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Approval time is calculated from the date of submission to the date of approval by the agency. This time includes agency and
company time. EMA approval time includes the EU Commission time. N1 = median approval time for products approved in 2020;
(N2) = median time from submission to the end of scientific assessment (see p.20) for products approved in 2020.
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Figure 2: NAS approval time for six regulatory authorities between 2011-2020 © 2021 CIRS, R&D Briefing 81
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Approval year
Approval time is calculated from the date of submission to the date of approval by the agency. This time includes agency and
company time. EMA approval time includes the EU Commission time.

In 2020, FDA had the shortest median approval time (244 days), which is likely to be due to the wide use of FRPs. This
was followed by Health Canada (306 days), PMDA (313 days), TGA (315 days), EMA (426 days) and Swissmedic(470 days)
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NAS median approval time by review type for six regulatory authorities in 2016-2020
Figure 4: NAS median approval time by review type for six regulatory authorities between 2016-2020

~ $=Standard = Expedited © 2021 CIRS, R&D Briefing 81
g 600

m

Z 500 431.(371) N'."'p
@ 365 (265

£ 400 Ei ) 335(279) 344 (343) .

8 300 ;

2 g Tg - ;'
2 200 e >. .\l-I-gl

(=8

% FDA ealth Canada Swissmedic
@ 0

=

‘Expedited review” refers to EMA ‘Accelerated Assessment’, Swissmedic ‘Fast Track’ and FDA/PMDA/Health Canada/TGA ‘Priority Review’.
TGA introduced an expedited (priority) review programme fn 2017. Approval time is calculated from the date of submission to the date of
approval by the agency. This time includes agency and company time. EMA approval fime includes the EU Commission time. N1 = overail
approval time for 2020; (N2) = time from submission until the end of scientific assessment (see p.20) for 2020.
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of New Medical Products: The [ ol

However, in carrying out horizon scan-
RegUIatory c ha I Ienge ning, it is natural to extrapolate from our

expericnces in the past, and this may restrict

. . g . . - ¥ - . o l s ] - N s
Masafumi Shimokawa', Daisaku Sato™, Rika Wakao® and our vision. Thus, there is a compelling need
- " :
Hiroyuki Arai

for a more systematic and evidence-based
methodology for horizon scanning,

doi:10.1002/cpt.1986

Clinical Pharmacology and Therapeuticss

Human Gene Therapy, Vol. 31, No. 19-20 | Review @] Open Access | @

Aspects of Gene Therapy Products Using
Current Genome-Editing Technology in
Japan

Teruhide Yamaguchi Eriko Uchida, Takashi Okada, Keiya Ozawa, Masafumi Onodera, Akihiro Kume,
Takashi Shimada, Satoru Takahashi, Kenzaburo Tani, Yasutomo Nasu, Tomoji Mashimo, Hiroyuki Mizuguchi,
Kohnosuke Mitani, and Kazushige Maki
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Orphandrugdesignation and developmentinjapan: 25 years of

experienceand assessment

Ken Sakushima | Hiroshi Takeda & Yoko Aoi

The Orphan Product Development Support Program was launched in Japan in 1993 to promote the development of therapies for

rare diseases by providing various incentives for developers, such as financial subsidies for research, market exclusivity and

prioritized scientific consultation/review. Eligibility for such incentives is determined by criteria for orphan drug designation

linked to the number of affected patients in Japan and the extent of the unmet medical need, as well as a theoretical rationale for

the use of the product for the target disease and an appropriate development plan (see Supplementary Box 1 for details). This

initiative is managed by the collaborative work of the Ministry of Health, Labour, and Welfare (MHLW), the Pharmaceuticals and

Medical Devices Agency (PMDA), and the National Institutes of Biomedical Innovation, Health and Nutrition (NIBIOHN).
Furthermore, the Orphan Drug Working Group in the PMDA has been committed to supportive measures to facilitate orphan drug

development. i
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