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Rare disease clinical trials

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.’
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Less than
10% of rare

diseases
lack an
approved
treatment.?
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Adapting the Tufts’ Patient Friction Coefficient model

to rare disease trials

Assessing Participation Burden in Clinical Trials:
Introducing the Patient Friction Coefficient

peutics/Volume 42, Number 8, 2020

=

Collecting direct feedback from the patient

David Cameron, MPH'; Cara Willoughby '; Denise Messer '; Marie Lux ';

. . . Murray Aitken, MBA, MComm?; and Kenneth Getz, MBA®
commun Ity an d continuous ly a p p l-yl ng th ose "IQVIA, Durham, NC, USA; 219\@, Danbury, CT, USA; and *Tufts Center for the Study
learnings into our rare disease clinical trial design. of Dreg Development, Tufts Universy Schoolof Medicine, Boston, M4, USA

These structured patient perspective exchanges ‘
touch on: ‘ ‘
Trial Awareness Trial Enrollment ’ ‘
Trial Participation Trial Follow-Up
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Using the Patient Friction Coefficient (PFC) Framework to embed patient

insights directly into the protocol.

Patient Perspective

Internal Alignment Exchange Sessions

Insights Readout

——— ——— ———

Internal stakeholders Disease journey Review feedback

Incorporate insights into final
protocol

Session participants Proposed trial design
presentation

Engagement planning Q/A & Feedback sharing De"eloggzggugr:”,i;t strateey
Inpu




Trial
Awareness

Trial
Enrollment

Trial
Participation

Others

What we heard

What we changed
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Value and Impact

Recruitment and
retention enablers

Patient-centered
trial protocols

Time and cost
savings

Operational
readiness

Quality and _
consistency Cultural shift
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Thank you!

Questions?

Please contact Janella Beltran
Janella.Beltran@alexion.com



	Slide 1: A Systematic Approach to  Early Patient Engagement  in Clinical Trials
	Slide 2
	Slide 3: 400 million people worldwide living with a rare disease.1
	Slide 4
	Slide 5
	Slide 6
	Slide 7
	Slide 8

