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Orphan drugs are increasingly under scrutiny by reimbursement bodies in Europe. This is due in part to the 
unexpected rise in the number of orphan drugs that received marketing authorization since 2000. The high 

prices of some orphan drugs and the budget constraints, affordability and sustainability of access to orphan drugs 
further contribute to the sometimes- negative spotlight on orphan drugs. However, one of the limitations in the 
current reimbursement pathways is the use of cost-effectiveness analyses to assist in the decision-making process. 
Increasingly, payers and policy makers highlight the need for alternative methods of assessing the value of orphan 
drugs and demonstrating their ongoing accessibility. A novel approach, using multi-criteria decision analysis, was 
developed to review orphan drugs. The framework has been tested with useful results. The strength and versatility of 
multi-criteria decision analysis is that it permits the different criteria to be assigned different weight based on their 
relevance to the hypothesis being tested. But one of the limitations is the lack of experience in the weighting of the 
criteria. In pursuance of in-depth insights on the weight that should be allocated to each criterion, an interactive 
web-based tool was developed that allowed respondents to complete by allocating the weights they thought suitable 
for each criterion. This presentation will provide the economic background in the provision of treatments for rare 
diseases, share some of the key economic and financial hurdles and provide the outcomes of the web-based tool and 
the perspectives gathered therefrom as well as suggest actions going forward in a bid to improve access to rare disease 
treatments while ensuring that they remain affordable and therefore ensuring sustainability in the future.
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