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Rare Pediatric Disease

Priority Review Vouchers
Guidance for Industry

DRAFT GUIDANCE
This guidance document is being distribute d for comment purposes only.

Comments and suggestions regarding this draft document should be submitted within 60 days of
publication m the Federal Register of the notice announcing the availability of the draft
guidance. Submit electronic comments to https/www.regulations.gov. Submit written
comments to the Dockets Management Staff (HFA-305), Food and Drug Admmistration, 5630
Fishers Lane. Rm. 1061, Rockville, MD 20852. All comments should be identified with the
docket number listed m the notice of availability that publishes m the Federal Register.

For questions regarding this draft document, contact (OOPD) Aaron Friedman at 301-796-2989,
(( BER) Stephen Ripley at 240-402-7911, or (CDER) Althea Cuff at 301-796-4061, or (OPT)
T rrie Crescenzi at 301-796-8646.

U.S. Department of Health and Human Services
Food and Drug Administration
Center for Biologics Evaluation and Research (CBER)
Center for Drug Evaluation and Research (CDER)
Office of Orphan Products Development (OOPD)
Office of Pediatric Therapeutics (OPT)

July 2019

Revision 1
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VOUCHER AWARD YEAR
RARE PEDIATRIC DISEASE DRUG NAME COMPANY AND SALE AMOUNT
Morauio A svndrome Vimizim BioMarin 2014, Regeneron Pharmaceuticals Inc. and Sanofi SA,
g y $67.5M redeemed for Praluent
High-risk neuroblastoma *Cancer Unituxin United Therapeutics gg;gl,\/\ AbbVie
Rare bile acid synthesis disorders Cholbam Asklepion 2(2):131’\1\ Sanofi SA, redeemed for LixiLan
A Bl QIS e i) Xuriden Wellstat 2015 AstraZeneca
Hypophosphatasia Strensiq Alexion 2015 Redeemed for ravulizumab
Lysosomal acid lipase deficiency Kanuma Alexion 2015
Duchenne muscular dystrophy Exondys 51 Sarepta Therapeutics 2016, Gllea.d,. rec!eemed for coml?lnatlon of .bICtegraV"’
emtricitabine and tenofovir alafenamide for
$125M
treatment of HIV
Spinal muscular atrophy Spinraza Biogen (lonis Pharmaceuticals) 2016
Duchenne muscular dystrophy Emflaza Marathon 2017
Batten disease . . . 2017, .
Brineura BioMarin $125M Undisclosed
B-cell acute lymphoblastic leukemia *Cancer Kymriah Novartis
Mucopolysacchari-dosis (MPS) VII Mepsevii Ultragenyx 2017, Novartis
S130M
Biallelic RPE65 mutation-associated retinal dystrophy L Spark Therapeutics 2018, Jazz Pharmaceuticals
uxturna $110M
X-linked hypophosphatemia (XLH) Crysvita (burosumab-twza) Dl §2(1)86’M Undisclosed
Seizures associated with Dravet Syndrome or Lennox- Epldl_olex (cannabidiol oral GW Research 2018
Gastaut Syndrome solution)
Adenosine deaminase-severe combined immunodeficiency Revcgv.l (el.apegademase- Leadiant Bioscience 2018
(ADA-SCID) lvlr) injection
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Pediatric Development PhRMA + EFPIA (N=58)

Clinical Data Package for Pediatric Development (N=19)

Relevance of pediatric development (Is the

product developed for pediatric use?) * Global Study including Japanese 8 (42%)

* Global study including Japanese & Japanese PK study 1 (5%)
* Global Study including Japanese & Domestic study

(other than PK study) A5,
* Domestic study and PK study 0 (0%)
* Domestic study (other than PK study) 0 (0%)
! e Others 8 (42%)
lts. 15 The reason for conducting pediatric development in Japan
Adult (N=19; Multiple answers allowed)
development * It was planned to be developed by Global 15 (79%)
Or;lz'%fm  There was an incentive for a re-examination period 1 (5%)
* There were incentives for drug prices 1 (5%)
* Others 5(26%)

* Pediatric development was undertaken for 19 products (30%), including pediatric only (4 cases; 6%), and adolescents evaluated
with adults (15 cases; 24%)

* Clinical data package for pediatrics come from mainly global studies

* The reasons to conduct pediatric development was “it was planned to be developed by global” (15 cases; 79%), incentive for a re-

- examination period (1 case, 5%) and incentives for drug prices (1 case, 5%)
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