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• Using Gillette's experience, describe how complex 
conditions and diversity of pediatric population make 
orphan drug market dynamics even more complicated

• Illustrate how the current state of orphan drugs market 
journey impact children and their families– and front-line 
providers

• Explore how health systems can lead in developing system 
improvements to balance cost and access to these drugs
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MAKE EVERYTHING AS SIMPLE AS 
POSSIBLE, BUT NOT SIMPLER

-ALBERT EINSTEIN
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treatment, diagnosis or prevention 
of rare diseases/disorders 



Melmeyer, Paul. National Organization for Rare Disorders. “Docket No. FDA-2017-D-6380-0005: Guidance: Clarification of Orphan Designation of 

Drugs and Biologics for Pediatric Subpopulations of Common Disease.” Received by U.S. Food and Drug Administration, 18 Feb. 2018, 

rarediseases.org/wp-content/uploads/2014/11/NORD-Comments-on-FDA-Guidance-Clarification-of-Orphan-Designation-of-Drugs-and-Biologics-

for-Pediatric-Subpopulations-of-Common-Diseases.pdf.
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325 Million 
Americans

25 Million 
Americans 

with Orphan 
Diseases

50% are 
children

NIH National Center for Advancing Translational Sciences. Genetic and Rare Disease Information Center. FAQs about Rare Diseases.

Updated 2017 November 30. Available from: https://rarediseases.info.nih.gov/diseases/pages/31/faqs-aboutrare-diseases

Global Genes. Rare Diseases: Facts and Statistics. Available from: https://globalgenes.org/rare-diseases-facts-statistics/

https://rarediseases.info.nih.gov/diseases/pages/31/faqs-aboutrare-diseases
https://globalgenes.org/rare-diseases-facts-statistics/


736 Orphan 
Drugs 

Approved

24 with 
Pediatric 

Designation

U.S. Food & Drug Administration. Orphan Drug Designations and Approvals. Available from: 
https://www.accessdata.fda.gov/scripts/opdlisting/oopd/

*Prior to the Orphan Drug Act – 38 approved 
drugs.

https://www.accessdata.fda.gov/scripts/opdlisting/oopd/


U.S. Food and Drug Administration – Pediatric Exclusivity 
Study Age Groups

24 
Approved 

Orphan 
Drugs with 
Pediatric 

Designation

Neonates: up to one month of age

Infants: one month to two years

Children: two years to twelve years

Adolescents: twelve years to sixteen years

Other: age group studied



• Call for improvement: 
• Consistent drug development 

strategy across disease groups / body 
systems 

• Clear policy for market entry 
requirements post regulatory 
approval

• Consistent process for pediatric 
patient access 

• Clinical pathway

• Financial pathway

• Health systems have a role to play in 
improving access and coverage
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"Miracle Drug" for SMA



• 1 in 10,000 children born with 
SMA

• Estimated 9,000 US patients 

• Gillette: SMA – 110 patients 
(2017)

• SMA is number one genetic cause 
of death of infants in the US



Classification according to age of onset (ISMAC)

SMA Type 1 Acute infantile

SMA Type 2 Chronic infantile

SMA Type 3 Chronic juvenile

SMA Type 4 Adult onset

Clinical Classification of SMA

SMA Type Age of Onset Motor Milestones Avg. Age of Death (limited 

intervention)

I < 6 months Unable to sit without support, poor 
head control, difficulty swallowing & 
feeding…

<24 months

II < 18 months Can sit but cannot stand, delayed 
motor milestones, scoliosis, intercostal 
muscle weakness

20’s-30’s

III > 18 months Can stand and walk; hand tremors, 
scoliosis, gait  and hip weakness

Normal life expectancy

IV Adolescent or  Adult Retain walking, pain, mild motor
impairment

Normal life expectancy



a life 
changer for 
some, 
a life saver 
for others.
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challenges for children and their 
families– and front-line providers

• Complex conditions and diversity of 
pediatric population make orphan drug 
dynamics even more complicated

• Together we need to create needed 
system improvements 
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