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Conclusion

These findings highlight a critical 
knowledge gap: there is little to no 
published evidence on the experiences of 
patients with rare diseases and their 
caregivers, in registry participation and 
engagement. Combined with insights from 
the workshop, this indicates the need to 
collect patient and caregiver perspectives. 
These perspectives are essential to inform 
patient-centered engagement strategies 
that support recruitment, retention, and the 
long-term success of rare disease registries.
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Registries are an essential research tool for 
advancing rare disease diagnosis, management, 
treatment, and long-term outcomes. 
Registry engagement and participation can pose 
important administrative, logistical, and privacy-
related burdens.1–3. Nevertheless, patients with 
rare diseases, and their caregivers, experience 
meaningful benefits, including contributing to 
research and advocacy, gaining access to 
information, and connecting with support 
networks.
Understanding the characteristics of the burdens 
and benefits is essential to informing registry 
design, improving user experience, and ultimately 
strengthening participation and retention.

We aimed to explore key themes 
related to registry engagement and 
participation, including motivators, 
benefits, facilitators, and enablers 
of recruitment and retention, as 
well as burdens, barriers, and 
challenges.

Our approach consisted of two complementary steps:
1. Stakeholder Workshop: As part of a Rare Disease 
Summit, Oracle Life Sciences (OLS) hosted a 
workshop titled “Unlocking Registry Success – Best 
Practices for Patient Engagement”. The session 
explored effective strategies for identifying, 
recruiting, and retaining patients in rare disease 
registries, with an emphasis on fostering meaningful 
and sustained engagement. Seven summit attendees 
participated, representing a diverse mix of 
stakeholders: patients, leaders from patient advocacy 
organizations, a clinician, a representative from a life 
sciences company, and OLS experts in registry design 
and operations.
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Insights from the Stakeholder Workshop
The workshop was conducted in two 90-minutes sessions, guided by several open questions that stimulated 
discussions around recruitment, long-term engagement, and co-creation. During these discussions, four thematic 
domains were identified as critical motivators to drive recruitment and sustain participation in rare disease 
registries: 

• Trust and credibility: patients are more likely to engage in registries when introduced by trusted sources such as 
physicians. Clear communication on data privacy and data protection, equitable incentives and ability to provide 
feedback are also key motivators. 

• Personal benefits: participants emphasized the need for a clear understanding of community benefits and 
individual gains; as well as relevance of the data collected for the participants.

• Ease of participation: A simplified, user-friendly experience (e.g., short follow-up surveys, gamification, flexible 
ways to participate) was seen as essential to lowering burden and encouraging long-term participation.

• Humanistic connection: A sense of belonging and being valued was highlighted through regular 
communication, community engagement opportunities, and recognition of the importance of the patients’ 
perspective.

Detailed motivators within each thematic domain are illustrated in Figure 1.
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Figure 1: Findings from the Stakeholder Workshop 
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Trust and credibility 
Trusted Advisors 

Patients are more likely to engage when
introduced by a trusted source

Provide feedback
Giving the ability to provide feedback, 

and act on it 

Honoraria
Ensure equitable compensation 

Trust-Building
Clearly communicate on data 

privacy and data protection

Personal benefits
Clear Value Proposition
Patients need to understand both the 
broader community benefits and their 
personal gains from participation.

Personal Relevance
Show patients how their data contributes 
to real-world outcomes

Relevance of Data Collected
Data must reflect patients’ lived experiences

Ease of participation

Simplified Experience
Keep follow-up surveys short (<10 
minutes) and user-friendly, with 
gamification elements.

Tailored Experience
Offer flexibility in all aspects of the 
registry: multiple ways to participate 
and opportunities for different levels 
of involvement

Humanistic connection
Being participants centric

Communicating the importance of 
capturing the patient perspective and 

the value of the data provided

Community Engagement
Foster a sense of belonging through 

forums, events, and patient stories

Regular Communication
Provide meaningful updates 

about registry findings

ATLR findings  
The targeted searches identified 258 records for screening. Six studies were eligible for full-text review; however, 
none were included for extraction.

Notably, two studies examined patient experiences in the context of rare disease research participation, but their 
focus was limited to clinical trial settings, not registry participation. The other four studies focused on rare 
disease registry building, maintenance, and other operational aspects. All these studies lacked direct insight into 
the lived experiences of patients with respect to registry engagement specifically.

Despite refining the search strategy to be more sensitive (i.e., reducing specificity and inclusion thresholds), no 
additional eligible studies were identified (Figure 2). 

Websites 
searched:
EURODIS, 

Orphanet, NORD, 
IRDiRC, RDI 

Bibliographic adapted 
targeted literature review in 

PUBMED/Medline 

None included for data 
extraction and analysis. 

Significant knowledge 
gap around patient with 

rare diseases and/or 
their caregivers 

experiences regarding 
registry participation. 

Search for figures 
and frameworks 
relevant to rare 
disease registry 

participation

258 citations identified 
and screened (titles, abstracts)

6 citations screened 
(full text)

Figure 2: Output from the multi-resource review (ATLR and web-based review) 

2. Adapted Targeted Literature Review 
(ATLR)4,5,6: An ATLR was conducted to rapidly 
identify, analyze and synthesize the most recent 
and relevant evidence on patient and caregiver 
perspectives regarding participation in rare 
disease registries. A targeted search algorithm was 
applied to MEDLINE to identify English-language, 
peer-reviewed journal articles published since 
2020. In addition, a targeted web-based sites 
search was performed using predefined keywords. 
The EURORDIS “Voice of Rare Disease Patients” 
(2013) report7 was used as a foundational resource 
to inform a preliminary thematic framework and 
guide data extraction.
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