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RealiseD represents genuine 
patient partnership in 
methodological and operational 
clinical trial innovation.

Through this process, RealiseD 
leads with a commitment to 
innovations for a patient–centered 
and regulator-accepted clinical 
trial ecosystem for RDs and URDs.
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CONCLUSIONSBACKGROUND

RealiseD —compRehensive 
mEthodological and operational 
Approach to cLinical trIalS in 
ultra-rarE Diseases— is a public 
private partnership addressing a 
critical gap as 95% of rare and 
ultra-rare diseases (RD and URD) 
lack effective treatments, and 
traditional clinical trial approaches 
often fail.

Bringing together 50 partners from 
14 countries, RealiseD advances 
multistakeholder co-creation, with 
patient organisations working 
alongside regulators, HTA bodies, 
academia, clinicians, and industry 
to redefine the RD and URD clinical 
trial landscape. Through real world 
clinical use cases, RealiseD 
innovates standards in clinical trial 
design and execution and 
statistical innovation, with 
regulatory and HTA dialogue, 
multistakeholder collaboration, and 
patient engagement.

GOALS

▪ Co-create cutting-edge operational and methodological tools  

▪ Apply methodologic innovations to real-world clinical use 
cases including rare blood, bone, epilepsy, and eye disorders 

▪ Partner with European Reference Networks (ERNs) to build 
a clinical trial site network and streamline patient 
identification and enrolment.

▪ Accelerate equitable therapeutic development and identify 
patient-relevant endpoints to improve outcomes.

▪ Establish new standards for clinical trials in RDs and URDs, 
increasing uptake and implementation through early and 
continued multistakeholder dialogue.

To achieve these goals, patient engagement and 
multistakeholder collaboration are embedded across RealiseD. 
A Patient Advisory Group (PAG) has been established including 
34 patient representatives from 23 patient organisations in 10 
countries, complemented by European Patient Advocacy 
Groups (ePAG) members from collaborating ERNs and other 
people living with rare diseases (PLWRD). Engagement takes 
place through dedicated multistakeholder meetings and 
activities including webinars, communications, publications, and 
plain language summary materials. This co-creation approach 
guides the development of practical playbooks to support 
sustainable impact on clinical trial design and implementation.
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