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@ EHEIcB T2 &EEMNDOE L» (FDA. EMA. ICH)

RESMEZRMFE (U.S. Food and Drug Administration: FDA)
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covariates) ZBEYNICKIRTE 2] L WO HMALFHET 2 2 L 2MAFAL T 5, LLTD
BIRN R ERRERI NG
o WRBEWLOEENE
i[5 %2 RWD ¥ — 223, MR GO AR T Lt 0FHEIC 5w T @Y7
BEEH., BERE. 77 M LB EOFEREEA TV 2 HERT 2 0ERDH 5
1,2
o HBREENICE T B B ATREME DTSR
*ﬁﬁﬁﬁnéﬁﬁﬁ%uxmfﬁ“éi%é\ 2R (external control group) & /M AREE DfH
BEHEEHRE, BBEOER, 7V A LT - SESELL Tn s 2 &
E%f%%%
e L YR YR EHRFORHEICIE U 7GRN
T 27— XX —2DOREECIHEFRORE (H] - BFECROFEHIE) ZHE 2. 4
% RWD 2 HWICIRS L CGHEYITH 2 2% FRNICEHTIT 2 Z L 23R ST T w
% 2
fFi iz, BF AT (Electronic Health Record: EHR) & EEEHiK 7 — & (Claims)
3. Bon 2 EROME CIRAPEZ 2 RUICHEXSSETH 5, EHR IZEREKRD
ﬁﬁﬁlﬂ CEN S —F T, RElB% S EEMICEHEEYR D Y. Claims iIEELT T
05, BERERXIRICZ L WERZ S 3, cnoofE2EM L. HFEEMNICIG L 728
U7 — 2y — 2 OBRSLHTENER S KD N5,
o HvIAYARLREH
NREFEOHELR+TH Y, o HOEMIFE-> T o (EAEHI S IZEAEH]
Il > TwZpeds) | KR TOERGHOMARIL ZEINIAREL TR0 b,
BEMEDO—ERE TIN5,

2. 551 (Reliability)
FDA I, RWD DS ZHERT 272012, UTD 3 oOERZEAPRL T3 2:
® IEMEMY: (Accuracy)
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T XY e ERR I, BEREIL LI RERL TS T L,
CLYRMVIRBWTE, VAT LAMKEHE D ICHREL . B8k - EF—H L TiThT
W5 Z L (system validation) 23EFIE N5 3,

- EHR % Claims iCB W Tk, ZEOMEESL 7 —DA[fgkiciG U<, B&E - 7V b A
L B DOEFR I o 72 validation DRREZEIE L. ATHICIRS L 72K % #HER
THILEnKDLNDG 2

@ 5££M: (Completeness)

SR & 7x 2 L (exposures, outcomes, confounders) 23HEFEM ICFEEkE L TEH D, K
BEIHHRICERTPELZE 2RI L,

® BHFATREYE (Traceability)

T—ZXOHKPML T v A2 HMETH b, BTk LICEERAECRIEI LTV S

T, Zhicid, BTV —A (eSource) JRHI~DHERLD HEN D 5

o ZERODERLKGE
EHR 07— 2 2w 2561013, BEER BEE. 77 b 72200ty
W EDERICE SN TT — 2 UL I N D A, BEERDZYEIC OV THEEL <
BABERD B 2,
7z & ZIFICD-10 2 — F OREH) . CPT 2 —F (L&) . NDCa2—F (3
H) REICEVEHEZ BLTERL, INLOLDOERPIFHMCAIL T3 2%
HATCHHR T 2 0E B H 2, 00 DERITICERCHEFAMNFFICEOEZREL 29
ATy FBRICHG 2T =2l L TR YR BGEET 2 Z L3 E L,

o HWEMREE (Quality Assurance: QA) /fHEEHE (Quality Control: QC) & D AR
T—ZDINE, T, BEOKEMEICH T, WMEREE - SEE B O RH % 246
L. 7 ba—nr EiciRT I LnkdDEN5,

o LIYRTMIREROEER
LY R VIZZHMCHEEINS -0, IEENICHEZFEARMLTws 2
bH b, ZD7H, KEPLHIFIDWIEICE 2 2 78 2 FRNCHEIE L. BT LR o
HCEYNICHAT 2 2 L AEETH 5, axat K CREEZRIEST 2 2 & I3EEL W»
. TAREMEEL, E5Hid> 2] b0 LosHET 2 X8Rk 5 |,

3. Zfth : FHHIYF & OFERINEE & REFFOER

o RHEBE~OHHRNREEH
IND (RERHEHEE) /NDA (Br#sGEHeE) /BLA (EVERRAAGEHREE) 2
BRicit, 15— x—ZFicsn»wT [RWD/RWE 2L Cw3z¢ ]| [Z0H
W RS 27—y —2ofdE] [HRTIFA V] FE2HGTLT 5 2 & o3
T34,

o EEHIMERDIEN
WFeBLERTIC RWD/RWE OiEHHEICOWTHHKT A2 e B8¥E T L R Tn»
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5, 7272 L. WIEEHHEIE S SAP 22 2 BB 2 L T dbiFTlda . £
712 1Z End-of-Phase meeting < pre-NDA/BLA meeting i HaHEZHE L, Y4
D7 4 —F Ny 2 %155 LRI NS 4

SR

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)

MR EE ST (European Medicines Agency: EMA)
EMA (%, 2024 FFicF¥H L 72V 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) ] "2\ T, RWD %\ 72JEN Aff%E (non-
interventional studies, NIS) 7% RWE &4k L. [E3 50 BHEREHIWNC G 3 2 BRo A
MBI ERR LTS, K7L 2y av_—r—iF, $iC RWD o [#EAE
(relevance) | X O [{E#ME (reliability) | & w5 Bz Hiic, HHIHcoRMAIC
BIFaHEELZRL T 5,
72 3. Reflection Paper 1324 Ji#t 2R 33ETH Y, FEHH TIE [Guidance on registry-
based studies ] 2 WK ERE: - HHEE L v X —+ v b7 —2 (European Network of
Centres for Pharmacoepidemiology and Pharmacovigilance: ENCePP) O&fEHN 4 F 7 4 v
34 ¥ 5T [Data Standardisation Strategy | ° 7z & DOffi e XE* H b TS T 5 & & A
Banz,

1. Relevance GEAM:)
RWD o relevance (2, 7 — X 2L HMICH L CEYI 2> HRHTH 2 0% Wi 3% 720D
BHETH D, UTOBRPEHRI N TS,
o WMHRBWLDELEM: (Fit-for-purpose)
RWD 2355 & 3 2 E R e8] Lo =B e i U, R BEE 2 A
TEHZEDPRETHDE, Thbb, RWD IFFHENROEFE, 7V b Ao, AR
LErEICIRZ 2 DD THRIFNIE RS R\, AT, ENCePP Guide T, il
WIRFSE & RIS AHESRTTE D H I DE W IC)G U 728 Y] e i EaiGt AE E S nTE D,
H o BRREL 258 A PE DRI & 72 5 3,
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o NHREMDRFEM: (Representativeness of the population)
T =2 = 2D BEENH, G RE S O FIHKRE £ 72 138 EoX R & 3 2 B
EHZEYVNICRERL T e RkDON L, FERANA T 22 HEBR T % 72 D HTE
7RG - BRAVEHED EHEL L 7 5 1, ¥ 72, Guidance on registry-based studies T
X, LY A MY RGO IC B3 10 5 ARMEFHl O L E BRI N TV 5 2,

o TVY AL - HEBONFHTREN: L RERE
F722 T FEA Y B XUSHGRE T 72 & OZEAH, WHEEHEIC BT IcER
TN, BOT—XX—RA L THUSHRECH 2 MESH 5, LEITH LT, AR
7—2Y—A (ffl : EHR, BERETV P L5 o) vrdbEREING !, X
512, ENCePP Checklist Tit, 77 b A LEBOHHR G LOEERS 2 — FIkR D
HHECMERE S LT B 4

o EHFME L FHHEE (Timeliness)
T—2REHDODDTH Y BIERIAMIC I 2 FERIETT 85 AR % S
LTWwBZeEELW L, THIRL YR MY ka0 EHHEE L REHE (lag
time) B89 % E AN & BAfR L. EMA (I Data Standardisation Strategy ® H1C
b [7— 255 - (L | O BEEWZ WAL T3 5,

2. Reliability ({5381
Reliability 1%, RWD o 58 238U H A c O RIS 2 5 27KHEICH 2 22 % HBi 3 2 7200
HELEHRTH Y, UTOBIRICEIWCHHiiTh 5,
o 7 —2E (Data quality and integrity)
T—RIFIEHETH Y, FECRKELPRNRICHZON T2 RE R H L, 7— X2
5 - Rfr - ilicks I 227 e 20@EAtE —Brkd o 1, Iz,
ENCePP Methodological Guide Tl, 7 — & X—Z2DFE (—X vs ZXKFIH,
INEEARES . MEEFERE) # &2 MEHiALE E b 3,
e T—XDbFL—H%EY T4 (Traceability and provenance)
T —20WiiE X I LTERESHECTH . FE=FIC X 2BEENFIRER G & 7 o
TWB I ERERING, VAT =R LN RT — 2ty + OBEEWEREEX
N bzn
o T —XRIELTHROERE(
T=2INEICHONE FE, 7r—~v b, 24 I v IpEUICEELI T
228, PlziE, LYRPYRCETILTOANEADBK I T it pnEE
%, EMA (3 [Data Standardisation Strategy ] IZ3\»CT, CDISC/HL7 7 L'[HE &
PEHE~DYEPLZHERE L TV 3 5
o WHEEHFIE (Quality Assurance / Quality Control)
T—2INEBIVPEHR o2 RICE T, A E - N 7RMERIE (QA) B X
WEHERH (QC) pEMmINTHwE e, il LTk, 7—F2 Ao Y AL
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Frzy s, ®=XY V7, BIHICX 2B EEHEZESZET 515, Guidance on
registry-based studies Tl¥., QA/QC &l % WFFEHHMARTICHE. L T T & DEE
TR TN T3 2,

3. % Ofth D RHHI B E R

e EHE O FERTEFHE (Protocol transparency and regulatory interaction)

RWD % W 72 FE AP 3Bl B I W b L 2 56, EMA & o Hiiilas
(scientific advice) % U CTHIZEH., THA v, T—% Y — X, it FEo

BYMEICOWTARZES BRI T2 1. 2 Didf T3 ENCePP

Checklist DfEFAMEE XL, 70 b 2 — L OREERTERM 2 R 2 A L X

NTWn3 4

T—2DY v 7 XOMENMER (Datalinkage and enrichment)

H—® RWD Y —2TRA TG, Mgl T —2 Y - L offia (il LT

WOERFE L DV v 7)) 7 — 2EROFHE - FFI (harmonization) (€ X

h, HEES L OEEEOR LXK ONERXETHS L, 7z, ENCePP Guide T

b T — ZEREDANA T ZADOWHEM: & Z DRG] - FARTEL BT LT B 3,

EE PN

1.

