remudy 3 X O Remudy-
DMD iZB T2 ENRTH Y, BAREVIE - FNEN IR IC B 1T 2 KW
IR,
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eConsent (FEF[FE=)

WEEPOLDA v T+ —LF-aviey b (IC) 2B FMICHE - T 2
Fik, RWD HEICE W TEEAREZEOEFY: - RFEMEZ2MHERT 2T L LTFE
HXhTn3

EDC (Electronic Data
Capture)

BRI 9T P R IR SR
72DDY AT L

WBWT, BLRNEG T — 2 ZIUE - 4777 - FH T3

EMA (BRI EHR 5T

BRI 58 A 12 35 W T E 3 o B

(European Medicines Agency).

KR, RetEHE 2S5 5 K

ePRO ( electronic R
. BEPHHOERS QOL FxEFICHE 3 2 Tk, BEEPLoT v A
Patient Reported
LFH (PCOR) ich ik 5,
Outcome)
JE5548 TESRGE ORGEXITFFTHIC (R 2 HEEFIC B 1) 2 BRI UE
ERES f&#t FEXLOFIFICOWT ], Bk - BT EHOEIEN - Btk - RiEE%2E
bf:*ﬁﬁo
External ~ Comparator | SEEFKRT — X 7% 2> ORGSR L 7= SLEO B, BLARESUSRAS S o il 56 HLBO R
Arm (ECA) CHWwWLN S,
External Control Trial | #8507 — & % W CIRERSEEE & o L 21T 5 B K ER, FDA <3 HEEEER 0
(ECT) —JERE L L TR,

F1 2 =27 (F1 Score)

FEE CEAROFRAFE, R 2 AR S 5 f615.

FDA  CK [E & 5= 38 5
J&))

KEIC BT B EHES., EEEES. TR O B & KGR A fH Y 5 B FEI RS
(Food and Drug Administration).

GALAXY s

CIRCULATE-Japan ®H#% % 7z 3 Hijlal % 815t 9e, RGVIR%Z % 7458 -
EREEEORBL AL Y 2R L, «DNA Z 72 MRD 3¢l & 2R
ATV HAREZ BT %,

GCP ( Good Clinical

Practice)

= 348 i D G R 5B 1 BE 3 2 IR 7 SEHE L HE, BRERE D AME - R DIRH#E L
EEEDH 27— 2DINELXW T 2-0DiEcH Y. HEATIZ GCP &
S LTEMLINTn3

Global Core
( TREAT-NMD
Global Core Dataset)

Dataset

TREAT-NMD 23865 L - EE# DL X PV IEHE Y b, FEL XL
VRIToF— 2 B RE B e L, BRI SLERY 7 v —  Hodt
WAL B

GVP (Good Vigilance

Practice)

Emnu@ﬁi,ﬁﬁf(ﬁ'ﬁ?i\m ’B?]ﬁ‘%ﬁ‘?ﬁ E'H’EFH%&%\ UXV*"S

PEIEHR DI - &
ﬁ%ﬁ@fwéo

HIPAA i ( Health

Insurance  Portability

and Accountability Act)

KE D R ER L
% o

o BET — 2 OHU - & IERALICBE T 2 FEHE A TE

HTA ( Health
Technology

Assessment)

PR DA E - EANAR 2GRl 2 il 4. NICE 7 & 23R,

le1




TCH ([Z= 3 [R5 il A [

B

P i D KRR B 3 2 BT S o R A 2 B & U 72 BRI B 4
Rk X OCERBRE IC X 5 &5k (International Council for Harmonisation
of Technical Requirements for Pharmaceuticals for Human Use), GCP 7 &
ERREEDKEZ FE LT 5,

Bias

(Immortal Time Bias)

Immortal

BRI O BUE ICHREN 3 2 IRFfEIRY 2%, RWD fidT CAH

JSON = (JavaScript

LLM {1 DFRHERT 7 — 2 3, WdE L & - Z8h kR 2 o 2 7 s cdt

Object Notation) HT3BRICHWONS,

MRABEENRETEVAT ) LAY —=v 7 Fry 7 b, SCRUM-
LC-SCRUM I " 4

Japan OHIT, fifizs ASEIICRHL L 735

, TYTHICORmP AT — XWE LIRS v b7 — 7 EEEHN L L

MASTER KEY Asia . RN . .

