Final Program (as of 23/05)
7th Japanese-French Workshop on

“Development of Molecular Therapy toward Muscular Dystrophy” 

Sho-nan International Village – Hayama - Kanagawa

8 – 9 June 2007

Friday, 8 June 2007

9:00 - 9:30: Registration

9:30 - 9:45: Opening

Hideo Sugita, President Emeritus, NCNP
Michel Fardeau, Institut de Myology
9:45 - 10:30: Special lecture
Pascale Guicheney, chairman
Osamu Nureki
Department of Biological Information, Graduate School of Bioscience and Biotechnology, Tokyo Institute of Technology
Structural basis for dynamic mechanism of protein function

Day 1  Progress in Myology

----------------------------------------------------------------------------------------------------------

10:30 - 12:00: Session 1 / Emery-Dreifuss muscular dystrophy

Yukiko K. Hayashi, chairman
Valérie Decostre1,2, Takuro Arimura1,2,3, Antoine Muchir4, Lara Khouzami5, Alexandra Belus6, Saskia Schlossarek7, Shaïda Varnous1,2, Christophe Adamy5, Muriel Durand8, Nicolas Guerchet8, Gabriele Candiani5, Catherine Massart1,2, Paul Pavlidis4, Alan J. Herron4, Françoise Fougerousse8, Corrado Poggesi6, Lucie Carrier7, Howard J. Worman4, Françoise Pecker5, Gisèle Bonne1,2,9
1Institut National de la Santé et de la Recherche Médicale, U582, Institut de Myologie, Paris F-75013, France

2Université Pierre et Marie Curie-Paris 6, Faculté de médecine, Paris F-75013, France

3Present address: Department of Molecular Pathogenesis, Medical Research Institute, Tokyo Medical and Dental University, Tokyo 101-0062, Japan

4Columbia University, New York, USA

5Inserm U581, Hopital Henri Mondor, Créteil, France

6Università degli Studi di Firenze, Florence, Italy

7University Medical Center Hamburg-Eppendorf, Hamburg, Germany

8Généthon, Evry, France

9AP-HP, Groupe Hospitalier Pitié-Salpêtrière, U.F. Myogénétique et Cardiogénétique, service de Biochimie Métabolique, Paris F-75013, France

Striated muscle investigation of a KI-Lmna mouse model of Emery-Dreifuss muscular dystrophy and effect of the N-acetyl-L-cysteine treatment

Takuro ARIMURA1, Gisèle BONNE2,3,4, Akinori KIMURA
1Department of Molecular Pathogenesis, Medical Research Institute, Tokyo Medical and Dental University, Tokyo, Japan
2Institut National de la Santé et de la Recherche Médicale, U582, Institut de Myologie, Paris, France
3Université Pierre et Marie Curie - Paris 6, Faculté de médecine, Paris, France
4AP-HP, Groupe hospitalier Pitié-Salpêtrière, U.F. Myogénétique et Cardiogénétique, service de Biochimie B, Paris, France
Gender difference in an animal model of Emery-Dreifuss muscular dystrophy
Yukiko K. Hayashi

National Institute of Neuroscience, NCNP, Tokyo, Japan

Nuclear abnormalities in nuclear envelopathy

12:00 - 13:00: Lunch

13:00 - 14:30: Session 2 / Neuromuscular junctions and congenital myasthenic syndrome / myasthenia gravis

Daniel Hantaï, chairman
P Soltanzadeh1, P Richard1,3, S Bauché1, K Gaudon1,3, L Schaeffer4, R Herbst5, M Ilkhani6, J Koenig1, B Eymard1,2, D Hantaï 1

1Inserm U582, 2Neuromuscular Clinics/Institute of Myology, 3Cardiogenetics and Myogenetics, Pitié-Salpêtrière Hospital , Paris, France

4École Normale Supérieure, CNRS/ENS UMR 5161 & IFR128, Lyon, France

5Herbst, Ruth, Medical University of Vienna, Center for Brain Research, Vienna, Austria

6Ilkhani, Manouchehr, Shahid Beheshti University of Medical Sciences, Department of Neurology, Tehran, Islamic Republic of Iran

Congenital myasthenic syndrome caused by homozygosity for a MUSK missense mutation

Yuji Yamanashi

Medical Research Institute, Tokyo Medical and Dental University

Dok-7/MuSK signaling and a congenital myasthenic syndrome

Kazuhiro Shigemoto
Department of Preventive Medicine, Ehime University School of Medicine, Ehime, Japan

Myasthenia gravis induced by autoantibodies against MuSK

14:30 - 15:30: Session 3-1 / Congenital muscular dystrophy-1
Tatsushi Toda, chairman
Tatsushi Toda, Tomohiro Chiyonobu, Mariko Taniguchi
Division of Clinical Genetics, Osaka University Graduate School of Medicine
Recent advance in Fukuyama CMD
Tomoko Yamamoto1, Yoichiro Kato1, Motoko Kawaguchi-Niida1, Noriyuki Shibata1, 