o &

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-non-interventional-studies-generate-
real-world-evidence en.pdf

EMA. Guidance on registry-based studies. EMA/763513/2019. 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.
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ICH (E6(R3) Annex 2, Draft, 2024)
| P 25 38 i L A 23  (International Council for Harmonisation of Technical
Requirements for Pharmaceuticals for Human Use: ICH) E6(R3) Annex 2 Tl, /HULE
=R, 70T 4 v 7EFE, Real-World Data (RWD) 7 &% tknilazkst - 57— v —
Z DM A DL D B FC, Good Clinical Practice (GCP) stz H IS U 7= 38 A o 4
VAR L T 5, FRIC [fit-for-purpose| &\ 9 Blmior b, RWD oMAICEI S 254
P (reliability) & X A (relevance) 23HAFEICER S LT3 1, ICH E6(R3) Annex
213, FEOMENTA X v ALY b EALICHLED T b FEAIN A SGETH 5,

1. Relevance GEAM:)
RWD @ relevance & 1. FRGABRICEH T 25HliEE (] : B, 7V r a4, BER)
LT, BT — 2V — AR+ hiFRe Rt cx 2052457,
o FIFBRICHN S 2 BAHEO
[FEEOREREMICE VT, MUi% RWD 2R T — X EH (BFE. 77 b A4,
HEBRY) 2E5H, ABRFELEST I TONMAIRETH 2208 5 5] 23 HIlTEL
#trIng,
o THA VDAL EMARENE
ABGEIHFICES VT, RWD 280 &7 — &V — 2O HMN, EEEEE. X
ODRMERRILA I N T W AR ERH 5, T2, HEHRD YTV F (variability)
ZAE L7 ECRGFEOTRZFH L 2 RET LI NTW 5,
o fWERY - IHVBILR OBEAH
RWD ofEficiE, @Y7z FE X 72 135Ff O G B HETH b . Huls o BIfE 4 ic
HAELTWEZ Ekobng,

2. Reliability (f5%81%)
RWD o reliability ¥, 7— % OIEMEY: (accuracy) . 52tk (completeness) . ¥ X 38
BRATREME (traceability) &\ 9 ZFERICK o TR I N2 LI T 5,
o IEfEME —EM (Accuracy and Consistency)
T — Z P IEMEICREEk - inid X, BV —AMTEAELRL L L kD LN
%, B ke AT LTS ENZT —2iIConTid, FHEE - 2 — MR O
ELOFR\BFREINLERETH 5,
o 5E&M (Completeness)
KM 7 — & L FHME H OREIA R 3T I LT TR E 2 R/ NRICIIZ 2 X9 e 7 —
R %EHE X WM Eoxika ko b s, 4 Xy b otk d FET X
YR LING,
o BHFTIREYE (Traceability)
RWD o Hifi s X O LIEEABHRINIC P L —AA[RETH 2 0 HBH 5, HZHH
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T=2EMAT 5. BELYRRRET 2T 7 ATEL L IABEFICLY
PREEESNEDEDR D 5,

o FT—XRVVIDWNELREM
EHR &Lt 7 b, SEUME AR EERT -2V —2D ) v 7 217585613, AAD
~y FVITREE T T AN —RECDET b BED D D,

3. X DfhoMRFEH
e Quality by Design (QbD) 7 7'v —F DHHEE
Annex 2 2fF %@ U C, RWD fIH%Z & CRRAEcliz. THWICES L 27 34
v (fit-for-purpose) | %HifE & L 7z Quality by Design OEH 2K D ST 3,
o KHIHF L D REANGEOEES
BEHERREIERC RWD 2w 2 ERIco Wiz, FEICHGIYE L fE L. #it)
PECHEMED ) A7 ICOWTHEIVKT 5 2 LRI N TV 5,

ICH (M14 : Z4&MFHIGIC 351 5 RWD & o —RJE Al
ICHM14 13, EER (EER. 77F >, ZOMNAFHE) omREZeMHEZ B
& LT, RWD 2 FAW-BIRMTE GENADOEZIEFHZ) ZatE - 714 > - BT 218
DEBNR—MRAZRTHA T4 Th 3 2, BFEFHRIIRE, 0RDMES TFIL
DR - B - FAICEELAREEEB > CE—H, EERBRHBHTOMERIILK
L. &E - EEEKTERHHIEBESINDDOH S, ICHM14 13, Z5 LERRERE 2. fit-
for-purpose DE BN 5T — X D relevance GEAME) & reliability (E#E14) %##HEE LD
D, FAPI-LSREEOFEREATLURBEONERL - BEHMZRZ-HDEALDON
AT T4 AR RLTWS,

1. Relevance GE&M:)
o e LoiHliiE (WF7EEER) 1Icxt L, M45% RWD 28¢5 - 77 A L - SSHE R
TE T B 0%, 7T —2FEHE - HEATREN - BN E OB M b i3
55
o T—2V—ZADFE (EFEREAR. IEEBM., FEHHEES) ls L, KRR
AL FTREME ISR T 2K (U 37—y av) ZHEANCEET 2,
2. Reliability (S#EHE)
o T —XODOHJT (provenance) LIIMTJERE, WHEEH (QC/QA) . EEWRENE
(traceability) ZHEL., ETNRT — 2 €y P ED X 5 ITHL X N7z 5 % 3
AlRE L T %,
o TULMNALRBEBEDERICONT, I —FMER - TATY X4 - Z4PRGEE (7]
REZc P <) &, IEMEN - et - —Bloiilzitrnd 2,
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S Xk
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. EICH 7= RWD/RWE O EHI#EA/N &
EAME] & [E%EME
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3. EEICH 72 RWD/RWE o H4liEn & EAME] & [{SHEk:)

(D SCRUM-]Japan Registry

WA FRH ENLRAME R v 2 —BOREE 3G B AR
FES MBIRHEES, T v AL —v a ) —FHEE RS

1 SCRUM-Japan Registry & 1%

SCRUM-Japan ¥ X Uf SCRUM-Japan BEETFE1Z. 234 BE 2 WNRICFEM T 2 HHLEIS
TRANBRERRE LAV TIERZRER E L 2RIRE R T 2 ek o 8K - fih LiE
BERRICORT T KEERAT /LA 7 ) —=v 7 7uy 27 v Th b, 7.
SCRUM:-Japan % % (8 SCRUM-Japan BLEFIZED 2 2 ) — = v 7 MMz D b L C, BETH
2 DI K F DY 7 & 4TI U CTEERREER O AR 1E % & 2 Rl 8RR 0 %
BiTbhTwd, b hy 724 TRl 75l o miEf 2R3 5 2 L »3E
L7 v X LBEBRE KT 5 Z L 3INHETH 2 2 L BT — L COFHiRfTON S
T—AB%\, 20K, KVIELSHEOMIHEZTT S 2oic, avbr—ATF—X L LT
DYTNAT =L FTF—% (RWD) FHIBEENE, ZD X5 AER»DH 2017 i
SCRUM-Japan MR SEPRL 21— 70 LC-SCRUM 5 — £ % i\ CHEE I 0 ATEEPE 12 D s
TOMEELMT DN 25, IRFEIRCEIRZWIE R 7 & DA JE ©° Immortal Bias (CAFERFHE]
ATR) REDMEMAHEL RV a vy ba—ATF -2 LCOREHALREECH 2 &
Bahotz, ZZ T, WHav - LT =27 =2 LEFMHELVEEL & 2 5HEME%
MERL 7z THBEDIGL Y A MY | 7—22HET 2 2 L2 HIME LT, 2017 4EiC
SCRUM-Japan Registry 23ffi#i & #1172, SCRUM-Japan Registry Tl¥, Wk, HrEai
HEER AT N 2B FRE 2580 2EM 2 R E LT, HFRZICKLIE L 75 5 HAHE
IR EOERE BT 5 L Hic, FIRSYIIEEL YA MY 2w KGR HEE IC T 5
HA N T4 v eHBOMH AR O v BHEEBOFIEOMRE & ERL. 7 — % of5HHE

P EHAZ TV AR S, BEGL YA M) T -2 DEET-oCE 2

2 SCRUM-Japan Registry DR
SCRUM-Japan Registry (3. LEto b BTG L Y2 P Y F— 22z H L LT
52 EDLUTONEZIToT W5,

[F] = U SCRUM-Japan Registry & L CHi7zic 7 b a—n%3H LU,
SCRUM-Japan %° SCRUM-Japan BH#HTFE i< TREE DB T FH 3R
I N IES 2RI, {5 o BEFEZE 2GS LERLTW5
ISR TR D IR % —E IR D 729 1C, B IZEERIR T - 2 15HER
FHTH LT, — A 7 iR BRI RGN I & D2 BiaHE L o X v BlGHT 6
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JEALIND CT scan I X 2 H{§RF i L 8, L ¥ X VBB 6 — 10 JEE
WCHGEHT 2 i 2 ICEET 22 2 HEL T3,

2t YNV

F=2ANF ML —=v %R e — AT -4~ =Y v — (A
Brfiaax S PEtkRs (Site Management Organization: SMO) %> & Ji&)

ZHLICATo T D, 2L, —HRDfiisk Tk SMO D321 AR
mER, MIGFH & 0B E M S 720, X OBRa—T 4 A — X —
(Clinical Research Coordinator: CRC) 237 — & AJ1%#3HY L Tw»

%o

ET=XY) v

FiIc 1 pohRe=X Y v Z7OELTWS

FIFE Lo . HEICSUTCHY I A FE=ZX ) v I DOEMLT
w3

B

1T 1 M OWFEEB R R S INEEER (BFE 1 -2 ik 2 #E) ~
DEBFDEML T3

SRR &
i

GEGIS S s LT —7f2ft, £=x ) v/ PREDOEMD 720 DLk
BIE ., FVEIRRE. SRR 7 & ICD W TSN RHERE & 2 258 b LT
w3

EEMHL VX Y IEHAMERORER

2019 6 Hi

Agency: PMDA) |

T T R SR A (Pharmaceuticals and Medical Devices

C°C SCRUM-Japan Registry B VBB PEERAE DS L 72 [

LY R b VIERMEESFER S, TREO RSO W THER « % 1T - 72
XU, LY RN Y EHEMTFAEHER R o AR R L BEaE CBEE. EiEtH
) L EFRIERG®HL GED T

W H D

SR

1 L FaRRTTF 4TI
INEEL/2T—Z2DHY | 3D THNIET — X WEEBFIEIC O W TERIT R
PniconT VW, FHlIEHE & 7 2 A)H @@%5T—ﬂ%Vbux«7

T AR T 4 TIWNET 37— & LRIREOEHER{TD

T4 TICINET 2 2 L ICOWTITESEE & % . M
ST, MEREWOIERT AL ELRED B,

2 FIEEFRFANCINE S | FIEEOFEMIRNCHIZERG S T 325, 2N LLETO 7

IZDWT

NETF—Z2OMEEH | —Z2ICBWTEFERICHE S WHNEEHZ{To T\ 58

B AKRHFEICHIHATE 28 E O T — X Th 5 h et
WELRY FHUT LT -2 OMEEBICOVWTIE, L
YA M) EEEREHRCEWTHERTS (LY AR
EHEEFATEMRIER S TE o9 B oM
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DT, ZYEELOEATEEORIC, LAY