BribfE L 2 b Y Fo Pz 2+ (ATLAS Project & i),

wmAYBLENRIC, 707 7 ANMEREERIRT — 2 2 £ F 2 H1m % L
MASTER KEY Project | Y&+ VU &, NAF~—A— I EBORERE GRE) oMM ns

BHFEELAE, 2017 FFICESZAANIE £ v & —23BiEA,

Model-Informed Drug
Development (MIDD)

BT MENTICEE D  ERMBF - FEEZFET S FDA v 7724, RWD
NG Z 3%,

MONSTAR-SCREEN

fins AN D BB A B X MR A ZXRRIC, BADHTERCL R
D 7TR 7y ANRENT 2 2EBEE T Y 27 b,

MRD  (  molecular | RiGHAEFEZ IC P CHMBTICERAEST 2, BGEZHcBB I hizvwstrL
residual disease) ~JL DR,
NICE ( National

Institute for Health and

Care Excellence)

W o R T A A, HTA I35\ C RWD/RWE % BUEREICER LT
lf‘éo

OMOP (Observational

BN T — 2 Di—ETF 2, EHER RWD E# (OMOP-CDM) & L<TJA

Medical Outcomes <RI

Partnership)

PMDA (FE#HmERE | HRICH T 2 EEM, EREHEOEE - KeHE - HEER 2 #H 5 sy
e NS L) Bik A\ (Pharmaceuticals and Medical Devices Agency).

Post-Approval / Post-
Marketing Safety Study
(PASS)

[ S O T I e A % A5 2 948, EMA 72 &' ¢ RWD i 05 &,

Post-Marketing
Commitment (PMC)

FDA t#IEMEOHEICH O E, TIREBICGENERZINE T 32HE. RWD
EHASEML W3,

Post-Marketing
Requirement (PMR)

FDA 23ERIMEIRICH: D & 2 ICEii 2 JHA T 3 HligHHE, PMC & Xtk
N3,

QA ( Quality

Assurance)

an B PRAE, RV BHE S N B R E R 7 LT v 2 2 Bt - B
fliL. JEIEfTE %5 C 58,
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QC (Quality Control)

HEM, 7 — X OIEfEE. 5Tk, —al%%ﬁﬁhﬁ’%t T AT - AL B

FE.“T Tz ik - BIEFE, QA X0 D BIGEBISE WG,
Quality by Design | #ff52 - L X I U OGEHERRED uu’fﬁ‘%ﬁ\]fﬂiﬁ%)%iﬁo RN A T R
(QbD) % /Mb 3 % 720 o EERR,
Raw Data (467 —%) | T - BHATOICT — &, (SHEMEHENIC B 10 2 JHRERNCEE Y,
Real World Data | #8AhT—4 Y — 225 HEMICINE X 3 BE OBIRER WV I EE
(RWD) RT3 7 — %

Real World Evidence
(RWE)

RWD % W7z fi#fric X o Tl o 2, R, EREG SO AP L2t
72 EICBE S B ERAY Zn b, B R I X 2 K H RS e T R A 12
b b,

DMD/BMD #E# ZxR & LcHAD@EL Y2 + Y, TREAT-NMD & 4 {4
Wb, BIRPNEESH 2L T TT—2OHEEZMHRL TS

Remudy .
FHE R ERRIE R Z MFAICINEE L, BB D feasibility F¥ffi < = T/\I—Jﬁﬂ:j'b
HHE N5,
Remudy % FAHICHEINAHTA Z L a1 ¥ X Y ST & RHAEEH]
ExERIC, &' 7 Regulatory Grade RWD 0¥ % Hi & L Cikat s v
Remudy-DMD T3, QbD - RBA ICH D KA L R~V WEEHAEA L, 10m BT

