TR SIS ERETI 88 77 b Il B o 5

JAPAN

NEW YORK
a%—)'msumi & Sakai Newsletter =

BRUSSELS
HO CHI MINH

2025128118

No.LFS_005

U7ZIT—I)L R5F—% (RWD) DOEFHFERUZ2MRNADFIEHH

HEE  FEL EAAKED

I. [XUSIC

SHESR (CEERERKSEFEOWEE AN, U7ILD—ILRST—4 (RWD) *DESEH
ARUOLEMRADHERNBEIL SN, SE1RICARSINC [ERESHESIECEID &
DEED] [CLDE BEEHBAOHMERCEHLTCERE. TRSYT - STOPRSYT - OXBHEIC
BT TZRIRIRIR - ARFIRBEOEME] (CRFTTHEO—DEREBEINTED. [S24 AMELEEEER
(CRDEERIEST > AOEEM(CEBRUSERD. SR CAT TR R EHEZ AT (C.
ERIRFFEODIRILICEET DL D] ARHBHORMIERORENRESN. 5. TERRA
DOFFERICEALTE. [EXERFORBEENRUZEMROME] [CEIFZHIGD—D BIEEN
THED. TUTIILT—ILRT—FZFERL. KDOKRBEOFFEZEMLUIZD. HFZEREFERLT
WBBEEFERLULTWVRWBEZILE I DHEZRMUIZD IS EERATHD] £UT T
ZILD—=IL RF =S DH(C L DBEBF(HMEMAMRBEHEDERBENBIEETH D Z EZMIEET ] D
Tz, HHHRBROMIBROREN RESNZEDTHD.

12, EBRBAORWDOFERICEUTE., REEDEESEFERICDOVLT., [EEROFKRPRE
(CHNWTEE - ZeMOHMmERHIEERRERKE (5245 AMELLEERER) ZiRH I B ENRA
THD. RWDDHIHCKDEFFEERDDINETR] EOBENSD., BEMERICBULT., OARN

' EEm, EREESREORE. BYHERULZEMOERECET EEEDO—EZtUET 23R (B 7 536 37
5) o RWD DOFESHFEDOFERE. E14RE3E F23%D2D5E3IERUE 23 KD 25 F 3HIC. RWD DEE
MRADFERIE, E14KDA4E5IAE, B3RO 2D IHE4TERVE 23 %D 29 L 4HCENTNBEFRT D,

2 [EHSEEHIESUECRE IR ENFEED] [CHBNT, RWD (F, TEERROBRECBVLTIEENZ. BEEOERBRORE
FRIREECERIER. AREBEDOREM - BMMOMAICERTE3BFNT —4F] LHASNTNS.


https://www.aplawjapan.com/professionals/iku-sasaki
https://www.mhlw.go.jp/content/11120000/001371285.pdf
https://www.mhlw.go.jp/content/11120000/001371285.pdf
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https://www.pmda.go.jp/rs-std-jp/cross-sectional-project/0021.html
https://www.pmda.go.jp/rs-std-jp/standards-development/guidance-guideline/0008.html
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https://www.jpma.or.jp/information/evaluation/results/allotment/CL_202505_KT9.html
https://www.jpma.or.jp/information/evaluation/results/allotment/eo4se3000000bjin-att/CL_202505_KT9.pdf
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Table 1 Recent examples of RWD,/RWE utilization as an EC for drug approval in Japan

Case Approval Non-proprietary
No. Month/Year name Indication Source of RWD/RWE Types of EC Status
| Jun 2019 Defibrotide Hepatic veno-occlusive Data of foreign patients with VOD Standard QOrphan drug
sodium disease (VOD) based on the historical medical of care
records of trial sites (n=327.
Data of Japanese patients with VOD
enrolled in the transplant registry
unified management program in
Japan (n=107")
Il Sep 2019 Cerliponase MNeuronal ceroid Data of foreign patients with CLNZ Standard QOrphan drug
alfa (genetical lipofusciosis type 2 enrolled in the patient registry for of care
recombination) disease (CLNZ) neuronal ceroid lipofuscin (n=497
[]] Mar 2022 Olipudase Acidic sphingomyelinase  Data of foreign pediatric patients Standard QOrphan drug
alfa (genetical deficiency (ASMD) with ASMD in the prospective of care
recombination) clinical study for collecting natural
history data of ASMD patients
(n=145).
Note: Additional data from placebo-
controlled trial in adults including
Japanese patients were also
available
v Mar 2022 Pertuzumab Unresectable advanced  Data of Japanese patients with Standard -
(genetical or recurrent HER2- unresectable advanced or recurrent of care
recombination)/ positive colorectal HERZ2-positive colorectal cancer
Trastuzumab cancer that has enrolled in the patient registry
(genetical progressed after cancer  for advanced solid tumors having
recombination) chemotherapy specific genetic abnormalities
(SCRUM-lapan) (n=5%
v Jun 2022 Vosoritide Achondroplasia (ACH) Data of foreign pediatric patients Standard Orphan drug
(genetical prior to epiphyseal with ACH in the clinical study for of care
recombination) closure collecting natural history data of
ACH patients (n=1,329).
Note: Additional data from placebo-
controlled trial in pediatrics
including Japanese patients were
also available
Vi Sep 2022 Selumetinib Plexiform neurofiboromas  Data of foreign patients with NF1 Standard Orphan drug
sulfate (PN} in patients with who have PN enrolled in the clinical of care
neurcfibromatosis type  study for collecting natural history
1 (NF1) data of NF1 patients (n=927
Vil Aug 2023 Trastuzumab Unresectable advanced  Data of Japanese patients Standard Orphan drug
deruxtecan or recurrent HERZ2 with unresectable advanced or of care
(genetical (ERBB2) mutation- recurrent HER2(ERBBZ) mutation-
recombination) positive non-small positive NSCLC enrolled in the
cell lung cancer patient registry for advanced lung
(NSCLC) that has cancers having specific genetic
progressed after cancer  abnormalities (LC-SCRUM-Japan)
chemotherapy (n=140%
Vil Jan 2024 Lonafarnib Hutchinson-Gilford Data of foreign patients with HGPS Standard Orphan drug
Progeria Syndrome enrolled in the international patient of care

