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“Regenerative Medical Products” (RMPs) has been defined                       
under the Act on Pharmaceuticals and Medical Devices (PMD. Act) 
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Approved RMPs in Japan: Key Statistics and Trends
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Fig.1: Approval includes two products that were withdrawn or expired. Figs.2-4: Excludes two withdrawn or expired approvals

Figs.3 and 4: Based on the originally approved indication; indication extensions not considered 
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No. of Clinical Trial Notifications/consultations
No. of initial Clinical Trial Notifications

No. of formal consultations

https://www.pmda.go.jp/files/000271121.pdf
https://www.pmda.go.jp/files/000265314.pdf

The number of initial CTNs and consultations were increased dramatically when the PMD. 
Act was enacted, and they have remained constantly high for the last decade.
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Regulatory Reform in 2014

2014

These two acts were promulgated in November 2013 by the Japanese
Diet (Parliament) in line with the Regenerative Medicine Promotion
Act in order to reform the pharmaceutical and medical regulation related
to regenerative medicine.

Enacted on 25 November 2014

Safety

Act

PMD

Act

The Act on the Safety of Regenerative Medicine

Revision of the Pharmaceutical Affaires Law: 

The Act on Pharmaceuticals and Medical Devices 
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Two Acts Regulating Regenerative Medicine in Japan

Regenerative Medicine

All medical technologies using 
processed cells which safety and efficacy 

have not yet been established

The Act on Pharmaceuticals 
and Medical Devices

Production and marketing of 
regenerative and cellular 

therapeutic products by firms

The Act on the Safety of
Regenerative Medicine

Medical Care or Academic Research Purpose Commercial Product Marketing Authorization Purpose

Safety

Act

PMD

Act

Technology & Product
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Conditional and Time-limited Approval Scheme
(CTL Approval Scheme)

Modified from Maruyama et al., Adv Exp Med Biol, 1430, 155-179 (2023) 

Market/Use
Evaluation under the 
approval conditions

(Confirmation of efficacy and 
further safety)

Collection of 
clinical data 

(Estimation of 
efficacy, ensuring 

of safety)

Approval
Market/Use
Use results 
surveys

R
e
-a

p
p
lic

a
tio

n
 

w
ith

in
 th

e
 

s
p
e
c
ifie

d
 p

e
rio

d

C
o
n
d
itio

n
a
l/T

im
e
 

lim
ite

d
  a

p
p
ro

v
a
l

Confirmatory data collection 
of use results, long term 

performance, etc.

Implementation of PMS study 
under Approval Condition 

C
lin

ic
a
l 

re
s
e
a
rc

h

Collection of clinical data 
(Confirmation of efficacy and safety)

Approval
Market/Use
Use results 
surveys

C
lin

ic
a
l 

re
s
e
a
rc

h

A
u
th

o
riz

a
tio

n
 

a
p
p
lic

a
tio

n

A
u
th

o
riz

a
tio

n
 

a
p
p
lic

a
tio

n

[Conditional Time-limited approval scheme]

[Conventional approval scheme]

Development 
of appropriate 

use criteria 

Plan for PMS study
under Approval 

Condition

Expiration of 
CTL Approval

R
e
-e

x
a
m

in
a
tio

n
 

a
p
p
lic

a
tio

n

R
e
-

e
x
a
m

in
a
tio

n
 

a
p
p
lic

a
tio

n



Copyright © Pharmaceuticals and Medical Devices Agency, All Rights Reserved.

Orphan Designation

1. Number of patients (< 50,000 patients in Japan or one of the designated intractable diseases)
(in Japanese)

2. Medical needs (Serious diseases with high medical needs)

3. Possibility of development

• Criteria for designation

• Incentive (underlines; PMDA-related)

• Objective

To promote the R&D of the products for rare diseases to provide the patients 
with safe and effective products as early as possible

• Grant-in-Aid for R&D of orphan designated drugs
• Tax deduction for R&D expenses
• Priority scientific consultation
• Priority review (9 months; compared to 12 months for standard)

• Premium drug pricing
• Extension of re-examination period

Notification in English: https://www.pmda.go.jp/files/000268408.pdf

https://www.mhlw.go.jp/stf/seisakunitsuite/bunya/kenkou_iryou/kenkou/nanbyou/index.html
https://www.mhlw.go.jp/stf/seisakunitsuite/bunya/kenkou_iryou/kenkou/nanbyou/index.html
https://www.mhlw.go.jp/stf/seisakunitsuite/bunya/kenkou_iryou/kenkou/nanbyou/index.html
https://www.mhlw.go.jp/stf/seisakunitsuite/bunya/kenkou_iryou/kenkou/nanbyou/index.html
https://www.pmda.go.jp/files/000268408.pdf
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SAKIGAKE Designation

1. Innovativeness - New mode of action (in principle)

2. Severity of target disease - Life-threatening or no curative therapies available

3. Prominent efficacy - No existing therapies, or probable significant improvement in  
efficacy or safety compared to existing therapies

4. Plan/System - Submit the Marketing authorization application (MAA) in Japan first or at the same   
timing (within 3 months) as the first MAA submission in other regions

• Criteria for designation

• Incentive (underlines; PMDA-related)

• Objective

To put innovative products into medical practice faster in Japan

• Concierge service offered by senior review partner
• Priority scientific consultation
• Pre-assessment in consultation
• Priority review (6 months; compared to 12 months for standard)

• Premium drug pricing
• Extension of re-examination period

Notification in Japanese: https://www.pmda.go.jp/files/000240376.pdf

https://www.pmda.go.jp/files/000240376.pdf
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Where to Find Information?
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Thank you for your attention!
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