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Good evening Dr. L'Italien,

We have the following request for information regarding BLA 125694:

1. For all studies for which data is being submitted, please clarify in detail: the protocol for how
study investigators determined the hours of ventilatory support used by the study subjects;
which study investigators made these determinations; how often these determinations were
made; and how many days each determination covered. Please also clarify whether the
subjects' ventilatory support use was guided by study investigators, or by physicians not
involved in the study.

2. Please provide a single table with data for all subjects in Study AVXS-101-CL-101, describing
for each study time point, the hours of ventilatory support used (night, day, and total). Please
also clarify the abbreviation "NS" (e.g., used in Listing 16.2.6.2.2-20).

3. Please specify the number of subjects (and duration of follow-up) from the Phase 3 trial for
whom
efficacy data will be available in the 4-month safety and efficacy supplement.

4. Please help us identify the following subject-level data for Study 303 in the submission: a. Data
on daily ventilator use
b. Milestone achievement at cutoff

5. Please provide us an update on the number of subjects enrolled and treated. Please include the

date of treatment and the study site of each subject.

Please respond to this information request by November 2, 2018.
Please acknowledge receipt of this email.
Regards,

Candace N. Jarvis

Sr. Regulatory Project Manager

Center for Biologics Evaluation and Research
Office of Tissues and Advanced Therapies

U.S. Food and Drug Administration
Tel: 240-402-8315
candace.jarvis@fda.hhs.gov
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authorized to deliver the document to the addressee, you are hereby notified that any review,
disclosure, dissemination, copying, or other action based on the content of this communication is
not authorized. If you have received this document in error, please immediately notify the
sender immediately by e-mail or phone.





