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Rare disease clinical trials pose 

unique challenges.
• Unique patient needs

• Small, widely dispersed patient populations

• Few diagnostic tools

• Complex regulatory pathways



400 million 
people 

worldwide 
living with a 

rare disease.1

Less than 
10% of rare 
diseases 
lack an 
approved 
treatment.2
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Collecting direct feedback from the patient 
community and continuously applying those 
learnings into our rare disease clinical trial design.

These structured patient perspective exchanges 
touch on:

Adapting the Tufts’ Patient Friction Coefficient model 
to rare disease trials

Trial Awareness Trial Enrollment

Trial Participation Trial Follow-Up



Using the Patient Friction Coefficient (PFC) Framework to embed patient 
insights directly into the protocol.

Internal Alignment
Patient Perspective 
Exchange Sessions

Insights Readout

Disease journey

Proposed trial design 
presentation 

Q/A & Feedback sharing

Internal stakeholders

Session participants

Engagement planning

Review feedback

Incorporate insights into final 
protocol

Develop recruitment strategy 
based on input



What we heard What we changed

Trial 
Awareness

Self-advocated research, 
patient communities, HCP 
information

Integrated recruitment plan with HCP awareness, patient advocacy 
outreach, and direct-to-patient multichannel approaches

Trial 
Enrollment

Placebo (1:1 design) and 
eligibility criteria concerns

Consider 2:1 (study drug to placebo) design

Expansion of eligibility criteria

Trial 
Participation

Travel burden; 
long, dense visits;
school disruption

Travel concierge and food/accommodation reimbursement

Rest breaks in between procedures; home healthcare options

Removed requirement for morning assessments

Others

Fear of needles/ self-
administration;
Anxiety with multiple biopsy 
requirements

Self-administration instructional video

Tele-support

Optional instead of mandatory biopsies in OLE

Insights to Actions



Value and Impact

Patient-centered 
trial protocols

Operational 
readiness

Cultural shift
Quality and 
consistency

Time and cost 
savings

Recruitment and 
retention enablers



Thank you!

Questions?
Please contact Janella Beltran

Janella.Beltran@alexion.com
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