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Preliminary Program

h.  8,30 a.m.  Registration to the meeting

h.  9.00 a.m.
OPENING – Welcome of Authorities – Apertura dei lavori – Saluto delle Autorità 

Hereditary Ataxias & Experimental Therapies 

        Hereditary Ataxias & Experimental Therapies         
h.  9.15 a.m  Atassie ereditarie e terapie sperimentali

         Prof. M. Pandolfo – Bruxelles

h.  9.45 a.m. Frataxin Protein Expression and diagnostic methods at B.I.R.D.

Fratassina  ricombinante e nuove metodiche diagnostiche al B.I.R.D.

Dott.ssa C. Lapucci - Vicenza
Neurodegenerative Disorders: Lesch–Nyhan Syndrome  

chairman  Prof.  P. Gasparini - Trieste
h.10.00 a.m. Lesch-Nyhan Sindrome, genetics and therapy


Sindrome di Lesch-Nyhan, aspetti genetici e terapeutici

Prof. W.Nyhan - San Diego

h.10.30 a.m. Experimental therapies for Lesch-Nyhan Disease

Terapie sperimentali per la Sindrome di Lesch Nyhan 

Prof. H.A. Jinnah - Baltimora  

h.11.00 a.m.
Break

h.11.15 a.m. Research on Lesch-Nyhan Diagnosis at B.I.R.D.


         Adenosinergic system study in LNS syndrome.

Lesch-Nyhan: ricerca e diagnosi presso l’Istituto B.I.R.D.


Dr. M. Bertelli - Vicenza
Other rare diseases

h.   11.30 p.m.
Rare oncogenetic diseases as model to study more common                       
oncologic diseases 



Malattie rare tumorali come modello per lo studio di neoplasie più 

                     
comuni



Prof.ssa B. Pasini – Torino  
h.   12.00 p.m.
Functional studies of Lafora diseases  and other disorder, TSC- 

LAM



Studi funzionali sull’Epilessia di Lafora e su altre malattie quali                     
Sclerosi Tuberosa e Linfangioleiomiomatosi



Dott.ssa L. Ianzano – Vicenza

h.    12.20 p.m. break 

Motoneuron Diseases: Genetics and Therapies  

Chairman Prof. M. Pandolfo - Bruxelles

h.   2.00 p.m.   Spinal muscular atrophy (SMA) disease affects the composition 

of sub-nuclear compartment gems/Cajal bodies and its 

implication for therapeutics in SMA
Implicazione delle gemme/corpi di Cajal nell’Atrofia muscolare             spinale (SMA). 

Dott.ssa S. Lefebvre – Paris

h.   2.30 p.m.
Spinal muscular atrophy therapeutic approaches; recent 

                     
progress in pharmacologic gene induction



Atrofia muscolare spinale: approcci terapeutici e progressi recenti i
in ambito farmacogenetico



Prof. A. Mackenzie – Ottawa Canada

h.   3.00 p.m.
Amiotrophic Lateral Sclerosis: stem cells therapy


 
Sclerosi Laterale Amiotrofica: cellule staminali come possible 

                      
terapia



Prof.ssa L. Mazzini - Novara

h.   3.30 p.m.
Lentiviral Vectors and Adenoassociated Vectors for Motoneuron Gene Therapy
Vettori Lentivirali ed Adenoassociati per la Terapia Genica dei Motoneuroni.



Prof. P. Aebischer, Dott. C. Raoul– Lausanne

h. 4.00 p.m.   Recombinant proteins production and new therapeutical 




prospectives

Produzione di proteine ricombinanti e nuove prospettive terapeutiche



Dr. A. Fabbri – Vicenza
h.   4.20 p.m.
Break

Methachromatic Leucodistrophy and other metabolic disorders

Chairman Prof. M. Pandolfo – Bruxelles
h.   4.40 p.m.  Exsperimental Therapies in MLD



Terapie sperimentali nella Leucodistrofia Metacromatica


  Prof. V. Gieselmann,  Dr. U. Matzner – Bonn

h.    5.10 p.m. 
Gene Therapy in MLD


Terapia genica della Leucodistrofia Metacromatica



Dr.ssa M. Sessa, A. Biffi – Milano  

h.   5.40 p.m.
Substrate Reduction Therapy in Sphingolipidosis


Terapia enzimatica nelle sfingolipidosi



Dr. B. Bembi – Trieste

h.   6.10 p.m.
Gene therapy with viral vectors for the treatment of the ALD 


Terapia genica mediante vettori virali dell’Adrenoleucodistrofia

Dott. R. Mastroeni - Lausanne
h.   6.30 p.m.  Round Table:experimental therapies and orphan drugs

h.   7.30 p.m.  Conclusions