DISHEM DR T L),

% SCRUM-Japan Registry I3 51T AR S [F] U FEIC T
FEINTHEI L EZIEATN S,

FhEEREE S L 0L
VA MIRERICE!
2 LER D ERFFIC DN T

AWl N T — X Z BRI DHEGEHFEIC H 7z o TFT
ikt e LR 256, ERMA, ERERSEOME,
BRIE R O M DTELREF ICBE 3 2 LA THRISE 4 3
ZDHIE éﬂ@fuﬁli@ﬁf%%l_ﬁ“?ébgﬁ%D &
DIFHECIRIERL Z [EKEE G2 5 XE 52 ED
WsroH] ETRET 2Rk LT3, FHIliE
Ble 32 FETHNIE, FLIOBETIC X V&R & LT
BHATE WY X7 2kt 2 720 B 5 T I R
BB & o CEHEME 0 HHE 2 M sF ik 2 X 9 Zadt] 7 I
HE CIRIWMERARECE 2 LIV RO EITH Z &
BEIO 5,

JEE R D AERIC DT

ﬁﬁﬂ%mﬁﬁ Hmﬁ FIFFEE, FORTE. EREHEAS (R
Fanz XomylcfEf L. RET2 L 58ET 52
&

KR i< 51 2
A 24 HH 24 D ARAL
Rl ORISR I 2
W

KR O/ ONI2T — X R YR~ DAGEHRFEIC D
Gl ke k%mm¢5®f%ni\@%ﬁﬁé%u
ZHEDEE L CHLLERD L, FEHACGEOME S
2 A[REMEDY B B Y H DFEHIC D W T KRS ZAT O
12> PMDA % O 4 E0HLYFE | L H XE Tt
Bl DOIERLTHEL T L&D 3,

TR Y TITDONT

=) v B A CERBR S I NS AIERZT
LA, ZOEMRTICOVWTIELY R+ Y {E5EN:
FAEMHRICE WCHERT 2

FEGIH = (Case
Report Form: CRF) o

71 - BIEHERIC D0
T

FHEEBEEEN D LY 2 b ) IREEH 0 HY#E 23 CRF ~
D AITRAEIEZAT 5 MER-CFNE T & BEfE L TR W,

BT — XUV R
7 v (Electronic Data
Capture: EDC) @3
T—vavitownT

EDC FFHICBER LT, MR OFRENRICET ) 57
—vav (z—=¥—=F AN T A} (User Acceptance
Test: UAT)) FEMI T3 rm:al,
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4  SCRUM-Japan Registry @ #]i&FIZEH]

SCRUM-Japan Registry OiGHASF] & L < TRIUMPH iflgics b2 a v tu—r75—%
DIEMZ T b5, TRIUMPH #B&iZ. HER2 [5G4 - RAS BpARIRG A Z MR E L 7=
PERTEEREECH H . SCRUM-Japan Registry Tl TRIUMPH i 4 v b+ 7 1c& D
H, ZRFETICERI AT RGO, ARGFERDWERENETH 5 HER2 [5G 0>D RAS
PPAERL L 22 & NIER] 14 Bl 2R E LTCT —2 2oz, R LTHRBEDE
DRl 23 I HECTH - 72 13 flic B3\ T INHL 72 2> o 72 T & 23 TRIUMPH 3% 0 i i i
Eicggansz,

AREBEHNC BT 2 HEERT2» S, BHEERE E colEIc 1 5 SCRUM-Japan Registry & L
TOXNIGE AT ICE T,

4.1 I
HEE 0 1 2 H Bijic il Eﬁju%%#ﬁo 7= PMDA %4 T & S < [F g L
LYR LY F -2 OFMCEE L, EAMRE (574 y) B0 IS
@%%\$%ﬁm%ﬁ¢«%ﬁﬂ%%ﬁ%tto%@%\xmwwkmn
Registry 151 AR K0 HiRH 2 BETHT OB B2k bR TV 2

4.2  HEkoikH
PMDA X V. A TR ICHRILE R 2 523 2 BRic i SCRUM-Japan
Registry ICBI3 2 ERIFE B &% - CfT 5 %, BEREAMZSF R s n
7-HERDIERBELEL D 572, 720 LY A M VFREAIZYER L WikAa TH
», SCRUM-Japan Registry Dl % B WLREHAIC AF L 72\ & OBl 2 O FHEE
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2 (Real-World Evidence: RWE) DifEf23, EIHNHFRLCHFK AW THFH I L TY
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BHEOBLE TR & AT 2 EEEEORIE, IBFIRCTRICGEE T 2T RRTOIL
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=1 BEERIEBICHITS RWD & RCT @ &HIRR
ARCAD (N=1603)

F i

ZCA, n (%)
FEXCAL n (%)
321

2080, n (%)

FEAL n (%)

Performance Status

2080, n (%)
FEZCR, n (%)
BMI

AL n (%)
FEZCR, n (%)
RAS &
AL n (%)
FEZCAL, n (%)
BRAF Z &
2080, n (%)

FEAL n (%)

RRE (ERIAHRD

2080, n (%)
FEZCR, n (%)
BBEY
AL n (%)

FEZCR, n (%)

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)
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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)



1: 24778/ (0S)

I35 RWD & RCT DL

05:FOLFOX+Bev[TREATMENT=1]
100 STUDY Events/Total Median (95% Cl) HR (95%Cl) AdjHR (95% Cl)
ARCAD 11551600  30.0(28.7-31.5) Reference Reference
Flatiron CRC 55/210 489 (37.5-NE) 0.51(0.39-0.67) 0.51(0.38-0.66)
90 SCRUM(MONSTAR.GOZILA,G-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
[}
£
E 50
e
§ 40
o
@
o 30
20
10+
o T T T T T T T T T T
0 12 24 36 48 60 72 84 96 108 120
0OS Treatment1 Time(Months)
Patients-at-Risk
ARCAD 1600 1362 956 555 220 73 8 0
Flatiron CRC 210 127 67 34 24 14 11 8 3 3 0
SCRUM(MONSTAR,GOZILA,GFSCREEN 681 625 473 318 192 102 51 31 19 1 5
. -
EELEFHE (PFS) 26 ®
(X 2: #SEELFHAR (PFS) IC$H17% RWD & RCT DLt
PFS:FOLFOX+Bev[TREATMENT=1]
100 + STUDY Events/Total Median (95% Cl) HR (95%CI)  AdjHR (95% CI)
ARCAD 142211599  11.5(11.2-12.0) Reference Reference
Flatiron CRC 85209  17.5(128-22.8) 0.65(0.52-0.81) 0.65 (0.52-0.81)
90 7 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
k]
@ 70
>
w
5 604
o
£
S 50
=
S 404
o
@
o 30
20
10
0 T T T T T I T
0 12 24 36 48 60 72
PFS Treatment1 Time(Months)
Patients-at-Risk
ARCAD 1595 730 204 125 58 9 2
Flatiron CRC 209 67 20 9 6 5 4
SCRUM(MONSTAR GOZILA,GI-SCREEN 88 21 9 2 & 1 0

SE Xk

13. M ITBUE AN ER REFRESREOHE (PMDA) . ANRARICET 2 BEFRE
(Early Consideration) . 2025 % 3 A 24 H.
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© ¥B4¢ic BT 2B (Flatiron Health O#RER)

HE #H  Flatiron Health K K. (75 v F 74 7 v~ 2RS4

iXC®IC

ATz, V77— FF—4% (Real World Data: RWD) 35X U*V 717 —A F b
7 v A (Real World Evidence: RWE) DB M IC 35 1) % Bl g FHE~ D5 icEd
LTS 2, FrC, 2012 LUK F AT R— XD KB RWD 5L, L ¥ =27 b
J—Da1—R7 =A% GOEELFHFEDORT A 7H 4 7 Mic 2 7T — KM E R LT
7= Flatiron Health ORI Z . HARICE T 52 HE LD RWD/RWE OiEHD X 578 %
FRICIATTERET 2,

LLr¥Fadgt)—oBRBREICETS RWD 0EEX

RWD D #EFHFE~DIER 1L, 2010 FREZF2 O AR ML 72 1, KETIX 2016 FIT KT
L 7z 21st Century Cures Act IZ X 0, KREGEEIKERMESEMSE (US. Food and Drug
Administration : FDA) % L RWD/RWE Ot 7’ u 7' L8| % FWfH 7=, 2h#
% \F. FDA % 2018 4iC Framework for FDA’s Real-World Evidence Program? % 2% L |
RWE % #ifl|_EOHIWHC I 2 720 RN 2758t 2R LTwW 3, M7L—L7 =27 T
iF. BT 3 RoRHE T HCRFICE R Z H T T w5,

e RWD 2 HWEGMEZ A LT3 (fit-for-purpose) 2»

e RWE ZAEMT 2R PCAZXT AT HFA VD, L¥FaT ) -7 T RXF 3
VI A R Y AREN T e T v AR R L Tn B A

o WELiABRA FDA O BIHI TG %572 LT %

{7 L —247—27%, RWE OF#H 70t 2D & 7 Ofkciy 7. FDA &2 7
A7 FNZ—t 0EE, XU RWEERICET 2 —#HO N4 XY ALEDRHITR &\
FDA 2+ 2 870 77 2o L LCHEMNT b hTnw 3,

FDA % 21st Century Cures Act FAZLART2> 5, RED RWE IS T3 e T v A% [E
S - AEEIE O ERBEFICER LT E 20, 7L — 47 — 2 ORRUBIZERED T
I RWE % fHA0AA ZHEED ML T % 3, BRCHAARERTIX, 2019 FIcHHED
HR+/HER2-$EF4 1 FL23 A 103 % palbociclib D IGHE R 2SKR X = Fl 3T H 2 £
724 D —ATIE, Flatiron Health OF28A RWD, IQVIA OfREE T — & X— X
ARV —REDO IO NV BENT —ZRXR=R L) 3DDT =XV — A0 HiF 6ht
TeT v ARERV, BRRBRER 2 ICERT 2 2 L CHEIMERSERLTWw 5, Bk
BRo RS W f MREBRH DY T2 AT - HdT7 772 3 vitE T RWE icko<
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HEARDOWREEZ R L72b DL LT, HRATHOEERER 2. LIcKERIFEHZED 72,

