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In Japan, a drug can receive orphan drug designation by MHLW (Minister of Health, Labour and Welfare) 
if it meets the following criteria:

1. Number of patients

The drug should be used to treat, prevent or diagnose a rare disease. In japan a rare disease is the 
one affecting less than 50 000 people in the country. Which corresponds to less than 3.9 per 10,000 
individuals.

2. Medical needs

The drug should be indicated for the treatment of serious diseases, including difficult-to-treat 
diseases, or diseases with high unmet medical need, for which there is no appropriate alternative drug 
or treatment

3. Possibility of development

There should be a theoretical rationale for the use of the drug for the target disease, and the development 
plan should be appropriate.

 � For example, in the case of application for an orphan drug, the possibility of development should be 
explained based on existing non-clinical and clinical data, in the latter half of the phase I studies or 
in the first half of the phase II studies except when the product has already been approved overseas 
or sufficient clinical study data are available. 

What is the Definition of an Orphan Drug in Japan?
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Who are the Players of the Orphan Drug Designation System in Japan?
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MHLW holds jurisdiction over the Pharmaceutical Affairs Law and the MHLW makes orphan designation
decisions on a case-by-case basis. The decision is based on the opinion of the Pharmaceutical Affairs and 
Food Sanitation Council (PAFSC), who reviews the scientific report prepared by the Pharmaceuticals and 
Medical Devices Agency (PMDA). As with other regulatory submissions, Japanese data are considered 
to be of most value and the application for orphan designation must be in Japanese.

MHWL: Ministry of Health, Labor and Welfare
PMDA: Pharmaceutical and Medical Device Agency
NIBIO: national Institute of Biomedical Innovation

 � Designation and approval of 
orphan drugs

 � Pre-designation 
consultation for orphan 
drugs

 � Payment for the operational 
cost of NIBIO

 � Policy making related to 
designation and approval of 
orphan drugs

 � Measures against 
intractable diseases, such 
promotion of research and 
reduction of co-payment of 
medical fees

 � Support MHWL’s conclusion 
for orphan designations by 
providing prior assessment 
reports

 � Priority scientific consultation 
for marketing authorization

 � Priority review of orphan drug

 � Subsidy payment of the 
applicant

 � Accreditation for research 
expenses to be used by the 
applicant

 � Provision of guidance and 
consultation to the applicant

Collaboration

Collaboration

MHLW PMD

NIBIO
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A sponsor may request for an orphan drug designation (ODD) at any time during the drug’s development 
process and prior submitting a marketing application for the drug for the same rare disease or condition.

The Orphan Drug Designation Process includes a consultation phase and an evaluation phase.

Phase 1: Consultation for designation

Preparation for designation consultation

1. Application for consultation          

Applicants should submit a consultation application to the administrator of the orphan drug  designation 
at the Evaluation and Licensing Division, Pharmaceutical and Food Safety Bureau, MHLW.   
               
Applications should be sent by post or fax. Use of the Application Form for Orphan Drug (Attachment 1 
(pdf:109KB,Word:39KB)) is recommended. 

2. Arrangement for the consultation date        

The date of consultation will be notified by the administrator of the orphan drug designation via 
telephone, fax or e-mail as soon as possible after the application for consultation is submitted.

Designation consultation

 � Consultation for application for orphan drug designation should be held before the application for 
an orphan designation.

 � Consultation should be held at the Evaluation and Licensing Division, Pharmaceutical and Food 
Safety Bureau, MHLW. In general, the consultation will be provided in a 30-minute session.

The documents necessary for the application for designation should arrive no later than 1 week before 
the day of consultation and they are reviewed during the consultation meeting.

What is the Process for an Orphan drug designation (ODD) in Japan ?

Phases of Designation Consultation

MHWL

Submission of the 
application for the 

designation consultation

MHWL

Arrangement for the 
consultation date

MHWL

Designation Consultation
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Phase 2: Evaluation of the Designation

� The original and a copy of the application for designation should be submitted to the Evaluation
and Licensing Division, Pharmaceutical and Food Safety Bureau, MHLW after the consultation if
no specific problems are identified. The application will be accepted when it is complete with all
necessary documents. Incomplete applications cannot be accepted. The application will not be
accepted when the product fails to satisfy the designation criteria.

