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21 U.S. Code § 356

Expedited approval of drugs for serious or life-threatening diseases
or conditions

(a) Designation of a drug as a breakthrough therapy
(1) In general

The Secretary shall, at the request of the sponsor of a drug, expedite the development and review of such
drug if the drug is intended, alone or in combination with 1 or more other drugs, to treat a serious or life-
threatening disease or condition and preliminary clinical evidence indicates that the drug may
demonstrate substantial improvement over existing therapies on 1 or more clinically significant endpoints,
such as substantial treatment effects observed early in clinical development. (In this section, such a drug is
referred to as a “breakthrough therapy”.)

(2) Request for designation

The sponsor of a drug may request the Secretary to designate the drug as a breakthrough therapy. A request
for the designation may be made concurrently with, or at any time after, the submission of an application
for the investigation of the drug under section 355(i) of this title or section 351(a)(3) of the Public Health
Service Act [42 U.S.C. 262(a)(3)].

(3) Designation
(A) In general

Not later than 60 calendar days after the receipt of a request under paragraph (2), the Secretary shall
determine whether the drug that is the subject of the request meets the criteria described in paragraph
(1). If the Secretary finds that the drug meets the criteria, the Secretary shall designate the drug as a
breakthrough therapy and shall take such actions as are appropriate to expedite the development and
review of the application for approval of such drug.

(B) Actions
The actions to expedite the development and review of an application under subparagraph (A) may include,
as appropriate—

(i) holding meetings with the sponsor and the review team throughout the development of the drug;

(ii) providing timely advice to, and interactive communication with, the sponsor regarding the
development of the drug to ensure that the development program to gather the nonclinical and clinical
data necessary for approval is as efficient as practicable;

(iii) involving senior managers and experienced review staff, as appropriate, in a collaborative, cross-
disciplinary review;

(iv) assigning a cross-disciplinary project lead for the Food and Drug Administration review team to
facilitate an efficient review of the development program and to serve as a scientific liaison between the
review team and the sponsor; and
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(v) taking steps to ensure that the design of the clinical trials is as efficient as practicable, when
scientifically appropriate, such as by minimizing the number of patients exposed to a potentially less
efficacious treatment.
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