B B2 Y B 7 CEBHERE T T b A B IE L TN IEEE & L C oG A
Wfrans,

SCRUM-Japan

EEMEOFELEERAT ) LRI ) —=v 7T Ty b7 4 —24, SCRUM-
Japan (IHIFE, MiintA xR & L7z LC-SCRUM-Asia & %L‘/{%@.ﬁ?/ﬁ
Ao MIE DS A % 5t & 3% MONSTAR-SCREEN ##i& 7 2T CilE X 11T
w3,

SDTM ( Study Data
Tabulation Model)

CDISC 257 & 7-BEHER) 7o 7 — 2 i <, INEE & 7= R ER 7 — & % g &
nNiz7+—<v b CEHETZET N, FICHFHERKO T —2RHICHWON S,

SDV  ( Source Data

Verification)

FERICEHMINAEREETT — 2L CREEZE AN I N EREBA L.
M2 MEET 21E%, Ticue—ALrE=x ) v 20— LCEBEINS,

SOP ( Standard
Operating Procedure)

EROEENEHE LTXEINAETEE, F—2 AN, WHEH, =
—Z VYT B0 Te v RiIcEW T B BHERTERT 2720
CHwsN 5,

TREAT-NMD
( Translational

Research in Europe —

Assessment &
Treatment of
Neuromuscular
Diseases)

R m R (DMD, SMA 7 &) OFEEREFKRIITEA v 7 —72, FEOL Y
2+ VY %3 E D Global Core Dataset THEHE(L L. HARELLIK., B
feasibility, EFEIHLFEIGER R L 21T,
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Trial Ready Cohort ( b
SATALT 4 a2k —
r)

B R R D E (P 03 8 o 72 B R, 7 v b A LGHIE T E 28 REE
T 4. IR feasibility fHliCHEE Y 7 v — MiTiEH I NS,

10m #1717 7 17 FF [
(10-Meter Walk/Run
Test: 10MWR)

DMD D EHELT - BHANR 2 5 i3 2 EEEEET v b Ao HAREMT,
SMAOIERE, RO EERHIEE & LA Hwo 5,

ITT 4y FFzv 7
(Edit Check)

EDC it 2 AN T — 2 D2 L2 iR 2 HE T = v 7 HKEE.

A7 b7 v+ (Opt-

out)

T2 B T, AABFRBEZRPL 20RO FAEE Ra3755,

A7+ 4 v (Opt-in)

F—2FHICE T, KRADHRHWREEZS2 5K,

7Y (Query)

T = AR ECRIBERHERT 2720 CRITEINIBE,

SFMEAT & AR

( Conditional Early

HE - AOEEICN L, BOMESEHIICHEE SN 258 ICRESA T CF
HRGE 2 TRE & 3~ 2, &R 41X RWD 12 X 2 BIIMGEA ko 5 5,

Approval)
R #* Tl LY R MY NRERD, EMRKOEEERZ COBERML CWE 2 E2RT
(Representativeness) | #f&, AMETIEEEE L CoBEMEF i cERE L & 5,

TR ) ==

T RAR=Z2RLICRE I N R REEEOB N> OREE -
o 2

B35 7

5 — %Y — & (Data

Source)

RWD DE#RIEL 2B FALT L7 P LYR MY V2T 7 7GR,
PRO (BEWMET v ML) Bl zfEd, EREAMICE TR, ZoifTe
RIEOHIRD KD b B,

F—R< A AV}

(Data Management)

