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1. Measuring Therapeutic Success 

Outcome Measures EB – Overview 

D. Murrell, Sidney 

Outcome MeasuresIchthyoses – Overview 

K. Choate/L. Milstone, New Haven 

Trial Design for Rare Diseases - Statistics 

N.N. 

Trial Design for Rare Diseases – Toxicology, FDA/EMA-regulations 

N.N. 

2. Therapeutic advances – New pathomechanisms as a source of novel therapeutic targets 

Theme 1 

N.N. 

Theme 2 

N.N. 

Metabolic aspects: Benitah S, Barcelona 

Lipid therapies 

P. Elias, San Francisco 

3. Therapeutic advances – clinical trials 

Small molecules 

V. Wally, Salzburg; L. Bruckner-Tuderman, Freiburg 

Proteins/Peptides 

P. Marinkovich 

Gene replacement 

M. De Luca, Modena 

Nucleases 

J. Reichelt, Salzburg 

Biologics: Paller, Chicago 


