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OUTLINE

T Nuovi farmaci con opportunita di farmaci piu
specifici e con minori effetti a lungo termine;

I Accesso precoce al farmaco e uso off-label i
legislazione vigente.



FARMACI IN PEDIATRIA

ADULTI BAMBINI

50-90% medicinali utilizzati in
Farmaci adeguatamente pediatria NON e appositamente
studiati con AIC, RCP e Fv | [Studiato
. . Ritardin el | 0 aafarmasis o
Scoperta di farmaci innovativi
Innovativi
Rischi:
A Sicurezza Ainefficacia,resistenza
A Efficacia (sottodosaggio)
A Qualita Aformulazioni inadeguate (errori
nella preparazione)




Molecole differenti/nuovi paradigmi

A > 800 anticancer compounds

100% =
yearly under development .
A Mainly targeted compounds
. . Hormoral 32 27
- New mechanisms of action
- New profile of activity
- Distinct profile of toxicity
- Often oral and prolonged
adminstration
Cytotoxic 40 k7
C Y @ )Hallmarks of Cancer
: L]
Targeted 18
BH3 mimetios Uncology products Oncology products
on market in developrment
oA o — Lengauer et al., Nat Rev Drug Discov 2005

inhibitors |  angiogenesis invasion & inflammatory drugs
metastasis

Inhibitors of Inhibitors of
VEGF signaling HGF/c-Met
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Pharmacogenomics can play an important role in

Regulatary Science at CDER identifving responders and non-responders to
o . g .. Learn More About Pharmacogenomics at CDER
medications, avoiding adverse events, and optimizing S
Eiveearch Tool Bt q N ’ labeli D inf ) » Pharmacogenomics: Overview of
o e rug dose. Drug labeling may contain information on the Genomics and Targeted
genomic biomarkers and can describe: Therapy Group
Scientific Public Private » Drug exposure and clinical response variability « Other FDA Resources Related to
Partnerships and Consortia Pharmacogenomics

« Risk for adverse events
CDER Scientists » Genotype-specific dosing
= Mechanisms of drug action

Regulatory Science in Action
» Polymorphic drug target and disposition genes
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The table below lists therapeutic products from Drugs@FDA with pharmacogenomic



