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Evolving Acceptance and Use of RWE for
Regulatory Decision Making on the Benefit/
Risk Assessment of a Drug in Japan
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History of Regulatory Initiatives in Japan for the utilization of
RWD/RWE in the benefit/risk assessment of a drug.

Initiation of scientific
advice on pharmaco-

epidemiological
studies (Nov. 2017)

Conditional early
approval system

R

Initiation of scientific advice

on registry data-based

studies (Basic, planning,
reliability etc.) (Apr. 2019)

Starting MID-NET ®

operation (Apr. 2018)

Initiation of scientific
advice on database-
based studies (Basic,

reliability etc.) (Dec. 2020)

2017

2018

2019

2020

More

i
Enforcement of GPSP
amendment (Apr. 2018)

F Yy ﬁ
Amendment of the
act (Dec. 2019)

guidelines

coming !

Basic Principles on
utilization of medical
information databases
on pharmacovigilance
at post-marketing stage
(Jun. 2017)

Points to consider for
ensuring the
reliability of post-
marketing database
study for drugs

(Feb. 2018)

Q&A on points to
consider for ensuring
the reliability of post-
marketing database
study for drugs (Jun.
2019)

Basic principles in
conducting a validation
study on outcome
definitions used for post-
marketing database
study (Jul. 2020)

Guideline on pharmaco-
epidemiological study for
drug safety assessment based
on medical information
database (Mar. 2014)

Content and format of
a study protocol for
post-marketing
database Study

(Jan. 2018)

3

Procedures for
developing post-
marketing study plan
(Mar. 2019)

Basic principles on utilization
of registry for applications
(Mar. 2021)

Points to consider for
ensuring the reliability in
utilization of registry data
for applications (Mar. 2021)

{ Proactive efforts to promote RWD/RWE-based drug assessment in Japan

Nishioka K., et al. Clin Pharmacol Ther. 2021 doi:10.1002/cpt.2410
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Inappropriate Uninterpretable

Reliable Data X

_analysis results
Unreliable X Appropriate — Uninterpretable
Data | _analysis | results
i Appropriate —_— Interpretable
.‘\Rellable Data | X _analysis o _results

-

RWE anly contributes to requlataory decision-making
when bath factars are fulfilled.

Nishioka K., et al. Clin Pharmacol Ther. 2021 doi:10.1002/cpt.2410
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ﬂ : MID-NET®: WA BEIZE TS X
PN  ROYDUIWEGSAFLES LMD EDBIE  mio-ner

c MAARIERERDEZFIZG-CSFRARZIR S LR ImM/MREADVIZET S
BlI{ERAERSEMNETE

« MAAFIZEEZEELEZEZ DN, G-CSFELF|M/MMREDEDREEEER
St 9 571=8 . MID-NETZ ;& FHL7=Nested case controlFi&E % E}fE

r—X avkA—IL A X FEAYXHE 01 1 10 100
No G-CSF prescription 586 5,254 1 (reference) 1 (reference)
Pegfilgrastim prescribed 14 50 469 (1.85-11.9) 4.58 (1.81-11.6) ——
On the ID 1* 0 0 incalculable incalculable
The day before ID 0 <10 incalculable incalculable
2-7 days before ID <10 38 7.68(2.02-29.1) | 7.40(1.95-28.1) | —_—
8-14 days before ID <10 <20 3.15(0.79-12.6)  3.12(0.78-12.4) ‘e

* [ /VER3E 4> Grade 3 or higher cases (platelet counts <50 000/mm3)(CTCAE ver4.0)
https://www.pmda.go.jp/files/000234446.pdf
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heafx Y2z M . 0.80 0.84
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— __OT - S 5
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WEZHAEHETER
10 Pharmaceuticals eI Medical Devices Agency