KEL BN, 7Y 7 EEoBGIY R, EERUE IC RWD/RWE Z@EY)IciEH 3 2 72
DHA XY RALHKT A b R—oX—Z NI TAT LT 6 00, & E O MIHIBRET X R — Tk
muboo, HE L CEEHINTW 20, RWD 28ESE. S8, Mgtz
fiiz T Y. [fit-for-purpose] TH 22>, ThbHBHEELOYV S —F 72X F a3 viTxfL
THRICHE L 722472 RWD 28HwonTw it wirkTth s, Zhnid, E—od RWD
BHOLWBE) I —F 7T RF avICHIGTEZ2DLIFTIIAEWI LHRBLTEY, FEIC
JG U727 — 2 EEOREREMZEFAL T3,

2.RWD/RWE DL ¥ 25 + Y —icB) 37ERICET 2 FDAD XX v X

FDA 2. MIMNEZST (European Medicines Agency : EMA) & i A, ¢ RWD/RWE D3
FLEoBERREICEFIFEHICOVWT, R1DOHEY, ZLDOHTA XV ALEEZFRKITLTY

%,

# 1. FDA ® RWD/RWE 0 #H F o BEBREICE T 2EHICET 2 54 £v 2 (—5Hk)

HA XA E SR | B
Use of Electronic Health Record | 2018 4 MR ICB T 2ETINT T — 2 FHAREO XX +
Data in Clinical Investigations’ 7 H T30 T4 ARAEBEHRERLIZTA XV R,
T — 2D - BEIEEZERT 5 -0 0l ixE
M BEEAEER, T — 2 BT - Ao FIHE, X T L
DAY TF—=vavekFal T4 BEREZIRR,
Framework for FDA's Real-World | 2018 4F 21st Century Cures Act IC3:D & $iE X 1, FkdE
Evidence Program? 12 H JEIEIN <2 T R % B IC B 3 2 KGRI I

RWD/RWE % i& 3~ % FE o AR HE 2 7 m 4 % £
No

FDA 1T & % %18 RWE B 7' 4 & v R A/RK D FAE
ELTEMT b TW S,

LT Framework for FDA's Real-World Evidence

Program ®—3g & L CTARI N A X v 2

Controlled Trials for Drug and

Biological Products®

Considerations for the Design 2023 4F AR IR SR %08 U CIREEN, - EEH o G
and Conduct of Externally 2H L% FHI 3 2 BRORER T A v - T Lo RE

B2 R
RWD # &G BERMT — 2 DiEHICERZE,
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Considerations for the Use of
Real-World Data and Real-World
Evidence to Support Regulatory
Decision-Making for Drug and
Biological Products’

2023 4
8 H

RWD % & L 72k 4 7 RER I 35 17 5 FDA 0
Investigational New Drug (IND) #1818l gl
2. FRHCIEN ARBRIC BT 2387 ¥ 4 v IcBi3 %
Y e L COMFFRIEZ IR,

Drug and Biological Products'?

Data Standards for Drug and 2023 4F 538 T D KRR EE IC RWD % 35H 3 2 BRic, ER

Biological Product Submissions | 12 H AT — 2 CTRD LN BT — X HEHEER RWD IC5# ]

Containing Real-World Data'? T2 FETcoEERE (] : CDISCSDTM ~D~ v
vY ) R,

Real-World Data: Assessing 2023 4 LY R MY T — 2 %3E FoRRIEIERT 2

Registries to Support Regulatory | 12 H DFJEFIHIT DV TR,

Decision-Making for Drug and (] = EEE L EHEEOFHE, thr—% Y -2t D

Biological Products!! e

Real-World Data: Assessing July Y RIFI OB M - RetEicBE T 23 E L

Electronic Health Records and 2024 DEBIEIC RWD ZiEH T 2 EoF EHHEZ ER

Medical Claims Data to Support AT IR,

Regulatory Decision-Making for W : Y T — &) —ZADEE. HETHFAL v

ZNPE T — X OB TR G E A L)

k-0 AP EIF| O B sh i o - i v TR,

ENp ATl
%o

—J7CRWD 3L ERE» HIENTED

(Good Clinical Practice : GCP) |

ofﬂﬁé%vmn&wtb F— X5

7T — X OHFTRIET A4 Vichdbbb
CEH I N RIS CGEAME L A - v T v ADREAKD b

IR BRSE ik DRl REASR D F itk

g - et

fERELE DRI 23 EME L 72 5, T——lelié‘%ﬁ‘{j&@ Eoo%, K7 — &, FIEMES XN

AT A, F5GAIC

avELTEITLNE, L2L, T— &M

— A & BHMEICE

BEEED LN TV S,

3. Flatiron Health DL ¥ 2 7 + U — B89 2 #RER

CEoTHWEERHE=2 ) VIOt 3R EBRENRY I 77—
VEORERBMNLL, IRT A veT—4%Y
HLCEMH L2 LTV —F 272X F 3 vicxtd 2 RWD O &
L. BIENRANA T A% EE T % 2L ¢, RWD 2¥#E LoREERE

% Bl
ICVER T 2 B A

3.1 ARV I —ERVEHILFHELODI IR L —v a v
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Flatiron Health 1%, 1#@Z% 10 FLAEICH 720, BAEREDO A FICE T 55855 ICiE A
RERETFHINVTHEDHA RWD 2FEELCE 72, KETEBAII2a=T4 7Y =y 7
B X OAMERER L 0o — b F—v v TR L, KREOEEREOEETE & BEICBT
%1% (Health Insurance Portability and Accountability Act : HIPAA) % X 8% o {thEgEk
1 - ERRVERAE 2 8SF L, 22K @ 500 ST AL LD A EE O HEZIRIER~DOLERT 7
w ZAHMERTEL LT B,

B AVT LoF—xicowt, BFEME. kitH, mEER L0 HEt7—%] %
B L 72 ECT — 2ty MICHHBADZ T TR, TRV R — bR, TR,
NAF2—H—BRELF— Lo [FEEET — 2] » 5 b HHRERRERZ R I
L Cw 3, il - IFEEL T — 205 kT 2 AR O T — % & v b ZEEES
52 LT, ZNZENOREEIRICEH T 2 FE QBT AR CHIPEICHE D 2 R EHEM
ZIEMEICRE L, YERICE T2V TAT7— AV P2y FEL v (B - EERRT 024
R (Real-world Overall Survival; rwOS) . ERER T o M TE A IR (Real-world
Progression Free Survival; rwPFS) 7z Ot Z nlfg e LT\ %,

T—Xty I, BETIANC—(REDD, BEOHBNSTE v X 5 IERIIE
WA T o7 et I g, 7. F—EF DEEIRIGR DHMEWTY 20 IEME ettt 1 2 17
5720, X LITHKGRHEE~ O OBICHIFRY JHIC X 2 ERICHIST 2720, FHER~D
BEFSAIHEL 72 5 & O B2 MR L T b, ZnIic k), RWD ofgEHHEROE
BWhBERTH LT — X DFKE (Provenance) F X WHE 7 EHIAH] (Governance) % fH{R
LTWw3,

HPFERE O RWD OFEH EHRIEE AR v - (BEAE) ©h 25, A
@ RWD #§8E3 X O RWE £ ICB 3 2 M 2 H 3 537352 6. Flatiron Health (3 2K v~
P —EOHGILHE DKL TV =74 v Ny =V OIFRES XL T b, BE
WG L CY)F & oiEimic D EFESE L, RWD/RWE O3 R REE Y] 2 figflic B 3 2 &
PR R Z 1R 92 2 & T, FAFRETHORIED SRR HTFE 7' v X TORELZ R L L
TWw3,

2018 4= 1 HLAKE. 2025 48 9 AHBIfE. FDA, EMA ZHlic, 77 X {{#%E (Health
Canada), HERMEIHKME (Taiwan Food and Drug Administration, TFDA) . #&[E &
PR3 G4l (Ministry of Food and Drug Safety, MFDS) ., FHNZfTEGE A E3E S E MRS
REWH  (PMDA) 7% & 7'm — <L ORI/~ D HAFEE 36 £, KED 506(c)BUE
D K il SE g e HL ] L2k (Post-Marketing Commitments / Requirements;
PMC /PMR) -CHlilksete L 2MEFE (Post-Approval / Post-Marketing Safety Study;
PASS) % 15 fFXEL T ¥ /=,

¥ 7z, Flatiron Health & FDA @ Oncology Center of Excellence & i3, 2016 F LK T AL
DEIBRT—viCBTaTRL—va ikl T3,
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1) ¥FEEOEEIE~D RWEFHD A Y v b & RAOHE
2) RWD Z& M \W7etfe7 ¥4 v &b /i ik o aHill
3) [RILEBEWT O, 234 BE ORI ICBE 3 5 B FE o S

K, WER2) 23) 0kdhTr—~<iconwTREME L LFRAWEZFEHL NS T
b, YEOARTEBICHT A LOEINEZ 5, REMNREME LTIEUTDO LS
BN ZE T 5N 3,

o FREBRDOEFDOEERICH T 5 HMAEDRRET (Khozin et al, 2018 Khozin et
al,. 201914)

o BTHIANTT—XHKROHE - B L, VTALT—AFZ Y FREA VO
BEPli (Griffith et al., 201915; McKelvey et al., 202416)

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

FDA i/l z. NICE CEHEPEBEHMFEMEME) < Duke Margolis Institute for Health
Policy 7z L0 #fk & b LT, HFRZPCERBOER., EREAMEELGIC 5 1 2 RWD/RWE
OVERTTERTTEIC O W TS L a2 AR T 5 192, K F o RWD/RWE O
IR ORI A EG T YFY — X — L OEENGEAE L, YEoMFE Ba L
7o bTT — 2T o U RWE BE O BRI S 18T, A3 E RS el
Ik 1) B WEME ORI 72 RWD/RWE FHZ BRI L LTwa, Tho i 3.2 ol
N5 &0 BEREGEZAHM L, BABEIAMNEERECLIVRIICT 72X T2 589
HILL T3,

3.2 Flatiron Health RWD D= FoBERFEIC BT 5 EHAEH

Flatiron Health ® RWD 2335 | o B B RE ICHERH & L= A o\ T e ic—E3 iR
‘g— z) (e}

%% 2: Flatiron Health RWD D 3K | oo Z EREIC BT 2 HEHEN (—5F0R)

-2 A4 PR B IR ERTE

TJ—2R

T HEAKEE Idecabtagene % ek HiE Flatiron Health ® RWD # &M O T — %V — 2 X
FHickT 5 | vicleucel b, FEEFKRICE T L MY Fvs T A gEFE (Triple-class
AR B exposed) DFFE - HHATES A HlEES © RWD @
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SRR HARE 2 2 L IRBREE R G o TR C R A
P2 & AR IR ERRE T COT v b A L%
gL, BB e e 2 v 7 v R & LT 2021 4F
@ FDA A&GRICIE 2!

