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Summary :
Prevalence data from the monitoring system established in Veneto Region, Italy, since 2002 allow a rough estimation of the costs related to orphan medical products for rare disorders patients. The impact on the regional and national system is not negligible due to the high costs of this treatments and to the increasing number of patients eligible to therapy. A challenge concerning sustainability of this system in the near future is arising.

Text :
In recent years, in the US and Europe, incentives provided by orphan drug legislation have resulted in the development of innovative therapies for a number of rare diseases. In the EU, a drug will receive orphan status designation if it is intended for the diagnosis, prevention, or treatment of a life-threatening or chronically debilitating condition affecting less than 5 person per 10,000. This definition can be extended to more frequently occurring diseases if they are life-threatening, seriously debilitating or if the return on the marketing would not be expected to justify the investment in development. 
The number of orphan applications at COMP has increased steadily; 382 orphan designations have been granted until October 2006, covering 319 different medicinal products proposed for 192 different conditions. 70 out of 382 (18%) orphan designations have been approved for RD reported in the Italian reference list, issued in 2001. In Italy OMP are reimbursed by the National Health System. Using prevalence data provided by the monitoring system established in Veneto Region, 4,5 million inhabitants, we estimate the impact of OMP expense on the regional health system. For our Region we estimated a global expense of 58 million euros in the last year. As an example, 16 patients affected by Fabry disease are enrolled in the Regional Register, 3 were excluded due to too recent registration. Considering that the annual average cost for ERT is 185,000 euros person/year, we estimate a global expense at enlarged EU level of 318 million euros/year. 
Some critical points emerge in the process of designation: prevalence-slicing effect, lack of precise information on number of eligible patients, widening of indication after availability on the market. The potential effect on health care systems due to high cost treatments and increasing number of eligible patients needs to be evaluated in terms of sustainability.
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