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(2002; reauthorized 2007-2012) (2003; reauthorized 2007)

INCENTIVE:
6 month marketing 

& exclusivity extension
for patented Rx if public benefit

MANDATE:
ÅWhen other approaches are insufficient

to ensure safety and effective use in 
children

ÅNDA  process
ÅwŜǎǘƻǊŜŘ ǘƘŜ άtŜŘƛŀǘǊƛŎ wǳƭŜέ
ÅAdult indication only

FDA            FNIH
On patent drugs if mfgr declines

Not Viagra for PHT Newborn
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(BPCA)

What happens for diseases unique to children?
(e.g., CF, PPHN, Cancers)
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Despite enormous progress in advancing the cure of childhood 

cancers during the last 46 years (~ 75% in 2008)éééé

Cancer remains the leading cause of death by disease in US children 

over 1 year of age.
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A.L.L. Chemotherapy

Antileukemic agent FDA Approval

Mercaptopurine 1953
Methotrexate 1953
Prednisone 1955
Dexamethasone 1958
Cyclophosphamide 1959
Vincristine 1964
Cytarabine 1969
Asparaginase 1978
Daunomycin 1979
Etoposide 1983 ~ 25 years ago

During last 25 years, EFS of childhood ALL has improved
from ~ 50% to ~ 85% by using old drugs betterééé.

despite no new anticancer agents developed for children
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Market forces work against 
childhood cancers

All pediatric cancers in US = ~9000

ÅADULT CANCERS:

ÅBreast Cancer ~200,000

ÅProstate Cancer ~190,000

ÅLung Cancer ~160,000

ÅColorectal Cancer ~150,000

ÅLeukemia ~  30,000



Why little interest in pediatric 
cancers in pharmaceutical industry?

ÅToo few cases to be profitable?

ÅKids too challenging for clinical trials?

ÅNot likely to be good Rx for adults?







Pediatric cancers are distinct
from adult cancers

ÅIncidence

ÅClinical 

ÅPathology

ÅCytology

ÅMolecular Abnormalities



Molecularly targeted cancer treatment:
who will make this happen for children ?



Making Better Drugs for Children with Cancer
April 18, 2005

Rec #1: A new public-private partnership 

involving government, industry, academic and 

other research institutionsé.should be 

formed to lead pediatric cancer drug 

discovery and development.ò
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Can we launch a successful 
public- private effort?

òBig Pharma.ó

Academia   Government 

òLittle Pharma.ó

Healthcare Sys 

Philanthropy

Private Org.

Entrepreneurs
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