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Note, the analysis covers 69 rare disease products that were evaluated by the Transparency Commission between 2013 and 2024 
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Orphan drugs with natural history comparative arms, although being 
limited in number,  have been able to achieve relatively high prices. 
This is likely driven by strong clinical benefits and high unmet need, 

rather than the comparator type itself.
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Comparator choice – placebo, single arm, or standard-of-care (SoC) – 
appears to have limited impact on negotiated launch price. This 

su�ests that payers do recognize the difficulty of providing 
comparative data vs. SoC in rare diseases and may be willing to 

recognize value of novel treatments that address high unmet needs.
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Contact our Life Sciences experts to learn more.