BRI PRRABRIC BT 2 T — 2 DINE, A1, 7V —=v 7, [EHE, #E
7 LD G T,

7 — £ [H %€ (Database

ERTRIIC 7 — X WA ZTEE 3 2 2 1F3. RO ZEAFAZEIL T h, SEF0K

Lock) RO T — &2y P& LTHWLN S,
v 7ok v | ERPOoLZY Y - 2Fy FERAE T AKBERS, DMD #x5%e L7
(Viltolarsen) SARfT x BHIREE 2 2 C. Wil RWD # W23 Hli s EH X LT wv 3,

TIr=T 4y VR

(Pragmatic Elements)

KRS 2 BREGHTI Y AN 2% 277, SMNTRRTE 2 Z AR CH v
b,

Ta AR T 4 TR
(Prospective Study)

B 2 ISR ZBIHR L, #ET 27 7 b L%zl 5 BI5HH5E,

7u v 7+ (Prompt)

LLM I A1 3 2 i X H S R E R B AR IR E BT 5,

RV F == 7R
(Benchmark Analysis)

iR T — X2 v b & DI Z @ U CTHRE A 201 % BEAll 3 2 T T
ko

~ v F 2" (Matching)

SHER T 2 PR T 2 720 FREDRLIL 720 R 2 WIS T 2 #EH Tk,

X &5 — & (Metadata)

TXHAY - ERG L. T2 ARE ST 2 1EH
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TE=2Y) VT

ERIRITZE Ol IF 22 i 2 (RFES % 7200, EfwRIl e 7 — % D IEMENE: - 564
PR - ST 2068, hRE=x ) v rbo—hre=2Y) v 7ICHH
I,

Y 227~ — 2z (Risk-
based)

VR ZFHlICEOWTE= R v SR EEM A LT 3 2,

, FEHERMEICIOFAEL D 2ET L RWHEE, ERLTeE, £=2) v,
Y 22 (Risk)
rEE R EC A,
RMEOFEE, BN, BAEEERSHE., EREREEEZNRIC, B2 LOE
LYRARY DoN-HI - HE - B IcH O % WR e A AEMERIA X F 3%
Ala EITEERL . ‘f*%iz%i.ﬂﬂﬁ"%ﬁ:%ﬂ%l
Lo DET Ve o TR, LY 5 —
Lon b VALY OEM - G#HE 2L L TR TT VAN T2 ERETS
=
L haxx275 4 7HE
¢ ( Retrospective | BEfF 7 — % % F\» Tt £ D RERI 45 % T 3 5 BIZH L,
Study)

O—ANE=ZEXY VT

FHEEEEE IC BT, JEFREREORER L 7 — 2 ZEERE - RS 2
AR o = 2 Y v 7 Fik,

—XF|F (Primary Use)

7T =22 RROWER (] - 3 f“ RIEER 72 L) Tl 52 &,

thike=%1) v

Mt FEPT — 2L ea—ic kb, il (Kif) 2L YA M) TF—2%
FREIR DL 2 kAT 1< B - %Wﬂﬂ?‘é%:& Vv rFik,

Z XA (Secondary
Use)

IR T — 2 %98 - BOREHTi 72 S AR R LIAMCHI S5 2 &,

g% (Confounding
Adjustment)

HE 2 a7, <y F v 70 @ 72 & X0 SRR 2 S 2 05

{5 (Reliability)

RWD D581 % -l 3 2 &, [EfEM: (accuracy). 5e2t: (completeness) .
BERETEEYE (traceability) 72 &S~ ORI NS,

5> — % (Individual
Patient Data; IPD)

il % D BH LD T — X,

iR AELZES (IRB/ =

" 8 e o (BRI T2 24 1 % 5 - AT 2 I R A S,

Ethics Committee)

H 27 13 I . e N - e

o Fl—F — & L FECHERENPFIRGETH 2 M, BErEEtE o AT,

(Reproducibility)