'ﬂ'nda NDB:/NJLYIILFVEED EFFUN A= NDB

Pharmaceuticals and Medical Devices Agency

ﬂpen
Data x
Japan @

0LL 110,000
o> - 10,0005) 20,0004 D — 2 55
m /\ ) l/-lj- ) LQQ@E 0) % ﬁé—é 20,000%) F30,0007 n——— 1 001
%h‘s/ull‘iq:%go)N — I\D ‘/ 30,0001 40,0007 e — 1 722
= — 40,0002) £50,0007 I —————— © 50
s 50,0005) 60,0001 —— 1 607
)(9:)1/7\/75\@ Hj é*l, 60,000L) 170,000 M. 504
-~ 70,0002 £80,00044 mmm—. 537
E T J‘IX 80,000L1 90,0004 m— 655
8 90,0000 1100000  m—s4
B 28 _- B2 488 = :|:1ﬁ 0) 7',. &)‘ § = 100,000 110,000 mm—— 764
1= El/ = A i 110,00011 F120,000%i% B 66
*EMﬁE%ﬁHj 5 120,00051 130,000 1 32 /% \
-EE 130,0008/ 140,000 1 35 N2
BE 140,00081 £150,00045% 1 37 l£ Hqi' <

150,00014 +-160,000%i% 1 29 9 nﬂ FEﬁ W Th Hix %*ﬁ

160,000 F170,0005%0 ;? ﬂ. =
51 BUFREKED BEHE ) DTS ROTHYH B S L

180,000%4 F190.000% | 21 . (o)
LREDE) DRIFLTR (mg) 190,00054 1:200,00045% 1 45 98 A)O)lu‘%'iij‘i\1ﬁi

4,625

A

Em?ﬁ%ﬁ THiE i " B 200,0005L .—.210:000*;#1 33 %TEE%E?%TL‘%L
ik 9 koo i 5 =1
EEE2) | (matm | oozt e\ 5 580D BB A /
220,000 £370,00045 | 14
7 33047 33,600 0 500 1000 1,500 2,000 2.500 3,000 3,500 4,000 4,500 5000
10823 (3462585) |  (10.080-51.920) 4 a0
EBEE (M)

1BH=YDFERZE (mg) LA B (B ZFRELT M1 2SVH L2 g TAA] OBBLT &7 L — TR OBESR
RHELAFEZEH

https://www.pmda.go.jp/files/000241342.pdf
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'ﬂ'nda ICH: GAP Analysis

RWDDERCEY S &MHADHTA RS > DL

Number of guidelines published by

Number of Number of

Protocol format 5 9 1 2 0 2 1 1 2

Purpose of RWD/RWE utilzation 5 9 4 2 1 1 1 0 0
General princlples on study plan 4 9 2 1t 0 2 1 0 3
Methodology 4 8§ 2 2 1 1 0 0 2
Datareliabiity 4 9 3 1 0 3 1 0 1
Reporting format | 3 4 0 1 0 1 0 1 1
Validaon 3 4 1 1 0 1 0 0 1
Glossary 2 4 3 0 1 0 0 0 0

RWDDEAICEET 5ZLDrEYIIZDINT,
FEHROMEIZSWNTERICHAAIRSAURER SN TLNVS,
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) IC H Dated 3 November 2021

harmonisation for better health

ICH ASSEMBLY “VANCOUVER” VIRTUAL MEETING
AGENDA

Wednesday 17 and Thursday 18 November 2021

Wednesday 17 November 2021 — 13h to 15h Geneva time

Opening of the ICH Assembly Meeting

Welcoming remarks from the ICH Assembly Chair Ms. Lenita Lindstrém-Gommers - EC. Europe, and ICH Assembly
Vice-Chair Dr. Celia Lourenco - Health Canada. Canada.

9.20. M14 informal WG: General principles on planning and designing pharmacoepidemiological
studies that ufilize real-world data for safety assessment of a medicine (informal WG Leader: Dr.
Moeny — FDA, United States; Regulatory Chair: Dr. Kajivama — MHLW/PMDA, Japan)

» The Assembly 1s invited to note the status of establishment of the M14 informal WG.

https://admin.ich.org/sites/default/files/2021-11/ICH43 Assembly Agenda VirtualMeeting 2021 1103.pdf
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