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France celebrates National Plan for Rare Diseases with symposium

One year following the adoption of the National Plan for Rare Diseases 2005-2008, the French Ministry of Health took the pulse of the measure with a day-long event dedicated to reviewing the initiatives undertaken in the past year and elaborating on projects underway for 2006 and beyond. In its initial goal to “ensure equity in the access to diagnosis, treatment and provision of care” for people suffering from rare diseases, the National Plan for Rare Diseases determined ten strategic priorities: increasing knowledge of the epidemiology of rare diseases; recognising the specificity of rare diseases; developing information for patients, health professionals and the general public concerning rare diseases; training professionals to better identify rare diseases; organising screening and access to diagnostic tests; improving access to treatment and the quality of healthcare provision for patients; continuing efforts in favour of orphan drugs; responding to the specific needs of accompaniment of people suffering from rare diseases and developing support for patients’ associations; promoting research and innovation on rare diseases, notably for treatments; and developing national and European partnerships in the domain of rare diseases. Addressing these specific goals, professionals in the field presented their efforts and achievements in a series of sessions.

Information

Information for health professionals and patients both within France and internationally is being ameliorated via a variety of initiatives. Orphanet, the European rare disease portal, saw a sharp increase in visits to its site. A revised format for the site is scheduled to appear in the autumn, offering a more user-friendly format, adapted to visitors with visual impairment. New facilities will also be available, including access to disease classifications and the possibility to query the database by disease category or by signs and symptoms. The help line Maladies Rares Info Service has collaborated with Orphanet in the production of information sheets on rare diseases destined for the general public, as well as participation in the study of a common framework for different telephone services to optimise the transmission of information, and the installation of a surveillance mechanism to identify the problems and difficulties – and thus needs – experienced by callers to the telephone help line. Another informational initiative is a pocket-size identity card created for patients needing specific medical attention, particularly useful in emergency situations. For rare disease patients, a half-dozen identity cards have thus far been designed. The card contains care instructions, including diagnostic, treatment, and contact person/institution details, as well as an information section, composed of a description and definition of the disease in question and a list of sources for further information. Information is equally available in English, designed for the travelling patient. 

Centres of reference

Centres of reference figured prominently on the agenda. In France, 67 centres of reference have thus far been designated for rare diseases. One hundred such centres are expected to be opened by the end of 2006. Efforts to coordinate on a pan-European level are also underway.

The needs of the disabled patient are being addressed via the organisation of “maisons départementales”. These regional centres provide a centralised resource designed to improve the management of the day-to-day existence of individuals living with disabilities. 

Research and epidemiology

In the research arena, the 2005 call for proposals under the Hospital Clinical Research Programme yielded 24 financed projects funded at more than €6 million over three years. The National Research Agency’s June 2005 call for proposals for rare diseases received 160 responses of which 35 were finally selected, with over €10 million total in financing granted. Other efforts include an ongoing call for proposals in collaboration with the Clinique de la Souris in Strasbourg for the creation of murine models of rare diseases, a partnership for the large capacity screening platform of Strasbourg, and extending the industrial partnership of ERDITI to enable academic groups access to pharmaceutical molecules to in order to evaluate their rare disease potential.

In terms of epidemiology, goals underway include the development of a coherent government policy for the surveillance of rare diseases. To this end, a nomenclature adapted to rare diseases is being developed, along with criteria to prioritise the surveillance of rare diseases.

The minister’s remarks
French Minister of Health Xavier Bertrand announced during his closing remarks the implementation of an accelerated process to pass legislative measures necessary for several of the recommendations made by the High Authority of Health concerning the treatment and management of rare diseases - notably the reimbursement of treatments that are not currently covered under France’s health insurance system.

The minister also called for a simplification of the procedures surrounding transport costs for patients treated in centres of reference. Mr. Bertrand evoked the Health Authority’s call to do away with the current law that requires a systematic re-examination every two years of patients with long-lasting rare diseases, acknowledging that the period for re-examination could be arranged between the treating physician and the patient.

The audience of health professionals, policy-makers, patient group representatives and media were permitted to posit questions or comments at the end of each session, making for a true exchange of information and ideas. Patient representatives brought into sharp relief the issues being discussed in their descriptions of the difficulties encountered in areas such as reimbursement, lack of existing diagnosis or treatment, and the cost of transport to existing centres of reference. The panel of professionals invited to speak took into account these comments, integrating them into the agenda for forthcoming actions.

[image: image2.png]


