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BACKGROUND RESULTS

Figure 1: The 2022 Food and Drug Administration (FDA) four-part Taple 1: Identification of patient priorities (HCs), alignment with fit-for-purpose COls, and selection of appropriate COAs
guidance on Patient-Focused Drug Development (PFDD)
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APPROACH Figure 2: Stakeholder feedback and incorporation into protocol Figure 3: Patient-Centered Core COA protocol
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*COAs suggested by FDA at the CPIM

CONCLUSION

FDA’s PFDD-aligned approach that yields a shareable fit-for-purpose toolkit of COI-COA panel and a disease-specific protocol for rare disease drug development.
= By incorporating patient/caregiver perspectives and lived experiences at early stages, the approach embeds patient-centricity at the core of rare disease clinical trial design.
= Protocol application in a prospective study will yield a rigorous longitudinal COA data applicable as a control cohort for future clinical trials.
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