Makiko Osawa2, Kayoko Saito3, Stephan Kröger 4, Makio Kobayashi1
1Department of Pathology, Tokyo Women’s Medical University

2Department of Pediatrics, Tokyo Women’s Medical University

3Institute of Medical Genetics, Tokyo Women’s Medical University

4Molecular Cell Biology, Lausitz University of Applied Sciences, German

Characteristics of neuron and glia in the brain of Fukuyama type congenital muscular dystrophy

15:30 - 15:45: Coffee break

15:45 - 17:15: Session 3-2 / Congenital muscular dystrophy-2
Makiko Osawa, chairman

H. Manya, K. Akasaka-Manya, Tamao Endo
Tokyo Metropolitan Institute of Gerontology, Itabashi-ku, Tokyo 173-0015, Japan

Biochemical approach to -dystroglycanopathies

Akiko Yanagisawa1,2, Céline Bouchet 3, Peter Y. K. Van den Bergh4, Jean-Marie Cuisset5, Louis Viollet6, France Leturcq7, Norma B. Romero1,2,8, Susana Quijano-Roy1,2,9, Michel Fardeau1,2, Nathalie Seta3, Pascale Guicheney1,2
1Inserm, U582, Institut de Myologie, Groupe Hospitalier Pitié-Salpêtrière, F-75013 Paris, France

2Université Pierre et Marie Curie-Paris 6, UMR S 582, IFR 14, F-75013 Paris, France

3AP-HP, Hôpital Bichat-Claude Bernard, Biochimie Métabolique, F-75018 Paris, France

4Service de Neurologie, Centre de Référence Neuromusculaire, Cliniques universitaires Saint-Luc, Université catholique de Louvain, Brussels, Belgium

5Maladies Neuromusculaires de l'Enfant, Hôpital Roger Salengro, Lille, France
6Inserm, U781, Hôpital Necker-Enfants Malades, F-75015 Paris, France
7AP-HP, Hôpital Cochin, Biochimie et Génétique Moléculaire, F-75014 Paris, France
8AP-HP, Hôpital Pitié-Salpêtrière, F-75013 Paris, France

9AP-HP, Hôpital Raymond Poincaré, Pédiatrie, F-92380 Garches, France

New POMT2 mutations causing congenital muscular dystrophy with mental retardation and microcephaly: identification of a founder mutation

S. Quijano-Roy1,2,3,4, V. Allamand2,3,4, N. Riahi1, , N. Essid1, C. Gartioux2,3,4,  L. Briñas2,3, D. Leclair-Richard1, R. Zeller6, C. Ledeuil5, M.C. Commare4, L. Viollet2,4, C. Bonnemann7, M. Mayer4, D. Chaigne4, F. Renault4, A. Barois1, A. Ferreiro2,3, N.B. Romero2,3,4, P. Richard2,3,5, P. Guicheney2,3,4, B. Estournet1,4
1AP-HP, Service de Pédiatrie, Hôpital Raymond Poincaré, Garches, France

2Inserm, U582, Institut de Myologie, Paris, France

3Université Pierre et Marie Curie-Paris 6, UMR-S582, IFR14, Paris, France

4Réseau Français de Recherche sur les Dystrophies Musculaires Congénitales

5AP-HP, Unité Fonctionnelle de Cardiogénétique et Myogénétique, Service de Biochimie Métabolique, Groupe Hosp. Pitié-Salpêtrière, Paris, France

6AP-HP, Service de Chirurgie Orthopédique, Hôpital Saint-Vincent de Paul, Paris, France.

7Division of Neurology, The Children’s Hospital of Philadelphia, University of Pennsylvania School of Medicine, Philadelphia, PA, USA

Predictive factors of severity and management of respiratory and orthopaedic complications in 16 Ullrich CMD patients (UCMD)

17:15 - 18:45: Session 4 / Advances in research for other muscle diseases
Ichizo Nishino, chairman
Ichizo Nishino, May Christine V. Malicdan, Yukiko K. Hayashi, Ikuya Nonaka, Satoru Noguchi
National Institute of Neuroscience, NCNP

Mouse model for distal myopathy with rimmed vacuoles /hereditary inclusion body myopathy
Pascale Guicheney1, Marc Bitoun1, Dirk Fischer1, Jorge A. Bevilacqua1, Svetlana Maugenre1, Bernard Prudhon1, Taratuto Ana Lia2, Fabiana Lubienecki2, Soledad Monges2, Emmanuelle Uro-Coste3, Claude Cances4, Michel Fardeau1, Bruno Eymard1, Norma B. Romero1
1Inserm U582, Institut de Myology, Paris. France

2Hospital Nacional de Pediatría J.P. Garrahan, Buenos Aires, Argentina

3Service d’Anatomie Pathologique, CHU Rangueil, Toulouse, France

4Unité de neurologie pédiatrique, Hôpital d'Enfants, Toulouse, France

Dynamin2 involvement in centronuclear myopathy

Naoki Suzuki1,2, Norio Motohashi2, Yuko Miyagoe-Suzuki2, Tetsuhiko Yoshimura3, Yasuto Itoyama1, Masashi Aoki1, Shin’ichi Takeda2
1Department of Neurology, Tohoku University School of Medicine, Japan 
2Department of Molecular Therapy, National Institute of Neuroscience, National Center of Neurology and Psychiatry, Japan
3Project of Biofunctional Reactive Species, Yamagata Promotional Organization of Industrial Technology, Japan

