RON JOHNSON, WISCONSIN, CHAIRMAN

JOHN McCAIN, ARIZONA THOMAS R. CARPER, DELAWARE
ROB PORTMAN, OHIO CLAIRE McCASKILL, MISSOURI
RAND PAUL, KENTUCKY JON TESTER, MONTANA

JAMES LANKFORD, OKLAHOMA TAMMY BALDWIN, WISCONSIN
MICHAEL B. ENZI, WYOMING HEIDI HEITKAMP, NORTH DAKOTA

{ | =
KELLY AYOTTE, NEW HAMPSHIRE ~ CORY A, BOOKER, NEW JERSEY H“lt[ ) (
JONI ERNST, IOWA GARY C. PETERS, MICHIGAN
BEN SASSE, NEBRASKA ' g
COMMITTEE ON
KEITH B. ASHDOWN, STAFF DIRECTOR

GABRIELLE A. BATKIN, MINORITY STAFF DIRECTOR HOMELAND SECURITY AND GOVERNMENTAL AFFAIRS
WASHINGTON, DC 20510-6250

March 16, 2016

Janet Woodcock, M.D.

Director

Center for Drug Evaluation and Research
U.S. Food and Drug Administration
10903 New Hampshire Avenue,
Hillandale Building, 4™ Floor

Silver Spring, MD 20993

Dear Dr. Woodcock:

In 2012, Congress provided additional tools to facilitate new therapies intended to treat
persons with life-threatening and severely-debilitating illnesses, especially when no satisfactory
alternative exists.' Thank you for your ongoing commitment to use these tools and authorities to
expeditiously review candidate therapies. We write to urge the U.S. Food and Drug
Administration (FDA) to continue exercising flexibility in the review and approval of all
candidate therapies to better serve patients battling rare diseases with unmet medical needs.

The Committee on Homeland Security and Governmental Affairs recently held a hearing
titled “Connecting Patients to New and Potential Life Saving Treatments.”” During that hearing,
one of the witnesses, Laura McLinn, testified about her experiences following her son’s
diagnosis of Duchenne muscular dystrophy a few months before his fourth birthday.® She
explained that Duchenne is 100 percent fatal, effects 1 in 3,500 boys, and without a miracle, her
son Jordan will lose the ability to walk, climb, dress himself, feed himself and even hug her. Ms.
McLinn spoke of the promising treatments in the pipeline as well as the FDA’s ability to
expedite review of therapies for “serious conditions” that either meet an “unmet medical need”
or for which there is initial evidence of effectiveness.’ The hearing also highlighted the
requirement that FDA “consider the perspectives of patients during regulatory discussions.”

We write today to underscore the focused efforts of Congress to provide for and
encourage accelerated review of promising therapies, prioritize the patient perspective in
evaluating new drugs and treatments, and provide regulators with flexibility to expedite
evaluation of drugs for a life-threatening illness for not only Duchenne, but all rare and severe

' Food and Drug Administration Safety and Innovation Act, Pub. L. 112-144, 126 Stat. 993 (2012).
* Connecting Patients to New and Potential Life Saving Treatments. Hearing before the Senate Committee on
E{omeland Security and Governmental Affairs, Feb. 25, 2016. 114th Cong.

Id.
* United States, Department of Health and Human Services, Food and Drug Administration. Guidance for Industry:
Expedited Programs for Serious Conditions — Drugs and Biologics, May 2014, p. 7.
321 U.S.C. Sec. 360bbb.
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diseases.” One of the accelerated approval pathways in current law recognizes the inherent
difficulty of developing drugs for rare diseases and therefore affords the agency the flexibility to
grant approval to rare disease treatments that have been shown to be safe and effective in fewer
and smaller trials, while still requiring a larger post-approval confirmatory trial to confirm
efficacy.” This accelerated process allows demonstrably safe therapies that treat an unmet
medical need to be made accessible earlier to patients who otherwise have no other option.

FDA regulations state that it is “appropriate to exercise the broadest flexibility in
applying the statutory standards, while preserving appropriate guarantees for safety and
effectiveness”™ to new therapies intended to treat persons with life-threatening and severely-
debilitating illnesses.® The regulations further explain that “the benefits of the drug need to be
evaluated in light of the severity of the disease being treated." As Members of Congress
representing constituents who are battling rare and severe diseases with unmet medical needs,
we wholeheartedly agree with this viewpoint and we urge the FDA to ensure this flexibility is
applied in reviewing all candidate therapies.

We also urge the FDA to continue to develop and implement its Patient-Focused Drug
Development initiative.'” This initiative will better incorporate the perspective of patients and
other stakeholders into agency processes and decision-making, especially with respect to the
agency’s proper contextual assessment of expected benefits and costs.

The cost of unnecessary delays manifests in terms of human lives and therefore the
urgency on this matter, to patients and their families, is absolute. Thank you for your attention to
this important matter.

Sincerely,

Tom Carper

Ranking Member

Committee on Homeland Security
and Governmental Affairs

® In addition to the Food and Drug Administration Safety and Innovation Act, Congress has passed the Prescription
Drug User Fee Act of 1992, Pub. L. no. 102-571, 106 Stat 4491 (2003), and Food and Drug Administration
Modernization Act of 1997, Pub. L. no. 105-115, 111 Stat 2296 (1997).

5 Supra, note 1, section 901.

¥21 C.F.R. § 312.80.

?Id.

'* United States, Department of Health and Human Services, Food and Drug Administration, Structured Approach
to Benefit-Risk Assessment in Drug Regulatory Decision-Making: Draft PDUFA V Implementation Plan, February
2013. Developed pursuant to 21 U.S.C. Sec. 355d.
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élﬂly Dan Coats

United States Senator United States Senator