Elranatamab

Flatiron Health % &% 2 flifHo RWD % F v CHEFIK I
B 2T - HEHEMHES S B REE R D 2 O O HLEIR
FEZREE L, BRI G L 3 o0 ak— FMETDER
L RBNHAR D Heik % S,

RCT 0 FEfeA N R T CHEASEER & LD
5, 2023 £ EMA KR ICH S 2

IV /NI

ST

Palbociclib

LA A

Flatiron Health % & {8 %0 RWD &£ O EFRAER T
— 2 % T, 5D HR+/HER-HRBERA A BH D
B0 - Rt FEE L, 2019 4512 FDA 1< X 2 BHERAL
DA~ DI R DGR ORI L L CTiEH 2

Cetuximab

KI5,
SHA R L1
B A

REENEEYEIRED €7 ) v Zfi#tTiE S (FDA @ Model
Informed Drug Development (MIDD) D 7 7’2 —F D —
BR) ¥ X U Flatiron Health ® RWD #Hw<T, %51
AV %A 1RO RE~NEE L CTO AREsHER T 2
T EAURE N, 2021 4T FDA I X Y FIEAS & 2

P H AR
DHF5E

Amivantamab-

vmjw

FE/ N 23 A

Flatiron Health ® RWD % & L EGFR Exon20 f# AZ
SR/ IR 23 A 85 DERYETRIRE T IC 351 5 A1 ]
&I AR 2 AR Uy FE/NIEAT 28 A D b 70 9
T2ATONREMCET LTV Ay b« AT 4 Hh0 -
=—X%mR L, BiBRETET s e T v 2L LT

2021 4£1C EMA DR 2 &GRIC T 5 %

Sotorasib

FE/ N 23 A

Flatiron Health-Foundation Medicine DF§IK 7/ L5 —
2R —2F X UKED AACR Project Genie D7 — X X
— 2% Hw, KRASGI12CE#%H3 5 NSCLC & D
rwOS, rwPFS ZiG# 7 4 v 2 L iciHlli, #HFHERRIC s
JE2T7 VA AT 4N =—XDITETVREL
THIBRHF 54, 2021 4E1C FDA IC X % HulUKEE IC 3 5

26
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TR R
w5

Ado-trastuzumab

emtansine

A3 A

BEIREBR DX RILCH o 72, 1RIERAME 60 H FTLARRIC A2

EHRH# (LVEF) 2% 40%~49% D H# % R i, Ado-

trastuzumab emtansine D FEEFK T T D a1l % 52

Tt

Flatiron Health 13 ¥ V7 7 — & 2> 5 D LVEF {§# D
M TFEERFE L. MR Iz RWD % H v Cc8LE IR
& etE (PASS) #1792 T, EMAICK % T~
NET DGR D BHHLICH 5 27,

GELBA)

FE/ NG 23 A

FDA @ PMC ZRkicxf L, milind - &tk - RIERDEOR
75 & BRIREAER <A EH X 2 AN B B BRI B 1T

LIEHRE OGN - ZeERHio B, FDA 23
Flatiron Health ® RWD @ H i &1 % &G8.  FLEfENT
T,

HTA
(e i
2Fii)

Pembrolizumab

B R

Pembrolizumab O FF Y 2 7 O EWYIER AT HE - LR G
JED TR LR & LCOBRABIEITICE VT,
KERIC BT 2 [T bR £ ol & 2 o
ME#ICES 3 5 RWE g|H I Flatiron Health ® RWD % 3
o

HENICEICLVEHRI T vy 2 LTED LN, A
F U ZONREFICYZIBREA~D T 7 & X DHERICEH R

28

o

Atezolizumab

FE/ NI 23 A

H2[E] NICE o ERHAMFHM 1 35 1) 2 5 AR 0 s
FiEoFE I LT, Flatiron Health ® RWD % . C
BB PEIR NI 23 A D SRR IR 1< 35 1T 2 4 AR AR
I T VAR, BRANSRO R VIR L LC ikl
I, BYIREET 7 & X OMERFEH 2,

3.3 Flatiron Health RWD O 3% FoiEHIC R b 3 fHM
R LOBBIEICHFS T 5 RWD oiFfiflig e LT3, B Ic HAROMPAL % T &

n, X

Comparator Arms: ECA).,

IR R OB (contextualization) % & Uf}‘:j‘z@%ﬁﬁﬂﬂﬁﬁ (External

SicTfill#%® PMR/PMC % PASS 7 & ic 351F 2 3G 2355
T3, X0 EHEIZFIF 7 v RXicE Wi, RCT ZHEEEFS © o@lg Lo s, 1B D




74 =Yl 74 i, MEEER LTS RWD Ao TEh, Zhbidkdoind
7 — X EEH OKEB K EF LT WEAICS 5,

HA T, F#iC palbociclib DFEFD A v X7 F DRKE X925, RWD OHLEEIERE L L
TOERBRELRFHZED TV 25, KRENCEH T 235 o RWD O #HipHIc K% 7x
235 5 &b FRITMHET 5,

H R D ikl 2 iR EE AL B O contextualization TlE, RO X 5972 RCT oA RL — =
Vi - BEL D20 DIERAEL D IXE T — X SE RO b D 8, EEK T O
FERMcoOEEREHEA ZHEE X 2 L) RWD OffifEx F#H L 3 <, 7T r X
HiEo#E L - SElL, OWTIE RCT IS KR 7o 2o R#Ebic b FHE5T 5, £
D7, WERAPBZEIC & o TIIFAFE 2 R T IR HERRFHFR ) D Al RetER E & v o 72 K& 7%
AV P20 I N, RAEWICEFITRITTE 2fifEd KX v, KETIEH, AKVI—
RFEHEE DR D O OREERALBEERT O SEATIIZEZ T T, BITOT — X ICHI T
FRRBAA G Z K ET 2V AR EE L TEY, HATHHEHOSRHIIKE VWEEZ D
nd,

RCT o & L CTHEE S 1 2 43I ER (External Control Trials: ECT) TiZ,
RWD ici L Tl D S\ imE 23k 55, FDA 12, AR REER (ECT) & SRRt Bas
(External Comparator Arms: ECA) #HAFEICXAIL T3 8, (2N b DHEDERITH
FIMRIC X o THREL3,) FDAIZECT iIco W<, 7o b aicit- TRBHRZ KRG I
BEEMOT7TY P ALk, RUEEEZZ T WAL BEER NN IEEE) o7

v b o L EREET 3 RO — i L L CAZER T Tw B,

—Ji. AHERRIERE (ECA) 13 X Y A#I» DYPLAMICHV b, @EICREEZ T - % 7-

133 T o - EBFHEN (historical control) 2. [ERFHHIC IR CHIE I nW-EH
(concurrent control) Z#f5 L. HREMFEO e LTHEbhd b dH 58, ECAIFH

MR ZMTE L2 VRV F>—2 L LTHIHEN DB —RITH V. IBFEL2S

INZERER L OEBEK 21T 9 ECT ITHNRT T — & 5VE 0 ERKHE K,

ECT icoWwTit, 7— X mEOERKEEDHFH I 225, FDA % Dk % 5 ic RWE %
substantial evidence & L CiE® 5 Z & IFTNE THE R o7z, —7F T ECA IF LY
HAlEEERE . HEMICL ¥ 25 P —Z Ty R LTRY ARSLNT WS, FlziE
7 £ — X 2 OHEEERERFEER O contextualization D712, RWD 22 615 6 3 2 A8 HEEE
BHVONSE T — 2R ICH v, ZD5E, 72— X 2 ORI T substantial
evidence & LT, RWD THik X #1172 ECA D fi##T#5 5 13 supportive evidence & L CTHZiE
fFiF o525, 2T substantial evidence DFFAfli % &4 L 32 £ CIEFICK X ik dEl %
B9

KETIE, EEREGAFERIC FDA 2ENIRILICHE O WCEi 2 ZRKTE % PMR & X
O, ARVH—DBEELTEMT 2 PMC~® RWD OiEFH. 3abbiilkkicsi) s
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HHADILRK LT3, FDAIC X % 44 &~ X"Postmarketing Approaches to Obtain Data
on Populations Underrepresented in Clinical Trials for Drugs and Biological Products™ ¢
i, BRREBRIC BT AME - Rl - AR S KO0 e E I B & ATRE IR
DHAAND Z L DEEEIRINT VS, £HLTHZOEBBHELRIGEICIT, FIl
I FDA L ek L 72 £, fit-for-purpose ® RWD ZHW Tz v 7 v A% #i/E T % etk
bE&INTHY, RWD 2 L 72 HiREFHEICN 35 FDA OLEIB L THIM & T
H5%,

T 5 I RWD iER QA I iE, iEMETHCEABAT A 7 X -z v r—T X v |
DIEDKE RS 2, Flatiron Health 28 2K ¥ 3 — D Y FHEE P FDA & @
N—tF =2y TORTHLEMAE2S b, UTF DR FDA I X 2 RWD/RWE D3 o
BERERE~DHBIARICERT L L 2BELTE 7,

o BUHRMR L12TE 37213 R FHIIC RWD SERIFHE I >\ C ko8 & 3
PR

o WHAIRD. Tu b a A SHEHRITEHEE (SAP) &Y, 77 m—F i
AR SO FRTC IR B

o TIBREOERTIE, F— 2 WE L AMEN~DEAM (fit-for-purpose) IC
1

e RCTEHQMRD LT v RAEKTFHESEMRGETH 3 Bl oW, B
DB B HRIEIRTS 5

||

% O, Flatiron Health ® 7 — Z IR 59, RWD 2SFEHF v r —JIcHrAT T
b EAXHNICHGRY o BEREMEL L LTGRO b wr — X Tld, i X L7z RWD @
HEPHEPLL X277 ) =27 T AF a2 VICEEL v el X sz (fit-for-purpose
TRW) HHE oM, YFE oFFHZESS RWD iGHICEE 3 2 HaToFHE - T 4 v 28
At TH 256, RWD OV —RZLEHE~DT 7 v AHBA 0 CTHFIC K 2 ELELHIR S
N256 7% L Provenance ICHVEDH 27 —AbHd LI nTnd , FHifge LT,
RICT =2V —ADEBVHTHo7e LTH, RWD/RWE OiFHIc X 297 v 2 4fk
T7u—FEMnizT T v RERARPYFEICE o TRIFANAEE & E 65 5D
b5,

Flatiron Health Tl%. 3FE B 175 RWD/RWE iHH % & i@k~ ARV ¥
— ZEHIH Y I E R AT RE 2 & REL L LT, RWD/RWE o fitness-for-purpose @ i
%1% 3 % [Fit-for-Purpose Assessment (FFPA) ] %7 v 7L — FMERX TR L T 5,
ZOWNAEIX. F i FDA 28 RWD/RWE o fitness-for-purpose % &9~ 2 il T H %
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Oncology Quality, Characterization, and Assessment of Real-world Data (Oncology
QCARD) Initiative3! ic ko < ffi, FDA ®° EMA O &EH A X 2L AL T3, Mz
THARICHE VT, EREToMMZ RIEZKERKICEZT DY — 2T — X ~DiBH2 il HE
AL A Z ALY A, aVEHER SRR OFE 2 IFH T % 2 X 5 7 RWD RSzt v
Z{ToTWw5,

