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DEPARTMENT OF HEALTH AND HUMAN SERVICES 

Food and Drug Administration 
Silver Spring  MD  20993

IND 100687
MEETING MINUTES

Sigma-Tau Pharmaceuticals, Inc.
Attention:  Raven Jaeger, M.S., RAC

Director, Regulatory Affairs
9841 Washingtonian Boulevard, Suite 500
Gaithersburg, Maryland  20878

Dear Ms. Jaeger:

Please refer to your Investigational New Drug Application (IND) submitted under section 505(i) 
of the Federal Food, Drug, and Cosmetic Act for EZN-2279.

We also refer to the preliminary meeting comments sent on October 12, 2016, the email 
communications on October 17 and 18, 2016, and the teleconference between representatives of 
your firm and the FDA on October 19, 2016.  The purpose of the meeting was to discuss the 
nonclinical development plan as well as the content and format of a BLA for this product.

A copy of the official minutes of the teleconference is enclosed for your information.  Please 
notify us of any significant differences in understanding regarding the meeting outcomes.

If you have any questions, call Ms. Diana Willard, Chief, Project Management Staff, at (301) 
796-1600

Sincerely,

{See appended electronic signature page}

Renata Albrecht, M.D.
Director
Division of Transplant and Ophthalmology Products
Office of Antimicrobial Products
Center for Drug Evaluation and Research

Enclosure:
Meeting Minutes

Reference ID: 4002149



FOOD AND DRUG ADMINISTRATION
CENTER FOR DRUG EVALUATION AND RESEARCH

MEMORANDUM OF MEETING MINUTES

Meeting Type: B
Meeting Category: Pre-BLA

Meeting Date and Time: October 19, 2016 from 1:00 to 2:00 PM
Meeting Location: 10903 New Hampshire Avenue

White Oak Building 22, Conference Room: 1415
Silver Spring, Maryland 20903

Application Number: IND 100687
Product Name: EZN-2279
Indication: treatment of adenosine deaminase-severe combined    

    immunodeficiency
Sponsor Name: Sigma-Tau Pharmaceuticals, Inc.

Meeting Chair: Renata Albrecht, M.D.
Meeting Recorder: Diana Willard

FDA ATTENDEES

Renata Albrecht, M.D. Director, Division of Transplant and Ophthalmology Products 
    (DTOP)

Diana Willard Chief, Project Management Staff/DTOP

SIGMA-TAU PHARMACEUTICALS, INC. ATTENDEES

Gianfranco Fornasini, Ph.D. Sr. Vice President, Scientific Affairs
Taha Keilani, M.D. Chief Medical Officer
Raven Jaeger, M.S., RAC Director, Regulatory Affairs
Joe Testa Vice President, Product Development and Clinical Affairs
Ed Lemanowicz, Ph.D. Sr. Consultant, Regulatory Affairs
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ATTACHMENTS AND HANDOUTS

October 18, 2016, e-mail to Sigma-Tau
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ATTACHMENT

From: Willard, Diana M 
Sent: Tuesday, October 18, 2016 1:06 PM
To: 'Raven Jaeger'
Cc: GianFranco Fornasini (GianFranco.Fornasini@sigmatau.com)
Subject: FW: IND 100687/EZN-2279 - Meeting Preliminary Comments

Hi!  Raven – in response to your e-mail below, we have the following comment:

Given more than 25 years of marketing experience with Adagen, we would like you to provide 
any information you have on successful pregnancies or any information you may have collected 
regarding fertility. This might include spontaneous report(s) or any other source of information.  

We refer you to the Meeting Discussion for Question 3 of the July 10, 2007, meeting for IND 
100687, held between Enzon Pharmaceuticals, Inc. and the FDA for this IND, which states:

“... there were indeed some patients that had reached reproductive age. However, there is 
limited information on the adult Adagen patient population. No information on their offspring is 
available. ENZON indicated that they will do some follow-up on their offspring.”

Regards, 
Diana

From: Raven Jaeger [mailto:Raven.Jaeger@sigmatau.com] 
Sent: Monday, October 17, 2016 4:20 PM
To: Willard, Diana M
Cc: GianFranco Fornasini; STPRegSci; Sumit Jain
Subject: RE: IND 100687/EZN-2279 - Meeting Preliminary Comments

Hi Diana,

Thank you for sending the FDA’s preliminary comments for the pre-BLA meeting that is currently scheduled for 
this Wednesday, October 19th.  We appreciate the FDA’s advice, and for the most part, we understand the FDA’s 
comments and do not need any further clarification.  However, we would like further clarification on the FDA’s 
Response 3 under the Nonclinical Section:

“In addition to the justification for not conducting the full battery of reproductive toxicology studies, the 
BLA should include pharmacovigilance evidence of successful pregnancies and lack of infertility in ADA-
SCID  patients treated with Adagen.”

We would like to discuss further with you what the FDA would like to be included in the BLA from a 
pharmacovigilance evidence perspective (e.g., from spontaneous reports or something more).  
However, this discussion may not require the need for a  face to face meeting.  As such, we would like to know if 
the FDA agrees to discuss this topic either via email or teleconference on Wednesday instead of during a face to face 
meeting that may anticipate more time than is actually needed.  

Please let us know if you agree that based on the reduced agenda for the meeting, the discussion is better to be 
discussed via email or teleconference on October 19th in lieu of a face to face meeting.  If the FDA prefers the face 
to face meeting, we are okay with proceeding accordingly.
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Thank you again for your guidance with this expedited development of EZN-2279.  
Raven

From: Willard, Diana M [mailto:Diana.Willard@fda.hhs.gov] 
Sent: Wednesday, October 12, 2016 4:49 PM
To: Raven Jaeger
Subject: IND 100687/EZN-2279 - Meeting Preliminary Comments

Hi!  Raven – attached, please find the Division’s Meeting Preliminary Comments for the pre-
BLA meeting scheduled for October 19, 2016, for the above IND.

Please let me know if you have any questions.

Regards,
Diana
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signature.
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RENATA ALBRECHT
10/21/2016
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