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Orphan drug (OD) is one of the best issues to integrate historically layered
and segmented social/ethical assessment approaches including ELSI, HTA and pTA.
Patient-/citizen-led engagement in OD R&D requires different collaborative and co-creative tools and
methods by utilizing arts and design, digital technologies, and communication strategies for social
innovation and learning. The process design also suggests that researchers should positively and
continuously commit to the engagement on equal footing with other stakeholders. In future it would

be important to study mapping wider socio-medical models and connect with research on patient
reported outcome (PRO).
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IRDIRC The International Rare Diseases Research Consortium
PACC (Patient Advocacy Constituent Committee) Undiagnosed
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Patient Reported Outcome PRO

World Orphan Drug Congress 2019
“ JAPAN: Patient Reported Outcome efforts to help clinical development and
company-patient relationships in Japan” IRDIRC 2019
“ ldentification of barriers to patient participation in RD
research and recommendations to remove them”
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The Economist Intelligence Unit “ Creating
healthy partnerships: the role of patient value and patient-centred care in health
systems” oD 2018
EUPATI European Patients’ Academy on Therapeutic Innovation
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Conference on Rare Diseases & Orphan Products IRDIiRC International Rare Diseases
Research Consortium  World Orphan Drug Congress
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Rare Disease Day

NORD Summit Rare Disease International-CORD
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