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FDA Expedited Programs —
What You Need to Know

Accelerating the development of therapeutic products intended to treat serious conditions and unmet medical needs has been
an increasing interest to the patient community, legislators, regulatory agencies, and the scientific community for many years.

Responding to this interest, FDA has issued regulations and guidance documents to communicate ways to speed the availability
of new therapies to patients with serious conditions, especially when there are no satisfactory alternative therapies.

Below we highlight the provisions offered by six different expedited programs and designations. Overall, the purpose of these
regulatory pathways is to optimize the use of time and reduce the cost of bringing therapies to market for rare conditions with
high unmet medical needs. Click on the main topic in the links below to access document links.

Expedited pathways to consider
during clinical development

Fast Track Designation

Benefits
Helps to expedite development and review by providing opportunities for frequent interactions with the
FDA review team.

— Criteria
- « Product must be intended to treat a “serious condition”.
pu— - Nonclinical or clinical data must demonstrate the potential to address an “unmet medical need”.

Timing
@ Submit the request (10-20 pages) either with your IND or after it has gone into effect; ideally no later than
the pre-BLA or pre-NDA meeting; FDA response time is 60 days.

Phasel « Phasell « Phase lll

Breakthrough Therapy Designation

Benefits

« Support from senior FDA staff

« Proactive guidance to enable efficient drug development
« Initial Comprehensive Multidisciplinary Type A meeting

- Rolling NDA/BLA Review

+ Increased likelihood of Priority Review

Criteria

« Product must be intended to treat a “serious condition”.

« Preliminary clinical evidence that the drug may demonstrate substantial improvement on a clinically
significant endpoint(s) over available therapies, if any are available.
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Timing

Submit the request either with your IND or after it has gone into effect. The key difference between
Breakthrough Therapy Designation and Fast Track Designation is that the request for Breakthrough
requires inclusion of preliminary clinical evidence based on a meaningful clinical outcome. Ideally, the
request should be submitted no later than the end-of-phase 2 meeting. FDA response in time is 60 days.
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Qualified Infectious Disease Program (QIDP)

Benefits
« 5 year exclusivity extension (added to any other exclusivity at approval, subject to statutory limits)
« Priority Review ( for the first NDA or efficacy supplement for that product/indication
with QIDP designation)
- Fast Track designation (eligible, but must be specifically requested (not automatic)

Criteria

« Must be an antibacterial or antifungal drug for human use intended to diagnose, prevent, or treat a
serious or life-threatening infection*

- Biologics and devices are not eligible for QIDP

« Application should include specific QIDP-qualified indication, rationale for development, and data
supporting antibacterial/antifungal activity (in vitro, animal model or human data)
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*Includes infections caused by: (1) an antibacterial or antifungal resistant pathogen, including novel or emerging infectious pathogens;
or (2) qualifying pathogens listed in 21 CFR 317.2. Includes: Clostridium difficile, Enterococcus spp, Helicobacter pylori, Mycobacterium
tuberculosis, Neisseria gonorrhoeae, Staphylococcus aureus, Vibrio cholerae, and many others.

Timing
@ « A sponsor may request QIDP designation any time before submitting the NDA,; this can be done in pre-
IND correspondence or to an IND
- FDA will respond within 60 calendar days of receiving the request
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Regenerative Medicine Advanced Therapy (RMAT)

Benefits

- All Breakthrough Therapy designation features, including early interactions to discuss any potential
surrogate or intermediate endpoints

- Statute addresses potential ways to support Accelerated Approval and satisfy post-approval requirements

Criteria
@ —— - Meets the definition of Regenerative Medicine
@ —— « Preliminary clinical evidence indicates potential to address “unmet medical needs”
@ —t Product must be intended to treat a “serious condition”
- «Unlike Breakthrough designation, RMAT designation does not require evidence to indicate
that the drug may offer a substantial improvement over available therapies

Timing
Can be submitted with IND, but need for clinical evidence precludes this in most cases; ideally no later than
EOP2 meeting; FDA response in 60 days
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Expedited pathways to consider at the
NDA/BLA stage of development

Priority Review Designation’

Benefits
Shorter NDA/BLA review clock (8 months compared with the 12-month standard review); determination
of review status occurs during the filing period for all NDAs or BLAs.

Criteria

- An application (original or efficacy supplement) for a drug that treats a serious condition and, if
@ = approved, would provide a significant improvement in safety or effectiveness
@ p—— « Any supplement that proposes a labeling change based on a report on a pediatric study under 505A
@ f—— - An application for a drug that has been designated as a qualified infectious disease product

« Any application or supplement for a drug submitted with a priority review voucher

- Although not necessary, a request for Priority Review can be submitted with the original BLA, NDA, or

an efficacy supplement

Timing
Submit the request (10-20 pages) either with your IND or after it has gone into effect; ideally no later than
the pre-BLA or pre-NDA meeting; FDA response time is 60 days.

Accelerated Approval Pathway’

Benefits

Accelerated Approval is based on an effect on a surrogate endpoint or an intermediate clinical endpoint
that is reasonably likely to predict a drug’s clinical benefit. Confirmatory clinical data are required to be
submitted in Phase 4 according to timelines agreed to with FDA.

Criteria
@ R - The product treats a serious condition;
@ « The product provides a meaningful advantage over available therapies;

- — The product demonstrates an effect on a surrogate endpoint that is reasonably likely to predict clinical
= benefit or on a clinical endpoint that can be measured earlier than irreversible morbidity or mortality (IMM);
— The product is reasonably likely to predict an effect on IMM or other clinical benefit
(i.e., an intermediate clinical endpoint)

Timing

Accelerated approval is not a special designation, per se. Agreement to access the Accelerated Approval
@ pathway should be reached with FDA on the specific endpoint to use as the basis of approval and on the

design of the confirmatory study required to convert to full approval in Phase 4. The confirmatory should

be underway at the time of accelerated approval.
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Veristat Experts Can Help as You Consider
Any of the FDA Expedited Pathways

“Which of FDA's different expedited programs do | qualify
for? Can | apply for more than one?”

“What are the costs, risks and benefits of each program?
Should | apply for one over the other, or more than one?”

“When should | apply?”

“What are some strategic considerations for choosing
expedited pathway(s) to pursue for my program?”

Contact Veristat Today

If you think your therapy may qualify for one of
FDA's expedited programs, or have additional
questions about these programs, contact Veristat.

veristat.com’

Resource Links”

Pursuing Breakthrough Therapies for Rare Metabolic Diseases
Expediting Access to Novel/Medicinal Products in the US and EU Webinar
Study Collaboration for Successful COVID-19 Vaccine Program
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https://www.fda.gov/patients/fast-track-breakthrough-therapy-accelerated-approval-priority-review/fast-track
https://www.fda.gov/patients/fast-track-breakthrough-therapy-accelerated-approval-priority-review/breakthrough-therapy
https://www.fda.gov/media/111091/download
https://www.fda.gov/media/120267/download
https://www.veristat.com/
https://www.veristat.com/
https://www.veristat.com/
https://www.fda.gov/patients/fast-track-breakthrough-therapy-accelerated-approval-priority-review/priority-review
https://www.fda.gov/patients/fast-track-breakthrough-therapy-accelerated-approval-priority-review/accelerated-approval
https://www.veristat.com/library/pursuing-breakthrough-therapies-for-rare-metabolic-diseases#
https://www.veristat.com/library/expediting-access-to-novelmedicinal-products-in-the-us-and-eu-replay#
https://www.veristat.com/library/study-collaboration-for-successful-covid-19-vaccine-program