FHE (Recall) ERICHH I REEFERO I B, EFADBELLLMETE -84

BB TEE M (Re- | BL4ILT — 2 2B OEAKHO T SN2 AL TET, T — XA ZE

identifiability) DAEE

ax ¥ 7 x4 7

7T BILTAER - RE 707 7 A VFICESEED D TEMN 75,
(Molecular Subtype)
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=& ik 5 — %
(Claims Data)

PEIERERE - (RERE 2MER S 2 SIS (L2 7' ) 2 &0 T — 4,
RWD o F3 Y — 2D —D,

i & B ( Source | . - . -
PR, A — L OWTIE O FFERE O HE & Rl I 0 8 7 Gl ik
Documents)
B i ( Causal . - o
BT — 25 L RRPAR 2 HEE 3 2 Hat I Tk, K& ofililz &,
Inference)
SERT RIS (E 1 . e - e
7o N s meatet 2 Mioe 3 5 HITL SNIBT — & % HBEE S LCHIW 2 BTG
Control Study)
KEBEEFEET NV | REOTFA T —2%¥H L, HASHEZIMW - £ 2 ALHEEE T 1V
( Large Language | IEfELETF IV T 7T — 2 2 bEERERZME T2 Tk LT RWD fEEE~

Models; LLM)

DIGH P HED,

%’V 75 A (Rare Cancer)

FEERSANL 10 HTAD2Y 6 AR D25 AR, HIZFHNC LT, AR
FHEAEE L\ 72 O FRHEBIRR AL L i < WK

M AE W BE E
(Verifiability)

HEEDT — ZUBC T TR 288 - LT & B EE,

& ik 5 — %
(Structured Data)

Bl - = — P OB cRBRI N T — &, BEEN - REME - ki
HaEraEns,

¥ W % E  ( Machine
Learning; ML)

T—X b HBINIC S X — v B E LRI AT 5 AL Hiffi, RWD R
TIEEERHR 4 v FREE AR CIER I NS,

(A ST N

SRR R E R 2 7 — 2 v — AT, FHINRCT U b A LERSPES

(Comparability) LTw 2 2% HEE,
S— LYRAPYDTF—2 MM LT, BEREG, PR S A PR L o 7K
H

RHFEEZTE ) &3 2 WEUe (TS

HL YA

HEDHEEDERET —ZAREDOLNEZL YA MY, Ak, FHHEERIIFEL
LbDELTHIRS, ELY AV IE, LY AN D—JBEETH B,

EEEEEWE (Audit Trail)

T — X DR - - HlbRZ &L FEDS s o - filfE - ED XS I T o e &R
L ENE, TR CH o ThH HIENE - fRIF1E - RFitt 2 HR 5 5 72
WICEARLIF DR IF SR D b B,

B (Audit)

7 — 2 OZIEMEREB O ERRDIC OV T, 7 L7255 =5 SRR IS0 HE
LRk & BLICHERD - ST S 5068, Eifid. GCP B EEHE ~ 0 HERLR ML
EMGET 2 HCHEEI WD, EEMOFERBFEFCELTUE, LY ALY
OISHEMEFHlio B e LTEBI N 2B 5,

55 #F  (Clinical

Study Report; CSR)

TRERCERRITE D A% &, ICH E3 12D < RRIUCIEK

HASREEE (Natural
Language
NLP)

Processing;

7 ¥ A MEWRE T - HEL S 25T, LLM 280 Al e 7 VO L 72 ) |
HEARFC RO BB IR T v 5,
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ML XY

. EERB NI EAERERESE RO EoBNICET LY ALY, #

APV, LYR MY O—TREETH B,

PI= T ST = =R ¢
(Traceability)

7 — 2 O T LIEE A I 72 E 2 EE, FEEE KT 2 FH
D

& W - B R E

( Transparency and

T—x Y — A, ERE, EERE,
P AR 2R T2 2 &

FIZSHH X OBR 7 STk v, WFFEDEH

Accountability)
AN Z EEGRA] © % 218z HIBR £ 72 (ZiEHL L o>, LFICE U <lR—E A
DB T — 2 OEER S RE R 2 R Fr T 2 W 2 5 9, Z i, fEsk
e Ukl MEAL] LEnCE R Th by, BlfToMAERRELCET S K