Nitric oxide production results in disuse-induced muscle atrophy through dislocation of neuronal nitric oxide synthase
19:00 - 21:00: Reception

Saturday, 9 June 2007

8:00 - 8:45: Registration

Day 2  Molecular Therapy toward Muscular Dystrophy
-------------------------------------------------------------------------------------------

8:45 - 9:45: Session 5 / Registration/Data base/Evaluation of motor function of muscular dystrophy patients 

Teruo Shimizu, chairman
Susumu Shin-no1, Katsunori Tatara2
1Toneyama National Hospital

2Tokushima National Hospital
Clinico-social problems in chronic care facilities for muscular dystrophy in Japan

Mitsuru Kawai
Higashi-saitama National Hospital
Designing Clinical Research in Muscular Dystrophy---Are we prepared? 
9:45 - 11:45: Session 6 / Gene targeted therapy
Luis Garcia, chairman
Shin’ichi Takeda, chairman 

Adeline Vulin1,2, Aurélie Goyenvalle1, Inès Barthélémy2, Jean-Laurent Thibaud2,

Pierre Carlier3, Stéphanie Lorain1, Jon Wolff4, Patrick Dreyfus1, Olivier Danos5,

Stéphane Blot2 and Luis Garcia1
1Genethon & CNRS UMR 8115, 1 rue de l’Internationale, Evry, France

2Laboratoire de Neurobiologie ENVA, 7 Avenue du Général de Gaulle, Maisons Alfort, France

3Laboratoire RMN AIM-CEA, Institut de Myologie, Hôpital Pitié-Salpétrière, Paris, France

4Waisman Center, Dept of Pediatrics and Dept of Medical Genetics, University of Wisconsin at Madison, Madison, WI 53705, USA

5Inserm U781, Hôpital Necker-Enfants Malades, Paris, France
Muscle function recovery in dystrophic dog after exon skipping gene therapy
Toshifumi Yokota

Center for Genetic Medicine Research Children's National Medical Center, Washington, District of Columbia, USA

Morpholino-mediated exon skipping restores dystrophin expression in body-wide skeletal muscles in DMD dogs

En Kimura

Department of Neurology, Kumamoto University Graduate School of Medical Sciences, Kumamoto, Japan

Adenoviral and Lentiviral mediated gene therapies for Duchenne muscular dystrophy model

Shin’ichi Takeda
National Institute of Neuroscience, NCNP
AAV vector-mediated approaches to dystrophic dogs

11:45 - 13:00: Lunch
13:00 - 15:00: Session 7 / Cell-mediated therapy
MY. Fiszman, chairman
G. BUTLER-BROWNE, chairman
E. NEGRONI 1, I. RIEDERER1, V. MOULY1, J. DI SANTO2, Y. TORRENTE3, and 

G. BUTLER-BROWNE1
1Inserm UMR787, Institut de Myologie, UPMC Paris6, Paris, France

2Institut Pasteur Paris, France

3IRCCS Fondazione Policlinico di Milano, Department of Neurological Sciences, University of Milan, Via Sforza 35, 20122 Milan, Italy

In vivo myogenic potential of human AC133 muscle-derived stem cells
Akihiro Umezawa

National Institute for Child Health and Development, Tokyo

Menstrual Blood-derived Cells Confer Human Dystrophin Expression in the Murine Model of Duchenne Muscular Dystrophy via Cell Fusion

C. Baligand1, K. Vauchez2, C. Praud2, JT. Vilquin2, P. Carlier1 and MY. Fiszman2
1NMR laboratory AIM-CEA, Institut de Myologie, Paris, France

2Inserm U582, Institut de Myologie, UPMC Paris6, Paris, France

Use of non invasive methodology to identify transplanted muscle cells

D Furling, A. Bigot, I. Holt, G. Morris, G. Butler-Browne and V. Mouly

UMRS787 - Institute of Myology; Inserm / University ParisVI ; Paris, France

Premature senescence of satellite cells in myotonic dystrophy (DM1)

15:00 - 15:15: Coffee break
15:15 - 16:15: Session 8 / Drug investment including myostatin blockade
Yoshihide Sunada, chairman
Yoshihide Sunada

Department of Neurology, Kawasaki Medical School

Inhibition of myostatin signaling through type I and type II myostatin receptors
Kunihiro Tsuchida

Division for Therapies Against Intractable Diseases, Institute for Comprehensive Medical Science, Fujita Health University

Myostatin inhibition by follistatin-derived peptide ameliorates pathophysiology of muscular dystrophy model mice

16:15 - 16:30: Closing Remarks

Marc Y. Fiszman, Institut de Myology
Shin’ichi Takeda, NCNP
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