Report from the 5th International Assembly 
of the World Alliance of Neuromuscular Disorder Associations (WANDA)
Istanbul, 2006
WANDA (founded in 1990) meets every four years with the International Congress on Neuromuscular Diseases (ICNMD), most recently holding its 5th Assembly in Istanbul, Turkey, on 5th July. 

An afternoon-evening symposium enabled WANDA speakers to explain their activities to ICNMD delegates, patients, carers and families of affected persons.  Entitled, “Roadmap to Treatment”, it considered three groups of people representing patients, scientific and medical researchers and the pharmaceutical industry, travelling roads towards a single destination, successful treatment of neuromuscular disorders (NMDs).

Profs Coşkun ÖZDEMİR, founder of the Turkish muscular dystrophy association, and Piraye SERDAROĞLU, President of WANDA, opened the symposium opened the symposium and welcomed participants.  They were followed by Ysbrand POORTMAN, whose indefatigable promotion of national and international NMD self-help groups has been inspired by having a daughter with spinal muscular atrophy.  His involvement in the founding of WANDA, qualified him well to reiterate its main objectives:

•
to organise meetings every four years,

•
to encourage the formation of new NMD associations,

•
to assist information exchange and collaboration between NMD associations, and

•
to promote strategies for better care and services for people with NMDs.

He recalled how hard it had been to obtain the correct diagnosis for his young daughter in 1970 compared with present knowledge due to international and interdisciplinary research collaboration, to new technological advances (including experimentation on genetically-manipulated animals), to increasing support from governments and to an enormous boost in private funding. He emphasised the need for still more money, and good luck, to reach our goals in NMD research.

First speaker of the session was Dr Serge BRAUN, research director of the Association Française contre les Myopathies (AFM), who told of vast sums raised by the AFM Telethon (averaging at least 100 million Euros each year). For 2006 their budget is 123 million Euros, over 50% going to research and development, some 30% into services, 10% towards future fundraising and only 8% being consumed by administrative costs.  This income funds some 450 new research projects and 100 fellowships per year, for both basic and clinical research at universities and in industry, in France, elsewhere in Europe and Worldwide. Furthermore, AFM operates its own research centre, Généthon, on the outskirts of Paris. Since most NMDs are due to gene defects, genetic research has been the major strategy of AFM, leading to many breakthroughs in diagnostics and, it is now expected, towards gene therapy.  Généthon’s research has not been restricted to the genetics of NMDs but, for the benefit of everyone, has made a huge contribution towards deciphering the whole human genome (incidentally finding more than 150 genes associated with NMDs along the way).  Dr. BRAUN emphasised “the power of patients/parents” in running organisations such as AFM and encouraged those in other NMD associations to:

•
serve on the boards of research institutions,

•
participate in clinical trials, and then,

•
help to publicise the results as soon as possible.

The following speaker was Peter STRENG, a member of the board of the European Neuromuscular Centre (ENMC), a research and information organisation founded and financed by European NMD associations.  Between 1990 and 2005, ENMC arranged 138 international workshops which established 18 groups of experts and defined specific diagnostic criteria for different NMDs.  Each workshop has produced both scientific and lay reports with 225 publications in total that include pamphlets for patient groups and booklets for the scientific and medical professions. 

Next, Prof Katie BUSHBY revealed some extraordinary news.  The European Union had just granted 10 million Euros for a project known as “TREAT-NMD”, that she and Prof Volker STRAUB of Newcastle-upon-Tyne University had proposed with help from ACIES (a French research and development consultancy company), AFM and ENMC.  It will facilitate sharing of expertise between academic researchers and industrial partners, development of better technological and methodological tools including animal models, databases, bio-banks, accurately diagnosed patient groups and methods for efficacy assessment to accelerate progress towards new therapies for rare NMDs.  In essence, the project provides another excellent illustration of WANDA’s “Roadmap” involving 21 partners that include national groupings, research and clinical organisations, charities and industry.  A “Network of Excellence” will be created with eight study sections, each directed by a leader:

•
The Swiss pharmaceutical company Santhera will lead a section, “Animal and Cell Studies”.

•
AFM will lead a section on “Production and Toxicology” of potential therapeutic agents so that time to clinical use can be minimised.

•
The University of Leiden will lead a section entitled, “Targeting to Muscle”. 

•
The German Muscular Dystrophy Network (MD-NET) will lead two sections, “Databases, Registries and Bio-banks” and “Co-ordination Clinical Trials”. 

•
The University of Stockholm will lead a section on “Standardisation of Diagnosis and Care”. 

•
Telethon will lead a section investigating “Outcome Measures”.

•
ENMC will lead a section on “The Ethical and Patient Environment”.

Individuals with NMDs and their families often campaign for their own specific diseases, as has Elizabeth VROOM, a Duchenne mother from the Dutch Parent Project.  She reviewed the role of the umbrella organisation, United Parent Project Muscular Dystrophy (UPPMD), in providing publicity, funding research, lobbying governments, forming networks and encouraging participation in clinical trials (while at the same time discouraging people from entering unsanctioned and uncontrolled trials).  She suggested that an initial charitable investment was a worthwhile way to encourage venture capital into a pharmaceutical company that had a promising product.

Generally, big pharmaceutical companies develop and produce drugs for common conditions while the challenge of seeking therapies for rare NMDs is taken up by smaller enterprises. Dr Thomas MEIER, from one of these, Santhera, reported on current studies with idebenon, an antioxidant that might be useful in treating both Friedreich’s ataxia and Duchenne MD. He subtitled his presentation, “collaboration between industry and patient organisations” and acknowledged support from both UPPMD and the German parent/patient organisation, “aktion benni & co e.V.”  Next, a brave and articulate young woman, Maryze SCHOENVELD VAN DER LINDE, gave a dramatic account of the development of therapy for Pompe’s disease from her point of view as an affected person.  Already in 1996 the small Dutch company Pharming was able to produce the enzyme missing in Pompe’s disease using gene-manipulated rabbits.  Later the project was taken over by the much larger pharmaceutical company, Genzyme, who used transgenic cell cultures for further development.  Hans SCHIKAN, Vice-CEO of Genzyme, then explained how the final product Myozyme was brought to readiness for marketing last April, with industry, patient/parent organisations, the University of Rotterdam and the Government of the Netherlands all playing essential parts.  Myozyme has already saved many lives and helped others while Pompe’s disease has become the ray of hope for all researchers, clinicians, parents, patients and representatives of industry who are still battling the way along their own roads towards therapy of other NMDs. 

After a break for refreshments, the evening session continued with exciting accounts by representatives of various patient/parent organisations from around the world. Some of them already have a long and successful history, like the Muscular Dystrophy Association of South Australia that organised the 9th ICNMD and the 3rd International Assembly of WANDA in Adelaide, Australia, in 1998.  Others, like China, are still in their beginnings.  WANDA is trying to assist these organisations in their endeavours.

In Istanbul it was decided that the 12th ICNMD and, with it, the 6th International Assembly of WANDA, will be held in Naples, Italy, in 2010, to be organised by Prof Giovanni Nigro.
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