4. ¥t ®

KEZEFLE LA TR, SR RWD OWEfE P AT V27 —%8E 0, 3R
¥, 7H7 7. RWD i, HHlNREE o zBTDRAT A 7 T X — &5
LENEERREL, Tav ATk LT RWD IEHORRAZSEHE L., KD T —
Z2FY TACEIMEI TS,

RWD FH O fil# B L 72 E©, SEEAZEIHIG O 72 RWD OiF FTHEIC X 0 i
ZUIDH 20 BHEIYRD A X 2REcEEEH 3, HS RWD Z2i5H L 721585
fEEEAERQTH S, IR D X 5 ICiREKED T — 2 WH 28T 2372 0 & %
BHE 4, EEMT A 734 7248 RWD %235 L7228 5 mislic 438 % S ikt
TR RZDH DY, EAMANCEFEHFFCOEMEZ IR L T 2 FUTFFEICiES
%, T9 L7-HY A, tRAEMILT 2 23 AR B ANTIEIC B\ TR - S50 -
HWHEHNCERDOD 2R EEAN L, 274 7 - XA —2Fclifiz b5 LTw3,

HATRWD ORFEHAZ X O ICHESE 213, CNETOEEATOEME I
Zy BTCDRTA RN Z—=DBBECHFEET 2 RWD ) YV —2%E0» LTRERZER/ L.
ZDH VP RHICROBRICEDT Z EBAAIRTH S, A —FEEZRFIE, BRI
RWD/RWE &I B W T DERE A R—v a VHlLEOEZ IENZ Y | TR
LCWBFI7v 77797y 7/a2A0fl%E X o IcE b ek, —7 T, Ml
D ORI IS E, HAIZ RWD/RWE i D Se LS & LT o Hify 2 —J@ il
L., EHRGHEEEE LTOEBH ARy a v 72 @0 3 2 LRaliEr EzoN b, K
RHIEEICER T R OFIMICE £ 63 FAFWIM O, BRI, BERER D
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#%1: RWE %\ 72 R H S EH

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)
Trastuzumab deruxtecan PMDA Unresectable advanced or recurrent HER2(ERBB2) mutation-positive non-small 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 oxygen,
Actemra (Tocilizumab) FDA . . . . . i
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 . g X ( )inp going
hematopoietic stem cell transplantation
Prograf (Tacrolimus) FDA Prevent organ rejection
_ . Severe manifestations of PIK3CA-related overgrowth spectrum who require systemic
Vijoice (Alpelisib) FDA
therapy
Vimpat (Lacosamide) FDA Partial-onset seizures(POS)
" Treatment of
Voxzogo (Vosoritide) FDA

achondroplasia in pediatric

Data were adapted from Asano et al.? and from information available on FDA website.?

L2 L7a23s, FIFFE X RWD OF|H % #ET L 7zF%ic DB fRA#F IS0 LR AR % R
IcLic{ e Wi ERB B, 2024 48 8 H 2 Hic SCRUM-Japan Registry ifFc o —Bt & L
TENZAAZE & v & — Bk & B34 & i 92 L 7z [ SCRUM-Japan Registry &R
sy | clix. DB R & 7 2 B LKFEHIGE ICB 1 5 RWD iEHIc>wT, B
KB X T v = lAERTo72, 22Tl Ta X ORHES & SERESTIES R

HiECH 2 2 Lo b, FEFEAZCTIREAE I LCHEHATH 224 Lic <. FliEH
Bt e hoTnd | [EETF— ﬁ@hﬁﬁﬁkﬂmﬂé%%%m%mmwm%%ﬁ

LCARL ] TR % RS 2 RO RIS CHB 2 RS 1S L TR U TREERER] o &8k
B &, SR Bl cEMErREIc T 5 2 L T&ENO ﬁéfm@ﬁf%%%ﬂ%%ﬁb
TERRL W] WS BERZETWS, FAEE LTiE, FIAMEIOFRRETSEHL W &
AR B XOMERROERAEICOWTAERHI ZE L CWE 20 holz, E7z,

FIAFOGE LT, T—2FHicowT [EEOEICCHAMEEOHZKE T2 2T T
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1. Regulation (EU) 2024/1245 on the European Health Data Space :

https://health.ec.europa.eu/ehealth-digital-health-and-care/european-health-data-space-
requlation-ehds en?utm_source=chatgpt.com

2. BRI T — X BEEE : https://digital-strategy.ec.europa.eu/en/policies/strategy-
data?utm_source=chatgpt.com

3.EHDS O#HIEX : https://www.european-health-data-space.com/

4.5 5% DX HEXEARER © https://www.cas.go.jp/ip/seisaku/iryou_dx_suishin/index.html
5B EAEFED—EANET B EIULE:
https://www.shugiin.go.jp/internet/itdb_gian.nsf/html/gian/honbun/houan/g21709021.htm
6.8 2 EfE - /MERERD DB OF)ERRED HEE:
https://www8.cao.go.jp/iryou/studygloup/20250903/pdf/s-3.pdf

7. TV RN EDOERRICA T -ESETE : hitps://www.digital.go.jp/policies/priority-policy-
program

8. T—XFERHIEDEY HICEBTHELRAF

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. RHIKEEMESTE : https://www8.cao.go.jp/kisei-
kaikaku/kisei/publication/program/250613/01_program.pdf

10. EEFBROFERBOHLEICEET 2185742 ¢ hitps://www8.cao.go.jp/kisei-
kaikaku/kisei/publication/program/250613/01_program.pdf
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% (Electronic Data Capture: EDC) <& LT HIS ® 7 — 2 # EHEERT 2 LA (57—
2L 27 L) DOJRERE LTOMA (eSource) TH %, eSource ZHH L 727 — & #
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| Project | Ballot Level | IG - Ballot Date
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136



Utilizing the Digital Protocol (UDP) STU Sep 15, 2025
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@ EHRMFME - X v F~— 274 (Broad Cohort Characterization and Subcohorts of
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14 OB AFEIC BT 2 FEEFR T O (real-world progression; rwP) D&%
LLM b AFICEB3T7 7R 527 avoR5ciii L, 2hEFnzfvwcsE
BRPR T o SRS A 42 R (real-world progression free survival; rwPES) % fi#hr
Lie
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1.00 Breast 1.00 Gastric 1.00 Non-small cell lung 1.00 Urothelial 1.00 Pancreatic
0.75 0.75 0.75 0.75 075 |
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 s
0 50 100 150 0 40 80 120 160 0 30 60 920 120 0 40 80 120 160 0 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 0.0 0.00 0.00 0.00 —
0 25 50 75 100 125 0 25 50 75 100 125 0 40 80 120 160 0 25 50 75 100 125 0 50 100 150
I 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 = LLM
0.00 0.00 0.00 0.00
0 25 50 75 100 125 0 50 100 150 0 50 100 150 0 50 100 150
T Months Months Months Months
Survival probability
Median rwPFS Breast Colorectal Endometrial Gastric Head and neck Hepatocellular Melanoma NSCLC* Ovarian  Pancreatic Prostate  Renal cell SCLC®  Urothelial
(95% CI), mo (n=1000) (n=1000) (n=1000) (n=1000) (n=850) (n =1000) (n=1000) (n=1000) (n=1000) (n=497) (n=1513) (n=1000) (n=1000) (n=1000)
Expert-human 122 9.3 9.0 6.8 5.7 44 6.2 6.0 17.6 3.9 105 6.8 6.2 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] [5.3-66] [16.2-19.7) [3.4-4.5] [9.6-11.3] [6.1-7.7] [6.8-6.9] [5.5-6.7)
12.6 9.3 8.5 6.5 5.9 3.6 6.1 58 17.8 3.5 11.0 6.7 6.1 5.8
Ll (115.147) (85-101]  [7.696] (6069  [5.4-63] [3.4-4.2) [63-7.2] [5.2-64] [6.3-207) [3.2-4.0] [10.3-12.2] [6.0-7.4] [5.7-6.6] [5.3-6.4)

Abbreviations: mo, months; NSCLC, non-small cell lung cancer; SCLC, small cell lung cancer.
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(Federated Learning) 7% Google X W f@lE & LT\ 3 2, JE4FE, #EFHICTny 7 F =
—VvEifiElHAGDE 2 2 LIk D & HIcHhREHER % FE L 72 Swarm Learning 23215 X
N, 7Ly ¥ av AT gy vicmiFEET — 2 %2 L 72 BEE € 7 v o g v
LN T3 1314

BbYic

PO AT 08 A T BIC 72 B ERRBIF oG <. 7 — 2 of5fEMEHER L 2 X P o
IXEREEICEL TN CHEE SN TE L, FrICHARICE T 2K 2 2 FIXEK
KIVDEL, BREARICETFZ2 A=A H NIy /B R - T4 Z20RAD—RE Ko
TWwd, |AGERDITFICE T 25EZED 20T, BRAREICET2 7y 75—V
HffioMMAREEICEH L. MR Z R C & 72, i o2 ER T2 2 LT, EE
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WER B EUANAMRE Y X —RRk ERGEREHEERF ERDBEAEHEER BR
Rt B RRMEEAR AR AR/ EZ2 ATE 2 v 2 — Bkt Bk

V77— K5 —2& (Real-World Data: RWD) D3REEF|FH L. KU & 2 DR D
ERE~DRIEL O CH7- R L LT, 5B oERMLAE S X OFHEA R 2 K &
(EHL S 2bDTH DS, EHEMICH, KERMERMS (U.S. Food and Drug
Administration: FDA) BN EZE ST (European Medicines Agency: EMA) # 13 U,
FEFFYRECHA XY RDOBEETREIER L T b, ZOERBICH T T, FEOH
fil /2 HE L <igiF s [#AME (Relevance) | & [{E§A1E (Reliability) ] @ 2 2 DIHH
B L <, HIICRIL 72 (Fit-for Purpose) 7 — 2 _X—Z « LY R + U 3G - L
L. ZOREZERT 2L BAAIRTH S, #EetEE, HHEENICES LOMSREH -
WREz - 7V P ALY TH 2 %iHiT 2 TH Y, BEEIR. 7 — X DI

