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Agenda

•	 Introduction: Regulation vs. Innovation: can we encourage innovation

through regulation? (10‘). Federico Goodsaid, USFDA 

•	 EMEA activities for emerging therapies and technologies (15‘). Marisa 
Papaluca-Amati, EMEA 

•	 Joint USFDA-EU Pharmacogenetics Initiatives (15‘). Federico 
Goodsaid, USFDA 

•	 Joint USFDA-EU Initiatives on Gene and Cell Therapy (20‘). Klaus 
Cichutek, EMEA 

•	 Panel discussion (25‘) 
–	 Next Steps in Joint Pharmacogenomics Initiatives (Eric Abadie and 

Federico Goodsaid) 
–	 Next Steps in Gene Therapy (Klaus Cichutek and Marisa Papaluca-Amati) 

•	 Questions from the floor 

•	 Concluding remarks (5‘): Federico Goodsaid 
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Regulation vs. Innovation: can we encourage 

innovation through regulation?


•	 Reguspeak (1984-George Orwell) 
–	 “It was intended that when Newspeak had been adopted 

once and for all and the Oldspeak forgotten, a heretical 
thought … should be literally unthinkable, at least so far as 
thought is dependent on words.” 

–	 “Its vocabulary was so constructed as to give exact and 
often very subtle expression to every meaning that a Party 
member could properly wish to express, while excluding all 
other meanings and also the possibility of arriving at them 
by indirect methods.” 

–	 “This was done partly by the invention of new words, but 
chiefly by eliminating undesirable words and by stripping
such words as remained of unorthodox meanings.” 
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Labels 



Labeling Regulations: WMD

“If evidence is available to support the 
safety and effectiveness of the drug only 
in selected subgroups of the larger 
population with a disease, the labeling 
shall describe the evidence and identify 
specific tests needed for selection and 
monitoring of patients who need the 
drug.” 

- 21 CFR 201.57 



Pharmacogenomic Information in Drug Labels


Brand Name 
(generic 

name) 

Labeling Section Labeling Statement 

HERCEPTIN® 
(trastuzum 
ab) 

August 2002 

INDICATIONS AND 
USAGE 

HERCEPTIN should be used in patients whose tumors have 
been evaluated with an assay validated to predict HER2 
protein overexpression (see PRECAUTIONS : HER2 Testing 
and CLINICAL STUDIES : HER2 Detection ). 

Purinethol 
(6-Mercapto

purine) 
July 2004 

WARNINGS 
DOSAGE and 

ADMINISTRATI 
ONS 

Individuals who are homozygous for an inherited defect in the 
TPMT (thiopurine-S-methyltransferase) gene may be 
unusually sensitive to the myelosuppressive effects of 
mercaptopurine and prone to developing rapid bone 
marrow suppression following the initiation of treatment. 
…….. (see DOSAGE AND ADMINITRATION). 

Patients with inherited little or no thiopurine S
methyltransferase (TPMT) activity are at increased risk for 
severe PURINETHOL toxicity from conventional doses of 
mercaptopurine and generally require substantial dose 
reduction. The optimal starting dose for homozygous 
deficient patients has not been established (see CLINICAL 
PHARMACOLOGY, WARNINGS and PRECAUTIONS 
sections) 
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Turning the Table Around: Label Context




Biomarkers from 
Company A 

Biomarkers from 
Company B 
Biomarkers from 
Company C 
Biomarkers from 
Company D 
Biomarkers from 
Company E 
Biomarkers from 
Company F 

Predictive Safety 
Consortium 

Coordinated by 
C-Path Institute 

Qualification by 
Company A 

Qualification by 
Company B 
Qualification by 
Company C 
Qualification by 
Company D 
Qualification by 
Company E 
Qualification by 
Company F 

Logic of a Predictive Safety Testing Consortium 


