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The creation of patient organizations over time
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Information shared by patients that helps to guide drug development
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How patient-centric registries and data repositories enable research
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How patient organizations help trial enrollment succeed
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Timeline of patient-centric data guidance at the FDA
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Inclusion of PROs in Phase III oncology rare clinical trials
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FDA approvals based on real world evidence (RWE), 2012–2022
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Patient organization contribution to health technology assessments across 
all countries and by therapy area in select EU and Commonwealth countries
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Real World Data sources
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Real World Data possible uses
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Examples of RWE throughout the product lifecycle
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Data is generated for administrative-patient management purposes, not for 
analytical-scientific ones
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Real World Data challenges - FAIR
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International examples
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EU HTA and its orphan impact
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Three pillars of rare disease launch excellence
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Addressing the three populations of rare disease opportunity
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Thank you!


