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Legal basis of orphan drug designation

Legislation etc. Corresponding part

PMD Act Article 77-2 Overview of orphan drug
designation system

Regulation for Enforcement Article 251 Upper Limit on the Number
of PMD Act of Patients

PED/MDED Notification All Details of designation
No.831-7 criteria

Please see the following paper.

Orphan drug designation and development in Japan: 25 yvears of experience and
assessment. Nat Rev Drug Discov. 2021
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https://elaws.e-gov.go.jp/document?lawid=335AC0000000145_20210801_501AC0000000063&keyword=%E8%96%AC%E6%A9%9F%E6%B3%95
https://elaws.e-gov.go.jp/document?lawid=336M50000100001_20191214_501M60000100070&keyword=%E8%96%AC%E6%A9%9F%E6%B3%95
https://www.mhlw.go.jp/web/t_doc_keyword?keyword=%E5%B8%8C%E5%B0%91%E7%96%BE%E7%97%85%E7%94%A8%E5%8C%BB%E8%96%AC%E5%93%81%E7%AD%89%E3%81%AE%E6%8C%87%E5%AE%9A%E3%81%AB%E9%96%A2%E3%81%99%E3%82%8B%E5%8F%96%E6%89%B1%E3%81%84%E3%81%AB%E3%81%A4%E3%81%84%E3%81%A6&dataId=00tc5284&dataType=1&pageNo=1&mode=0
https://www.nature.com/articles/d41573-021-00045-3
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Orphan drugs - Designation system

v' To promote R&D on products for rare diseases, aiming to provide the people
with the safe and effective medicines/medical devices as early as possible

Designation Criteria

1. Number of patients (that any of the followings is satisfied)
* Less than 50,000 in Japan
* The target disease is one of the designated intractable disease

2. Medical needs
* For serious diseases with high medical needs
3. Feasibility of development
_Incentives |
Grant-in-Aid for R&D on orphan designated drugs (NIBIOHN*)
Tax deduction for R&D expenses
Priority scientific consultation (PMDA)
Priority review (PMDA)

*National Institutes of Biomedical Premium at drug pricing

Innovation, Health and Nutrition E . f . . iod
Copyright © Pharmaceuticals and Medical Devices Agency, All Rights XtenSIOn O re'examlnathn perIO

Promoting
R&D


https://www.mhlw.go.jp/stf/seisakunitsuite/bunya/kenkou_iryou/kenkou/nanbyou/index.html
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Designated information

[

Name of pharmaceutical
drug with a designation

I

Anticipated indications or diseases the orphan
drug is intended to treat on the designation
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Name of applicant
receiving the designation
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https: //www mhlw.go. Jp/content/ll120000/000752896 pdf

v' Designated information includes “Name of pharmaceutical drug with a designation”,
“Anticipated indications or diseases the orphan drug is intended to treat on the
designation” and “Name of applicant receiving the designation”

v" Orphan drug designation is granted for the combination of drug, indication and
applicant.
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https://www.mhlw.go.jp/content/11120000/000752896.pdf
https://www.mhlw.go.jp/content/11120000/000752896.pdf
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Trend in designation and approval of orphan
drugs in Japan Designated products (343 in total) is counted based on designation from FY2004 to 2020.

Approved products (244 in total) is counted based on approval from FY2004 to 2020.
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New New New
Drug | Drug Il |, Drug lll

Category 2

Cardiovascular Category 3-1 Category 4
Gastrointestina drugs, anti-

| drugs, Parkinsonian
immunosuppre drugs, anti-

ssive drugs etc Alzheimer's
drugs

Oncology

Category 1 e

Central/periph Antibacterial
eral nervous drugs, antiviral
system drugs drugs

Antineoplastic
drugs

Category 6-2 Category 5

Category 3-2

Drugs for Reproductive Category 6-1

Diabetes system drugs,

mellitus, drugs for
Osteoporosis, urogenital

Gout etc system etc

Anesthetic
drugs, sensory
organ drugs,
narcotics

Respiratory tract
drugs, anti-
allergy drugs
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[Others] Office of Cellular and Tissue-based Products, Office of Vaccines and Blood Products
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New
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Each review office responsible tor review, scientific consultation and -
designation of orphan drugs
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Category 3-2

Anesthetic
drugs, sensory
organ drugs,
narcotics

Drugs for Reproductive Category 6-1
Diabetes system drugs, Respiratory tract
drugs, anti-

allergy drugs

mellitus, drugs for
Osteoporosis, urogenital
Gout etc system etc

[Others] Office of Cellular and Tissue-based Products, Office of Vaccines and Blood Products
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Request for
(D designation
consultation

(L

Marketing Desicnation
. . | |
authorization @ consgultation
4
holder 3) Application for
(MAH) designation
(with Application form
A and its attachment)
Notification

\

MHLW

>

Flow for granting Orphan drug designation

*Designation consultation and
Application for designation are

Share
application
document

@Notification of
evaluation result
.

free of charge

4 )

PMDA

Preliminary

(7) Consultation

(9) Advice
<
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>

'Pharmaceutical )
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Flow for granting Orphan drug designation

*Designation consultation and
\ Application for designation are
free of charge

(D designation
consultation

MBI Designation
authorization @ consgultatio .0 .
Share Point 2
LR Application for @) application S ' 4 )\
(MAH) @ designation document

(with Application form

1 and its attachment) @Notification of PMDA
evaluation result
MHLW <

@ Preliminary
evaluation
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In order to expedite each timeline...

o9 o .
w Point 1: For designation consultation

e MHLW carries out a “preliminary check” in order to exclude products that
clearly do not meet the designation criteria.

« MHLW consults with PMDA about eligibility if needed.

e MHLW sometimes recommends MAH to have scientific consultations with
PMDA if the consultations are likely to be helpful to fulfill designation
criteria of “Feasibility of Development”. =»This will bring benefits to both
MAH and MHLW/PMDA.

For MAH: For MHLW/PMDA:

Discussion points will be clarified in Preliminary evaluation of orphan
advance and predictability will be drug designation and regulatory
increased. review will be smoothly conducted.

Copyright © Pharmaceuticals and Medical Devices Agency, All Rights Reserved.
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In order to expedite each timeline...

4.'/ Point 2: For PMDA’s preliminary evaluation

* Once draft of application document is prepared, MHLW checks sufficiency
of explanation in the application document (usually about 30 pages).

1-2 rTonths PAFSC

a\ |~ O M\ S
\ 4 ¥

Within 1 month

MAH=> MHLW:

Application for designation

PMDA: PMDA=> MIHLW : MHLW=> MAH:
Start preliminary evaluation Notify evaluation Notify orphan drug
including preparation of an results designation

evaluation report (1-2 pages)

Copyright © Pharmaceuticals and Medical Devices Agency, All Rights Reserved. 10
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Review timeline for new drugs (priority review)
9 months
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Number of Approvals and Review Periods

# of
Months (92) l New Drugs I approvals
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Target median value New Priority 11 10 9 9 9 9 9 9 9 9 9 9

(Month) Drugs
Standard 19 16 12 12 12 12 12 12 12 12 12 12
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Conclusion

v' Taiwan and Japan are similar in terms of ethnicity
including disease distribution and medical practice.

v If we could deepen understanding of
legislation/regulation and cooperate each other, we
would be able to further promote orphan drug

development and supply in own regions and East
Asia.
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Work together for rapid
availability of drugs with
better quality to people
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