� The Evaluation and Licensing Division, Pharmaceutical and Food Safety Bureau, MHLW will review
an orphan drug designation after receiving the application for designation.

� If a designation can be determined, Pharmaceutical Affairs and Food Sanitation Coucil (PAFSC) will
be consulted.

� A designation will be granted in principle if the First or Second Committee on New Drugs of PAFSC
approve the designation.

� The designation notice will be sent to the applicant after all the procedures are completed. The
designation [the name of drug (ingredient), expected indication(s), name and address of applicant and 
date of designation] will be published in a government gazette as a MHLW Ministerial Notification.

Phase of Evaluation for Designation

MHWL

Submission of the 
application for 

designation

First or second 
committee on 
New drugs of 

PAFSC*

Committee on 
Medical Devices 

and in-vitro 
diagnostics of 

PAFSC*

PAFSC*: 
Pharmaceutical Affairs and Food Sanitation Council

Request to 
Preliminary evaluation

PMDA’s 
opinion

Drug

Medical Device

MHWL

Review of 
eligibility for an 

orphan drug/
medical device 

designation

PMDA

Preliminary 
evaluation of 

eligibility

MHWL

Designation
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What is the Content of Application for an Orphan Drug Designation (ODD)?

Section of the 
application form

 Description

1. Application Form
for Orphan Drug

� One original and two copies to be submitted to Evaluation and Licensing
Division, Pharmaceutical and Food Safety Bureau, MHLW

2. Attachments to
the application

� Data on the number of patients: Objective statistical data on the
number of patients in Japan for whom the drug should be indicated.

� Data on medical needs:
 D Data on the diseases such as etiology and symptoms
 D Data on the current status such as availability of similar drugs and

treatment
� Data on the theoretical rationale for the use of the drugs Related data

in a draft dossier of application for marketing authorization, which is
available at the time of application for orphan drug

� Development plan (data on the possibility of development), including
the current development status, expected test items, duration of the
study and necessary expenses.

� A Summary of the Orphan Drug for the Committee meetings and
publication
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What are the Incentives of Orphan Drugs in Japan?

Incentives  Description

Financial incentives Subsidy Payment
� Orphan drug applicants can receive subsidies through the National

Institute of Biomedical Innovation (NIBIO) to reduce the financial burden
of product development. (The total budget for financial year 2010 was 650
million yen.)

Preferential Tax Treatment 
� Twelve percent (12%) of study expenses for orphan drug incurred during

the NIBIO subsidy payment period (not including subsidies granted by
NIBIO) can be reported as a tax credit.

Guidance and 
Consultation

� Orphan drug applicants can receive guidance and consultation from the
Ministry of Health, Labor and Welfare, the Pharmaceuticals and Medical
Devices Agency (PMDA), and NIBIO on research and development
activities.

� PMDA provides a priority consultation system for designated orphan
drug.

� Lower user fee categories for PMDA’s consultation are applicable to
designated orphan drugs (about 25% discount)

Priority Review � Designated orphan drugs are subject to priority review for marketing
authorization to ensure that they are supplied to clinical settings at the
earliest possible opportunity.
Non-orphan drug : 12 months
Orphan drug : 9 months

� Lower user fees are applicable to review for marketing authorization of
designated orphan drugs (about 25% discount)

Extension of re-
examination period

� After orphan drug designation and approval, the re-examination period
for the drugs can be extended up to 10 years for drugs
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What are the Differences between ODD in USA ,Europe and Japan?

Feature Europe USA Japan

Key Drug 
Legislation

� Regulation EC No
141/2000

� Regulation EC No
847/2000

ODA Article 77-2 of the 
Pharmaceutical Affairs Law

Medicinal 
products 

Yes Yes Yes

Medical Devices No HUDs Yes

Key designation 
criteria

� Intended for
the diagnosis,
prevention, or
treatment of a life-
threatening

OR

� chronically 
debilitating 
condition in < 5 in 
10,000

� Affects less than
200,000 persons in
the USA

OR

� affects more than
200,000 in  the USA
and for which there
is no reasonable
expectation that the
cost of developing
and making a drug
for such disease
or conditions will
be recovered from
sales in the USA

� The number of patients
who may use the drug
should be less than
50,000 in Japan.