(Accuracy), 582t (Completeness), BEFA[AEN: (Traceability) 23ERE LT3 0%
BRI 5, IO IR ZEMEECTIIR, 87 Y ROEHEEZHER T 2 BARE
fFL LT, RWD ZEHEECHGHINIOEHN T 2 Ecolb@iEfEe roTwnd, 6
i, FEOMEAMA A X v 2 XY b EAICAE DT 5 2RI 72 X E T H 5 FEFRER L
HillFAM1£5% (International Council for Harmonisation of Technical Requirements for
Pharmaceuticals for Human Use: ICH) 25\ T%, E6 (R3) Annex 2 253KE X1, 7K
BEERS RWD oifH A2 &G04 knT — 2V —xic L EEH) X0 IEEE] o
JFRI 2@ 2 2 LR I e, ZOEBRNHHAD T, HAEICHE T, EHEME
R ER R AR (Pharmaceuticals and Medical Devices Agency: PMDA) © L ¥ & + Ui
FAMHERMI LSS 2 05 L 72 B HA A ORI e fHER 2l U, 7 — 2 X — RGPS 5> & S B TifE
RICEET 2 LR e 0ABERKER S Z L3k onTnd, 29 LzRRAICX Y,
KRR T IRGRZEMEFMIC 2 5 2 DEAM] 3 X [E#EME] 22727 — 25/
OFEEEL Z & BRI NS,

X BT, 5%l OMOP (Observational Medical Outcomes Partnership) 7z &'[E BEAEEHE
ICHEMLL 727 — 2 WEEE %258 U, % ER] < O M A AGE % B IC A 7= I BRSO 28 03
FEnsd, zokE, EAERRHE 1~ 7+—LF -2yt (Informed Consent:
IC)., 7—x#MHEHICH T 2MABRTR L, MER - A 3F v R L OB IS EE O
SLACARRTH B,

bAREOREH Tt KHREREELEZ U0 &3 2BEEHEOfHIc LY., EH
L - AR TEFE % 72 R - DE9E T — 2 @ KA 2NERNICAE D T b v,
Tnichn z, JEAEFEE 23 et 3 5 5 DX (Medical Digital Transformation) DRI IC
L0, ETAIATHERIEAEY — e 22k L L ERIGEIRO — XA 2%l < o
DH Db, Gk, TO OHIER) - EAA I 2EE U, 2ERIEHR - RERIFHR - EHRZz
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EDLEDORNEINTES - TEHTE 2ERENZ X, 74 73— 28 Zdl U EERE
WOEERAM DR, BITKD b5 —iE DE M MR X 7z RWE BlH O A[RetE D —J& @
IERBAF I T 5,

Bt o R X, RWD o @& & [EFEE] oRics» CERER&E 237
723, EF 1T (Electronic Health Record: EHR) &+ 7— &% * v 79 % (Electronic
Data Capture: EDC) DIFHE{LHH#E 23 HE A, Fast Healthcare Interoperability Resources

(FHIR) % OMOP £ 7 — £ £ 7 A DY KIT X o T, 2GR oM B & FEtEs
REEMICH ELo2oH 5, Tbic, KEESEET TV (Large Language Model: LLM) 7&
CHASREIEEA ORI IC X v | IEMEEL T — 2 p HiE LT — 2~ BB K
BERSICA Y. EHR 2> 5 EDC ~OERBIT OV RKED AF 2N X TICTZ 2 BREN#E WD D
Hb, TOXDEEMERIC XY FRHCT — 2 FE o E L & MO M E b X
No, 25 LR, BRPEAMEORIEZ Db D2k L 2055, T
VANLTY FERAVFEMABIAALTEAATY v FilBE, 7my 7 Fc—vHifick 27—
2RI AP IERBPMECREEZ &, BT L WA T CICEEERFSICA-oTWw5, ZaAbHT
T BB ANICH 72 o Tk, {EROHSHA TIE TG TE R WEb E LT 5,
7= & 21, Al (Artificial Intelligence) %#3GH L 727 — 2 Hiiieftro A8k, v =77 7
NTNARICE B Y T A2 A LOAET — 2N, EHR & EDC © HEEH 2 i3, BiF
D EH G D FRRHASR D FiFL#E (Good Clinical Practice : GCP) <0 [E3E 5% o SLEIRTE %
REEH DR (Good Vigilance Practice : GVP) D% 2 72 iy - By msT 2 2
2 CTH 5, FDA Tid, AI/ML #EHIERER LT & 2L~ 2B B3 2 #lfi] 7
L—L7 =27 %FTIEELTEY ., EMA T FfROFERMAEL TV S, TS ITHIGT
T, SRIBESBEICE TS, L WEIRPEAZE L 72859 - HHI7 A4 £y 2D
fiii & . EFE RS coa v v S RBEBEHETH S, FFc, 7 —XDOMERIE. 7
NI Y X LOEAM, FEHAREN: (explainability) % & D X 5 ICHERR 32 2028, (SHAMEEE
i DF 7= 7B L 72 5,

1948 FEICHEECEMEI N R L7 F =4 v vic X 3 ifsaRERER (Medical
Research Council Streptomycin Trial) &, fE{EAEIT - GRAL - FEHRIT 2 AR 09158 A
L7-m=PoERRE L LT, 7 v X 2{bliitis (Randomized Controlled Trial: RCT) o
Bz, 2hhrbB Xz 80 F x5 H, RCT 3kAL LTz T v AAHOH.L
WFETH 20, FmOEEBCUEANUCERE, ) 7 x4 LabFEHW2KD b 2 KT
RWD/RWE OiEHBAAIR &7 225 %, RCT & RWD/RWE (3543723 % b D Tld7x
(L BDiidHs % B0 LD e mIc @A LTun CBRICD 5, B, il 5 .
ERSEEE 2@ U<, DEAGME] & [E#EM:] 23 x 72 RWD/RWE Al - fliEH o 2
VAT LEEL, FEER OB IC R RE R T v T v ZABIHOFRHRZ U] 0 i <R
KEWFRFL 720,
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9. FEES - Appendix

M

=)
AR

E &

ADaM (Analysis Data
Model)

CDISC 23E® 72, #atfEdr i T 7z %‘—ﬁ € v b OREHE, SDTM 7
— R LI AR A EFR T 5 s ICIZ. SDTM 2l 2T ADaM
DIEHBRRDONDE Z 3D 5,

API  ( Application | 872 Y 7 b v = T[T 7 — X PHEZ LIV T 272004 v 2 —7
Programming =R, 7077 LA0oNEGE R EERDTIC, ko bt [ L TE
Interface) (B%° URL 72 &) | Zflio CHREZFICE 2 Lo KT 2 fillaTh 5,
HALER 2 AFE (IR A) OEBEEREMNEE T —% (IPD) 7—4
ARCAD ( Aide et| X=X /W%Eav V —> T L, %ligx RCT @ IPD #IN%E - &AL, HA
Recherche en | (NCC ®5kt). KE (Mayo Clinic), FXM (ARCAD Foundation) @ 3 7

Cancérologie Digestive)

— Xk v & — R CHER, SIS, 2 2. RWD/RCT Rt
REWCIERE NS,

ATLAS Project (Asian
Clinical Trials Network

for Cancers)

7Y THIECOMRAERRREE A v b - EELH L L EHEILE T e
Yz 2}, MASTER KEY Asia & #if,

CDISC (Clinical Data
Standards

Interchange

Consortium)

HRIRHITE 7 — 2 DIEHEAL 2 i 5 2 EIESEE MK, HRREASRD 7 — 2 f2ih
ICB VT, FEOHHIL G CDISC FRHE I HELL 72fEc ol 2 ko T
l{) %O

CIRCULATE-Japan

IR VIR KGE BE 2 R, M iEERIES DNA (ctDNA) %\ T4
FHVERAARZ (MRD) %3 L, fR7H e fEbinEoRE(LZ Hig 34
E#E 7o 2 27 +, GALAXY. VEGA. ALTAIR :REx7: Y ciEk E L %,

CRF

Form)

( Case Report

WEE L DR T — 2 %k 2720 0ER, EDC v X FLICHIT2E
+ CRF (eCRF) & LCTHIHEI NS T &23%\,

Critical to  Quality

ICHES(R1) 288 A L 728, WIYEH BRI 420 C SR A3RF 1 B S g

(CtQ) T—XIEH - FH - 7o EiET, LYVR M) REHEREOES LR D,
ctDNA  ( circulating | FEEAIEEkD DNA Brh 2 ic it E vz d o, fFEY 27 DfgfE L L
tumor DNA) T MRD #HICHIHE S,

CTD ( Common | EHRFARHFFEROERLE Y + —~ v b+, 5 EY 2 — UK (HIg]ET

Technical Document)

BEEE, EL JRERIR. BEK) .

Duchenne Muscular

Dystrophy (DMD: 7 =

HEIT RN 2 R e 5 2 XOEBHMEE R R R, Remudy ¥ X UF Remudy-
DMD i B 2 FRRTH Y, HREHIE - SRR IC BT 2 (RFW
VPR,
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vV XBFY A e
74 =)

eConsent (BF[EIE)

WERE P SDA v I+ —LF - avrey b (IC) #EBTMICHUE - S+ 2
FiE, RWD INEICBWTHEEREOEEYE - Rl 2R+ 2 FBE LT
HEHI A TWw3,

EDC (Electronic Data
Capture)

BIRMTECHIRRBEIC B W, BTIICHER T — 2 ZIUE - (R {7 - HHT 5
72Dy AT I

EMA (BRI =SS T)

R H A 1 5 W TR 3R o FEAfl . A& EE
(European Medicines Agency),

LaMERE 2 HEY T 5 R

ePRO  ( electronic ) . . R
. BEPHG ORERC QOL A2 B NICE T 2 Fik, BFPLOT Y A
Patient Reported . s
L (PCOR) iIChiEH TIN5,
Outcome)
JE5748 TR 3 S O &GRS AL FF AT S5 10 6% 2 HES S5 IC 5 1 2 BIAIRL S 088
ERES #&#f TEAHOHMICOWT ], ETRCH - ETEHOHEIENE - Rget: - (RIFIE2E
:5) f: */E%ﬁo
External ~ Comparator | R T — X 7x 2> HHEEE L 7= SLEBATBRE, BRSS9 © HBBON 5
Arm (ECA) CHWws N3,
External Control Trial | /57 — & % F v CIREBEERE & o el 2 17 5 BiRER, FDA Cid BAEaER
(ECT) DL LTER,

F1 227 (F1 Score)

PR LE AR ORAF, R 285 BRIl 2 5%,

FDA  CKI[E £ i [E 38 i
J&)

KEIC BT 2 ESEN, EEESR. BMnF o & & % #H2Y 3 2 HHREY
(Food and Drug Administration),

GALAXY HEa

CIRCULATE-Japan DO H1#% % 72 3Hil ) & BIWT5E. HOAVIRRZ % 724 -
EEEEEOBEEL VX P Y L, tDNA % H w7z MRD §Fli % #2RF
ATV BAEZ B 2,

GCP ( Good Clinical

Practice)

[ 24 5 D B PR 3B 12 BE 5 B IR V) 7 SR L v WkBRE D AME - B DR L |
EHEEOH 2T —2DONELXT T 2700 chHh, HATIE GCP A
e LTiERbIhTcns,

Global
(TREAT-NMD Global
Core Dataset)

Core Dataset

TREAT-NMD 23%E L ZEBE#ED L P 2 F VIEHE Y b, FEL Y Z b
VDT — 2 EPEE R A2 B L L, BRI PR 2 v — P EHodt
WEAE L 72 B,

GVP (Good Vigilance

Practice)