(HGPS) and the
processing-deficient
progeroid laminopathies
(PDPL)

registry of the progeria research
foundation or identified in the
literature and the publicly available
database (n=173%

SCRUM-Japan: cancer genome scraening project for individualized medicine in Japan. *Shown as the number of patients included in analysis.
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HH : Asano, et.al, “PMDA Perspective on Use of Real-world Data and Real-world Evidence as an External

Control: Recent Examples and Considerations.” Clinical Pharmacology and Therapeutics, Vol.117 No.4 (April
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https://ascpt.onlinelibrary.wiley.com/doi/10.1002/cpt.3540?af=R
https://ascpt.onlinelibrary.wiley.com/doi/10.1002/cpt.3540?af=R
https://ascpt.onlinelibrary.wiley.com/doi/10.1002/cpt.3540?af=R
https://www.pmda.go.jp/files/000239821.pdf
https://www.pmda.go.jp/files/000274653.pdf
https://www.pmda.go.jp/files/000239820.pdf
https://www.pmda.go.jp/files/000239820.pdf
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https://www.mhlw.go.jp/content/10601000/001512457.pdf
https://www.mhlw.go.jp/content/10601000/001512457.pdf
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https://www.pmda.go.jp/files/000246176.pdf

TSR I BT 44
HU. BHEEREURIZLLEUEER. URTEFENRHSNIZEDICENWITNEERRENER
DIEFCTERMMEERAH THD . EEMNRIBENEYCEBESNTLZZ ENERSNZ LERASN
TL\D,

[ZEMRIEENRTA] (CENDTND [BRERERETOA MRLI>OEEH (FLEET
S R=2RIRE) | ([F ANRILZZHAICDNT, 2019F6H 1883 T DOERFIREFIBIRDTIET
(CKD. BERESNTVWEHEEDBHAERERE (30 < eGFR" < 60) \DIRSMEIRELRDTE
ETB. IRBEEFBROBETICLDRERICHITDIRHEZHNT D EZEMIC. MID-NETZE
AU CERETRIERDRHAICH 17D A ML D BEIDNS RERUEEE TS R —2 XDFEBIRTZH
BURR., SEIREX ML REOLZEME(CSHTTIERRZ(ERD SN oz, CORERR
ZERBFEED—DEL. ARIOHEIEFERCH T DIBRIEHNRURRIRROBICEOE=Y I T%
S|EHiEMin g 2 CZAR(C. BEERTUREHMEL CLWEEERU X VEESTE(CEDE
MDOYURTR/IMEBEBZAE L UTEUXRIRWEHIBTUZ LERBASNTND ',

CRIEIBRZE2MS T FILORL - s8fb] (F. BEEER AENREE) MUASSNEBECS
T37 0 bAOA (OFFEEERE. OBHEERE. OmMIKRE. @Tft (FBMEMAD) (A AY—
H—FDRKRRBEEDOERE) OFRRE, WRERBMLS SNIEBE(CHITDT7 D MIALADFER
REMRTDIAE. [BHREUSTFIVEZIUST] [CHATDEDTHD. [STFILiRH]
(F. IS HEERHE. BoAGRHENRUMFHFGHENER SN IHEIRDSEEREMR. LU
(CHEEINERMODEEZZ TICHEMRDSEERRZWNREL. [2TH)LEt] & BRRE
MO FIVEZIY ST CENWTTHARRERLRBEESZRICDOVT, BHFREREE(CLDREMDE D
FILDBRCERH SN TVDEERENRE L TLD,

3. ARmBCHIIDRIERTET —IN—HEDOEMIAR

BEEHBORICRWDZ AWM ERN M SN 2mB (C DLW T RIERTHARH B4 (C&ET
UERIFRDESEDTH D,

el ;552000 EREFTHAHE - EREESRER [MIRELZEWR(CHEDVI7ILT—IL BT —5DiER ]
D188

0 HEREKERASZE (eGFR[mL/min/1.73m2])
" [EEERT —IRX—ADERBEDIEHDOMRHIHF E U TOEDIEA | PMDA ERl 7 BESE,
2 ZHil (& PMDA @ [BEARZEMUS D FHILEZSFU T OB+ hESBUTIEEZL,



https://www.mhlw.go.jp/content/10601000/001512457.pdf
https://www.mhlw.go.jp/content/10601000/001512457.pdf
https://www.pmda.go.jp/files/000268256.pdf
https://www.pmda.go.jp/safety/surveillance-analysis/0049.html
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https://www.aplawjapan.com/application/files/4317/6067/7926/Newsletter_LFS_001.pdf
https://www.aplawjapan.com/application/files/4317/6067/7926/Newsletter_LFS_001.pdf
https://www8.cao.go.jp/iryou/studygloup/index.html
https://www8.cao.go.jp/iryou/studygloup/index.html
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