Trends in US payer management of

competitive rare disease

In recent years, the number of rare diseases with multiple approved therapies has skyrocketed. In 2015, there
were seven rare diseases with >three approved therapies; in 2025, the number has increased to 54. In some
categories, the competition for a relatively small number of potential patients is significant; for example, HAE has
six approved brands for prophylaxis and only ~9,000 US patients.

Increasing spend on rare disease

* In 2024, 72% of FDA-approved drugs had * Increasing rare disease category spend,
Orphan Drug Designation seen as unsustainable
» Average launch prices for orphan drugs are » Payers opting to manage categories with
7x higher than non-orphan drugs even modest competition
+ In 2022, 19 of the 100 Rx drugs with the highest annual * Increased contracting in rare disease
net sales were approved only for rare diseases « More restrictive management, including PA to
* 1in 10 Americans suffers from a rare disease, ~30M trial inclusion/exclusion criteria and exclusions

To understand predictors of differential payer management and identify strategies manufacturers can
deploy to ensure favorable access, CRA examined several competitive rare disease analogues

Summary of payer management of select rare disease classes

Class U g?ﬁe‘:‘fts apr‘:)?';)efed _ Ec):(ltuﬁ?éacl’f pR;;‘c :TZ:ZL diorontia
brands differentiation management
HAE 9,000 6 (prophy) Low-moderate $600-700K HIGH
NMOSD 22,000 4 + biosim Moderate $125-750K HIGH
DMD 15,000 8 High <$100K -$3.2M Low
Gaucher 6,000 5 Low $175-600K HIGH

Drivers of favorable access
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