EE SO IRE R EERICEE 3 2 e, BWERMHE. UV A 7 &G0, &2
PEAEHRDOUNEE - FEAM - 7 &, BLEIRFEE O RN R IC B I 31 0 L
HELEDT N5,
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HIPAA &

Insurance

( Health
Portability
and Accountability Act)

KE O EFERRE L, BF T — 2 OBl LI ICBE T 2 B2 E D
%O

HTA ( Health
Technology

Assessment)

PR DA E - BRI R 2 e ARFli 3~ 5 (il 4. NICE 7 & 23U,

ICH ([ 32 R il B AN

Pk

=358 ity D AR B 3 B Bl i S o0 E B F A 2 H i & U 72 HORER D A ]
UL UOERBEMKHEIC KD
Harmonisation of Technical Requirements for Pharmaceuticals for Human
Use), GCP 7z KEFIEHEDHIEZ FEHL T 2,

£ 3% & (International Council for

Bias

(Immortal Time Bias)

Immortal

BZR IR O BOE ICREIN § % KRR ZCHE. RWD fighr AR,

JSON &3 (JavaScript

LLM o ofE#E) 7 — 2, #Elk I - 28dhBEERE 2 > 2 7 4T

Object Notation) HETBICHbNS,

s A BEEZNRE TEIRAT ) L2272 ) —=v 2 7Fuy =2 b, SCRUM-
LC-SCRUM o N

Japan ©HC, fifiAs ASEIC KL L 72 BRI

TOTHICORDBAT - ZINELREA Y P — 7 BEEZANE L
MASTER KEY Asia 27 Huls \ i /Y c T ISR & iRER A v ‘ M x Hi

EEgEFEL Y 2 F Y Fry 22 b (ATLAS Project & i),

FYBAENRIC, 37707 7 A MEREERT — 2 2 LT 512 L
MASTER KEY Project | ¥ 2 b U &, NA A~—Hh—icHEI L EROEIRER (B » ok ns

FRFEEAR, 2017 FFICENZD AMTSE & v 2 — H3BAA,

Model-Informed Drug
Development (MIDD)

T T NMERTICEE D & RIS - BEEXEN T S FDA v 7724, RWD
CHEHIN G 2 L3S\,

MONSTAR-SCREEN

fifizs A LASN D [EJE 23 A X OIS A 2 RRICT, DA DT FERSL LR
DF7Tu 7 ANEERT 3 2EME oY 2 7 b,

MRD ( molecular | RIEIBBEZICI LR IR T 2. B2 cliE S nih vt
residual disease) L DIRE
NICE ( National

Institute for Health and

Care Excellence)

W] o E R T AT R . HTA 1235\ C RWD/RWE # BUGEHREICHER LT
W3,

OMOP (Observational
Medical
Partnership)

Outcomes

BRI T — 2 Dfft—E 7 v, EFE RWD 48 (OMOP-CDM) & LTJA
<HI

PMDA (=3 it R et an
e

HAIC BT 5 RN, EREREORRE - Ll - MR 2 5 #horfr
Eit N (Pharmaceuticals and Medical Devices Agency).
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Post-Approval / Post-
Marketing Safety Study
(PASS)

G oM IRR IC K et % 3l 2 # &, EMA 7% & C RWD G2 ES

Post-Marketing
Commitment (PMC)

FDA ¢ #EEMpEDSEICEK O T, TIRZIGEIMERZ INE T 2587%, RWD
HHBEmMmLTw 3,

Post-Marketing
Requirement (PMR)

FDA 23 ERIMEIRICE D % 310 E e 2 2T 2 HlE A
INb,

- PMC &xftt

QA (Quality Assurance)

at E PRAE, S8 % ORI S BUE & 7z i 5
fifi L EET&%"‘%%L R

HeZdi7z LT3 0 2B - 5F

QC (Quality Control)

mEEH, 7 — 2 OIEmENE. seett. —BMRHERST 5 20, AT - LB
Elig fﬁ?bﬂé RIR - BIETESE, QA X 0 b B RF T iEH),

Quality by Design | B3¢ - LY A+ U ORXEFERFED O WEH 2 NEIL T 2E 2 /7, kN4 T R
(QObD) % i/Mb 3 % 720 ok EHEHI,
Raw Data (A7 —2%) | T - ZHEATOITT — & SRR S 1 2 HEEHC Y,
Real  World Data | %77 — %V — 22 b HEMNICINE XN 2 BHEOMBIREE RV XIZE
(RWD) ERREICB T 5 7 — 4
- RWD %MW f@#ric Lo Tibn g, ERN, EEEREFEOARESC LS
Real World Evidence

(RWE)

7 EC RS B IR Zn G, B 24 fe i X 2 KRR R AR <o i R i A S I
WwbHhb,

Remudy

DMD/BMD #EHE AR E LHARDEEL X+ Y, TREAT-NMD &7
Ptk 2 Kb | BIRPIEESK 2 4L T2 2L TT -2 DHZHERL T»
%o FERRERFEIZMGIICIER L, BER D feasibility M- EEIE R
RICHEHEI NS,

Remudy-DMD

Remudy % EARICHESR S L2 RTm 2 S ek L & A b U, Seffft & FLEEERH
ExIERIC, EimE 7% Regulatory Grade RWD 0¥ % Hiy & LTkt &L
T3, QbD - RBA ICEOCIBERL L0 FEEHZEA L, 10m H{7
B B Y KRR e EEFREEEE T v b o L B NE L CHVEI RS LT o
MDHIRF x5,

SCRUM-Japan

EEBREOELEEERAT ) LA ) —=v 7 - TTy N T x— 4,
SCRUM-Japan 13IRTE, Hli2’A ZxR & L7z LC-SCRUM-Asia &, A4+
DEFED A+ MDA %R E$ 5 MONSTAR-SCREEN % #i& 3 2T

HE XT3

SDTM ( Study Data
Tabulation Model)

CDISC 2SE®D 7-iEH#ef) e 7 — 2 S <, INE S NIRRT — 2 2 HE
N7 —~y P CERHETIZET N, FICHERO T —2BHICH O
%,
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JRERHC R I N B EE T 7 — X P CRFFICAN I N ERZRE L.

SDV  ( Source Data 3 . . . -
o EEM 2+ 2 F%, FiIcr—ArE=R ) v 70— e LCEBIN
Verification)
%o
ERoEELLEHE LTeXElbEnAZFIEE, 7—% . mHEHEH, £
SOp ( Standard R OERE(LZ HIY XEAL T va A1 EE

Operating Procedure)

—ZY) VT B D& T a2 BT B L BT AR T 2720
ICHWwHN 3,

TREAT-NMD
( Translational

Research in Europe —

Assessment &
Treatment of
Neuromuscular
Diseases)

e E (DMD, SMA 7z &) O ERRERIKRIEA v + 7 —72, FEOL Y
% b &3O Global Core Dataset THUEL L. FIAMELIL. il
feasibility, [EBEIERIABRSIEZ: ¥ 21T 5,

Trial Ready Cohort (b
FATNANLT 4 Ok —
k)

B PR B O FEHEHE G D% o 7= SBE RN, 7 7 b 7 2 TE o TR DS
XN, Bk feasibility T2 HH ) 2 L — M ISERIE R B,

10m #17 /& 17 IR ]
( 10-Meter Walk/Run
Test: 10MWR)

DMD DIREAMELT « IBHRENR 2 5l 3~ 2 EEAFEET v + J1 4, BINEMENT,
SRR, JRBRo TEFHIEH & LAV o D,

ITF 4y MFxv o
(Edit Check)

EDC e 2 AN 7 — 2 024zl 2 HE T = v 7 HKEE.

47"+ 77 b (Opt-out)

M s BT, KRADBAREZERHL 2R FEE B354,

A7+ 4 v (Opt-in)

7 xY (Query)

74
F—ZFHICB T, KADOHHRIFEE 22 R,
T — AABECRIBERERT 2 -0ICRITI N IS,

ESERNIERS AT

BHEE - MARBICH L, ARESEHEIICHEE TN 3 A I REEF T TR

( Conditional Early . . s . T
WIAGRZ A HE & 4 2 W, &% 13X RWD I X 2 BIREE ko 5 3,
Approval)
R < | VYR MY NRERD, EFEROEBEFEEZ LORERML TWE 2% RT
(Representativeness) | &, AMENIEEE S L CoBAMIHMEcERE L 2 5,

TR ==

TR SRS N E R WHEROBLE 2 OREE - BiW T 5 7
ot 2

7 — & YV — & (Data

Source)

RWD DIE#HIEE 3B FALT. L7, LYRAMY, 2T 7 70
K. PRO (BEHET Y F A L) R %2ET, HEEANHICEBWTIX, 20H
Fit & Btk o BR2Sk D S B,
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F =X~ 3T AV b
(Data Management)

BRI PHIRGER IC BT 2 7 — 2 OINEE, AJ). 2V —=v 70 BEE. &
B & o—HoEHER,

7 — £ [EH € (Database
Lock)

FENTHTIC T — X2 N ZEE &2 21F¥, UEOEHEFEHIEE E X, 3KEK
DO T — &2y P& LTHOLNS,

<) R A I (A
(Viltolarsen)

EWNWIOT s Y v - 2%y 7MEH%2H T 5 XMEESEMS, DMD Z2xige L7
SefbfP & BEREE A R <. 1% RWD # w2 3Hi A EH I N T W 3

T T4y 7 REFE

(Pragmatic Elements)

%%V%ﬁ%ﬁ%ﬁﬁuﬂ@kﬂ%%xﬁoﬂﬁﬂﬁﬁn$%ﬁﬁﬁfﬁw
bhb,

Tu ARy T4 TG
(Prospective Study)

HiE IS RZEBI L, BET LTV AL %FHET 5 BIEE.

7'a v 7+ (Prompt)

LLM i AN1 9 2 5 3CPE G R LA R IR E CEET 5,

RV F o~ — 7R
(Benchmark Analysis)

iDL T — X2 v b & DO & @ U CHRE A R)1E % FHl 3 2 T T
ko

~ v F v 7 (Matching)

SAGIN T2 TS 2 720, FrEQBBIL 720 R 23O T 2 #iEH Tk,

X x5 —2& (Metadata)

7T XIEHBEG W ERR LY T4 ﬁﬁi%%}ﬁﬁﬂﬁ“é‘l‘%iﬁo

T=Xx YT

SIRTFZE D (F 22 i 2 REE T 2 7201, ke 7 — & O 1IEGENE - 524
MR - OBk B iEE), the_x ) v b un— AT XY v ICHSE
INnb,

) 227 X — Z (Risk-
based)

Y X 7FHlIC RO wWTE=2 Y v e WEEM 2 &EL T 5E 277,

. AHEEMEICLOREL Y 2LEF L AWHER, EENLZ2ME. =420 v 27
Y 27 (Risk)
B OO,
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