AL ST 2EATTTH L, ENICERI N [ELMTHER] %

BT 20D TlEnn,

BRI TAEHR (EAE

ANEREEE B WTERINS TELMTER] &3, FEDMHE A% %
ATz eBTERVE S ICEAFERZIMITL, 222, LA AERZ
@ﬁf%&bucﬂcbk%ﬁ%mi

WIRFEE Lo HEE BN TAG R &2 R - 1Rt 3 2 & i, TR il TIHE O A REZHH
ﬁéﬂfkb‘it\ﬁk%ﬁﬁﬂk®ﬂm%%%ﬁh?éuk TR b
TR\,
ENERREEICE T 2 [REMTER] &id. BAFREZMIS2 i
RAMIAEHR (A D, thoFEREEA L R WIR D FEE DM A %G T & v X 951 L7221l
WL Lo HEE I, IRAMIERTE, MCRFELZHEYICEH T2 2 L 2HifRe LT,
ﬁ*mk®£%?ﬁﬁﬂt@ﬂm%%%ﬁ%?é’tﬁT%T%5
) RWD @ﬁ/*\‘l'i%?lﬂﬂﬂ?’%*ﬁ% . MHZE BB HIIcl S LT, 7— 203 H
#HATE (Relevance)
PICE L CTW 2 0% W3 %,
W3 (Precision) TS L ZZERD 5 B, EERICEL WG,
HET A 1T (Electronic | RGN Z EFIICERET 2508, RWD 0F%H Y —x & LTF]
Health Record: EHR) H&Ens,
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FEOFEHXE - T4 XV R

HA
ERE R ERRHGEEFICHE T 5 LY A M) OEAICEEY 2 BARRE 277 | SAEFETE 0323 5 1
5 (2021 23 A 23 H)
https://www.pmda.go.jp/files/000239821.pdf
JEAE T (LY R MY 7 — 2 % KARHES AT 2 A oEHM RO -0 0 E ] ¥4
HEF 032355 25 (2021 4 3 A 23 H)
https://www.mhlw.go.jp/web/t_doc?datald=00tc5764&dataType=1&pageNo=1
A G784 (LY R Y IFEFRERT — 2 X — R 2 &ZHRGHEE ICH AT 2 56 O FEEHERIC
RO HERICBET 2 HEICEE (Q&A) | HrElg (202249 H 14 H)
https://www.pmda.go.jp/files/000248148.pdf
PMDA AR BB I B9 2 S (2025 48 3 1 24 H)
https://www.pmda.go.jp/files/000274653.pdf
PMDA Pedidn, P AR R LA L O A b U S AR R
https://www.pmda.go.jp/review-services/f2f-pre/consultations/0101.html
PMDA PESS B EFRLE L Y R b ) (SR AR
https://www.pmda.go.jp/review-services/f2f-pre/consultations/0102.html
KE
FDA Use of Real-World Evidence to Support Regulatory Decision-Making for Medical
Devices (August 2017)
https://www.fda.gov/regulatory-information/search-fda-guidance-documents/use-
real-world-evidence-support-regulatory-decision-making-medical-devices
FDA Use of Electronic Health Records in Clinical Investigations Guidance for Industry
(July 2018)
https://www.fda.gov/regulatory-information/search-fda-guidance-documents/use-
electronic-health-record-data-clinical-investigations-guidance-industry
FDA Framework for FDA'’s Real-World Evidence (December 2018)
https://www.fda.gov/media/120060/download?attachment
FDA Submitting Documents Using Real- World Data and Real-World Evidence to FDA for
Drug and Biological Products (September 2022)
https://www.fda.gov/regulatory-information/search-fda-guidance-
documents/submitting-documents-using-real-world-data-and-real-world-evidence-
fda-drug-and-biological-products
FDA Considerations for the Design and Conduct of Externally Controlled Trials for Drug

and Biological Products (February 2023)

