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Rare diseases, genetic or nert,
anad the patienits suffering firen
them, are the real erphans in
medical sciences and drug
develepmeni



Financial obstacles to rare
disease resolution

s Grant funding fer reseanch In' rare diseases Is limited
L.e. net attractive fier academic centers

x ROIF IS highly: Uncertain for larger cempanies

a Regulatery: agencies have shown Interest but actions
donit fiellew! the words Because of lack ofi $' reseUrCesS.
he focus onl public safety Is new: evershiadewing the
Agency’s relein making| new: treatmenits availanle ina
contrelled environment



Possibly coming to the
financial rescue could be:

SmallFPharma conmpanies:

a [reatments; for rare diseases, have Nigh prices ana low
Aurdies for reimbursement. Not attractive te large
pharma but attractiverter small pharma

Venture Capitall Funads:

a Investment IR develepment of orphan drugs: may: e
lUcrative Iif there: Is| petentialifor accelerated
develepment and approvall Processes: exit strateay
andi IRR



The Regulatory Puzzle

e “werds* exist In regulatery: guidelines
10 provide develepment Incentives fox
eliphanrdrugs

Reality/ ISt net always i line wWithr the: Words

Fhe conventienal develepment paths den't
Work (time anad' cest)

he risk — benelit debate: real versus
politcal



Some Solutions

Extension of market exclusivity seyoend culirent
Imits; te reduce pressure on RO

Conditionall er provisionall apprevais
x Annually: renewalle after status report
a Control system teraveld ofif=lakel use

Extended authorty for EDA orphan; drugl group

s [0 evaluiate and approve drugs Independently firem
the ether divisiens

a0 Impose tight commercialization rules



