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A study to support the development of a regulatory framework to facilitate the

introduction of new medicinal products for rare diseases into Japan

(Questionnaire regarding Accelerated Approval Program in the US)

1. Ingeneral, when a pharmaceutical company seeks to obtain an accelerated approval
(AA) for their product in the US, does the company propose the plan to the FDA or
wait for an offer from the FDA? When is such a communication usually initiated
during the development process?

2.  We understand that the company is required to submit a report to inform the
progress of the post-approval confirmatory study(es) to the FDA periodically
(annually in the past and currently once every 180 days). How strictly is this
procedure operated? Does the FDA provide instructions to the company if the post-
approval study(ies) is behind schedule?

3.  We understand that the FDA’s authority over post-approval confirmatory studies
under the AA program has been strengthened by the Consolidated Appropriations
Act enacted in 2022. From the drug development company’s perspective, has the AA
program become more user-friendly than before?

4. Do you find any challenges in conducting post-approval confirmatory study(ies)
under the AA program, such as difficulties in ensuring patient enrollment due to the
fact that the drug is available with health insurance coverage?

5. If a drug approved under the AA program is decided to be withdrawn, what kind of
transitional measures will be taken, such as provision of the drug to patients already
treated with the drug, etc. Are there any responsibilities/activities by the company
to healthcare practitioners and/or patients that are required in this regard?

6. Are there any differences from health insurance (private/public) point of view, on
how drugs approved under the AA program and drugs with regular approval are
handled?

7. Are there any differences between drugs approved under the AA program and those
that obtained regular approval in terms of how they are handled in clinical practice,
such as requirement of explanation to patients about the prescription?

8.  We would appreciate it if you could provide us with general reputation from

healthcare practitioners and/or patients on the AA program in the US.
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