168




https://www.fda.gov/regulatory-information/search-fda-guidance-
documents/considerations-design-and-conduct-externally-controlled-trials-drug-and-

biological-products

FDA

Considerations for the Use of Real-World Data and Real-World Evidence To Support
Regulatory Decision-Making for Drug and Biological Products (August 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

FDA

Real-World Data: Assessing Registries To Support Regulatory Decision-Making for
Drug and Biological Products (December 2023)
https://www.fda.gov/regulatory-information/search-fda-guidance-documents/real-
world-data-assessing-registries-support-regulatory-decision-making-drug-and-

biological-products

FDA

Data Standards for Drug and Biological Product Submissions Containing Real-World
Data (December 2023)
https://www.fda.gov/regulatory-information/search-fda-guidance-documents/data-

standards-drug-and-biological-product-submissions-containing-real-world-data

FDA

Real-World Data: Assessing Electronic Health Records and Medical Claims Data To
Support Regulatory Decision-Making for Drug and Biological Products (July 2024)

https://www.fda.gov/regulatory-information/search-fda-guidance-documents/real-

world-data-assessing-electronic-health-records-and-medical-claims-data-support-

regulatory

FDA

Integrating Randomized Controlled Trials for Drug and Biological Products Into
Routine Clinical Practice (September 2024)
https://www.fda.gov/regulatory-information/search-fda-guidance-
documents/integrating-randomized-controlled-trials-drug-and-biological-products-

routine-clinical-practice

FDA

FDA Real-World Evidence Program
https://www.fda.gov/science-research/science-and-research-special-topics/real-

world-evidence

B

EMA

Guidance on registry-based studies. EMA/763513/2019. (Feb 2021)
https://www.ema.europa.eu/en/documents/scientific-guideline/guideline-registry-

based-studies_en.pdf

EMA

European Medicines Regulatory Network Data
Standardisation Strategy (December 2021)
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https://www.ema.europa.eu/en/documents/other/european-medicines-regulatory-

network-data-standardisation-strategy_en.pdf

EMA

Reflection paper on use of real-world data in non-interventional studies to generate
real-world evidence for regulatory purposes (EMA/CHMP/150527/2024) (April
2024)
https://www.ema.europa.eu/en/documents/scientific-guideline/reflection-paper-use-

real-world-data-non-interventional-studies-generate-real-world-evidence_en.pdf

EMA

Data Analysis and Real World Interrogation Network (DARWIN EU)
https://www.ema.europa.eu/en/about-us/how-we-work/data-regulation-big-data-
other-sources/real-world-evidence/data-analysis-real-world-interrogation-network-

darwin-eu

EMA

European Health Data Space Regulation (EHDS)
https://health.ec.europa.eu/ehealth-digital-health-and-care/european-health-data-

space-regulation-ehds_en

ENCePP

Checklist for Study Protocols. Revision 4. 2018
https://ema-ewppa-encepp.prd.fpfis.tech.ec.europa.eu/encepp-tools/encepp-

checklist-study-protocols_en

ENCePP

Guide on Methodological Standards in Pharmacoepidemiology. Revision 11. 2023.
https://encepp.europa.eu/encepp-toolkit/methodological-guide_en

ICH

ICH

International Council for Harmonisation. /CH Harmonised Guideline: Good Clinical
Practice (GCP) E6(R3) — Annex 2. Draft endorsed 6 November 2024.
https://database.ich.org/sites/default/files/ICH_E6%28R3%29_Annex%202_
Step2_DraftGuideline_2024_1024_0.pdf
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https://database.ich.org/sites/default/files/ICH_E6%28R3%29_Annex%202_

