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Rare diseases present persistent challenges for therapeutic development due to small patient populations, clinical heterogeneity, and limited commercial incentives. Although biological understanding has advanced, traditional safety and efficacy development pathways remain
slow and resource-intensive. Drug repurposing offers a pragmatic alternative by leveraging existing pharmacologic and toxicologic knowledge. However, most repurposing efforts prioritize biological plausibility while underutilizing structured safety and outcomes evidence. thematic Segmentatiﬂn
Toxicological exposure limits, organ-specific liabilities, and real-world safety signals are rarely integrated with health economic and outcomes research (HEOR) data during early candidate evaluation.
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Objective Case study rationale Integrated cross-domain evidence framework
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