� This drug should be
indicated for the
treatment of a serious
disease, with high
unmet medical need (no
appropriate alternative
treatment or expected
higher efficacy or safety)

� Theoretical rationale
for the use of the
product for the target
disease, and appropriate
development plan.

Review Period Maximum of 90-day 
procedure

Review cycle typically 
90 days

None specified

Bodies involved 
in designation 
procedure

EMA-COMP EC FDA OOPD � MWHL
� PASFSC
� PMDA

Incentive � Market exclusivity
� Protocol Assistance
� Free Reductions
� Centralized

Procedure
for marketing
authorization

� Market exclusivity
� Tax credits on

clinical research
� Protocol assistance
� Orphan Products
� Grant Program

� Subsidy payment
� Guidance and

consultation
� Preferential tax

treatment
� Priority review
� Extension of re-

examination period

Public 
information

EC/EMA webpage OOPD Website Government Gazette
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• MHLW Website Overview of Orphan Drug/Medical Device Designation System. [(accessed

on 31 May 2019)]; Available online: https://www.mhlw.go.jp/english/policy/health-medical/

pharmaceuticals/orphan_drug.html.

• NIBIOHN Website. [(accessed on 31 May 2019)]; Available online: http://www.nibiohn.go.jp/nibio/

part/promote/files/orphan%20drug%20E.pdf.

• NIBIOHN Website. [(accessed on 31 May 2019)]; Available online: http://www.nibiohn.go.jp/nibio/

part/promote/files/orphan%20regenerativemedicine%20E.pdf.
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About Global Regulatory Partners, Inc

Global Regulatory Partners Inc, (GRP) provides regulatory affairs, clinical, quality and safety services to 
medical devices and pharmaceutical companies globally. As a qualified and licensed legal representative 
with offices in USA, China, Japan, Brazil, Mexico and Argentina, the company can represent life science 
companies in those countries and help them register their products in compliance with local regulations 
and in record time.

Dr. Suzan Davis
President and CEO, Global Regulatory Partners, Inc

Suzan Davis is the Founder, President and CEO of Global Regulatory Partners. 
Inc, (GRP), which provide regulatory affairs, clinical and quality services to 
pharmaceutical and medical device companies globally. She led GRP since 
its inception in January 2010. Suzan has more than 25 years of experience 
in providing regulatory affairs strategy, registering drugs and biologics, 
including Orphan Drugs, with FDA and in international markets, managing 
global products’ development programs and conducting quality audits.

Before GRP, Suzan assumed many leadership and executive responsibilities in small and large 
pharmaceutical and biotech companies, such as GSK, Pfizer, Genzyme, EMD Sereno, Takeda, Merk, in 
United States and international markets as well. Suzan received a Pharm.D from pharmacy college 
(Université Paris 1 Panthéon-Sorbonne) in Paris, a Master in Regulatory Affairs (MRA) and an Executive 
Master in Business Administration (EMBA) from Northeastern University in Boston. She is also certified 
as a quality auditor, certified in US regulatory affairs, European regulatory affairs and international 
Regulatory Affairs.
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Brazil

Avenida Frei Caneca, no. 486
Bairro Nossa Senhora das
Graças
Uberlândia-Minas Gerais
(MG)
CEP: 38402-282
Telephone:
(+55) 34-3235-1971

Japan

Toranomon 
40MT Buildings 7th 
floor
Minato-ku, Tokyo, 105-
0001 Japan
Telephone: 
(+81)-3-4530-9824

China

Hang Seng Bank Tower 9F
No.1000 Lujiazui Ring 
Road,
Pudong District, Shanghai, 
200120
Telephone:
(+86) 021-517-27278

Mexico

Lake Alberto 442 – 
5th floor
Tower A – Office 509
Col. Anahuac 1st 
Section
Delegation Miguel 
Hidalgo, C.P. 11320
Telephone: 
(+52) 55 7312 4169

Address: 
550 Cochituate St, East Wing, Suite 25, Framingham, 01701, MA

Email: 
info@globalregulatorypartners.com 

Website: 
www.globalregulatorypartners.com

Telephone: 
781.672.4200

Corporate Office


