APF HOSTS PATIENT VOICE MEETING WITH FDA On March 1, 2017, the American Porphyria
Foundation (APF) hosted a Patient-Focused Drug Development (PFDD) public meeting on the Acute
Hepatic Porphyrias. These meetings are a part of the FDA initiative under the fifth authorization of the
Prescription Drug User Fee Act to more systematically gather patients’ perspectives on their condition
and their available therapies. The APF conducted this meeting to enable the FDA to hear face to face
from acute porphyria patients, caretakers, and advocates about their experiences. Also, esteemed ex-
perts in the field provided an overview of the acute porphyrias, as well as the current and novel thera-

peutics.

Desiree Lyon Howe, Executive Director of the APF, began the meeting with a hearty welcome to the 100 at-
tendees, including the 40 patients and over 80 people who were attending via the live webcast, industry, FDA repre-
sentatives and members of the Porphyria Consortium of experts. Next, she introduced Dr. Richard Moscicki, who gave
an outstanding presentation on the impact of the Patient Voice in Drug Development.

The following discussions focused on two major features (1) clinical experience and symptoms that are most
impactful and (2) patients’ perspectives on current treatment and treatment needs. This was accomplished with two
panels followed by a facilitated discussion inviting comments from other attendees both in person and via the webcast.

To supplement the input gathered at the meeting, patients and others were encouraged to submit comments on
social media and to the APF via telephone and email. Most comments centered on these topics: pain, misdiagnosis,
need for treatment to prevent attacks and desire to participate in research. The patient input generated through this
Patient-Focused Drug Development meeting and public docket strengthens FDA’s understanding of the burden of acute
porphyrias and treatments currently used to manage its symptoms. FDA staff will consider carefully this input as it ful-
fills its role in the drug development process; including advising sponsors on their drug development programs and as-
sessing benefit-risk for products under review for marketing approval. This report may be useful to drug developers as
they explore potential areas of unmet need for porphyria attacks and porphyria pain. It may point to the potential
need for development and qualification of new outcome measures in clinical trials.

The entire meeting webcast can be viewed in its entirety on the homepage of the APF. Watch the video here:
www.porphyriafoundation.org or https://www.youtube.com/watch?v=urHxVYVAals. More information on the PFDD
initiative can be found at: http://www.fda.gov/ForIndustry/UserFees/PrescriptionDrugUserFee/ucm326192.htm.

Row 1: Amy and Craig Chapman, Panel | to r Cheryl Martinez, Craig and Amy Chapman, Mary Schloetter, Sharon Dill,
Evelyn Jacobucci and Terri Witter. Row 2: Lakeshia Johnson and Diana Sabella, Panel | to r Colin McEwen, Michael Boone, Terri
Witter, Heather McKinstry, Lisa Kehrberg, Candace Johnson and Ariel Lager, Tara Cantley and Nichol Kirby.

RICHARD A. MOSCICKI, M.D. joined the U.S. Food and Drug Administration’s (FDA) Center for Drug
Evaluation and Research (CDER), as Deputy Center Director for Science Operations. A nationally recognized expert in
clinical research and drug development, Dr. Moscicki brings to the position executive direction of Center operations and
leadership in overseeing the development, implementation, and direction of CDER’s programs. Before joining CDER,
Dr. Moscicki served as senior vice president (SVP), Head of Clinical Development, and chief medical officer at Genzyme
Corporation. He joined Genzyme in 1992. Over the past two decades, Dr. Moscicki was responsible for worldwide
global regulatory and pharmacovigilance matters, as well as all aspects of clinical research and medical affairs.

Dr. Moscicki received his medical degree from Northwestern University Medical School and
completed his residency in Internal Medicine, followed by a fellowship at Massachusetts General Hos-
pital (MGH) in immunology and immunopathology. He remained on staff at MGH and on the faculty
of Harvard Medical School from 1979 until 2013. He is board certified in internal medicine, diagnostic
and laboratory immunology, and allergy and immunology. Dr. Moscicki presented at the APF PFDD
meeting. He has been widely published on the importance of the FDA to include patient experiences
in drug development. His view is that hearing patients’ testimonies allows the FDA to better compre-
hend and appreciate the burden of disease, the current treatments and the risks tolerance.
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