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PATIENT-ENGAGED 
RESEARCH & DESIGN

• Terminology and Timing
• Proof
• Tools
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TIMING
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IS IMPLEMENTATION REALLY AT THE “END”?

Unmet Need Ideation Protocol/Study 
Design Study Conduct Regulatory 

Review/Approval
Implementation 

and Use
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DOWNSTREAM CHALLENGES

Unmet Need Ideation Protocol/Study 
Design Study Conduct Regulatory 

Review/Approval
Implementation 

and Use
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I have never heard of this

I am not 
comfortable with 
newer treatments



UPSTREAM SOLUTIONS

Unmet Need Ideation Protocol/Study 
Design Study Conduct Regulatory 

Review/Approval
Implementation 

and Use
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It’s too bulky

It doesn’t get rid of the symptom 
that gives me the most trouble

I don’t see how this would have led 
me to a diagnosis sooner

The side effects 
aren’t worth it

The clinical trial 
failed to accrue 

They didn’t study how 
well it treated fatigue

There is no evidence this treatment 
is supported and desired by patients

There aren’t existing 
mechanisms to safely 

get this to people

They didn’t analyze subgroups to see if results were different 
depending on age at injury

People with my comorbidities 
were excluded I have never heard of this

I am not 
comfortable with 
newer treatments



TERMINOLOGY
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THERE ARE TWO 
DISTINCT TYPES 
OF PATIENT 
ENGAGEMENT

Patients 
engaged in their 
own diagnosis 
and care, 
including their 
own 
participation in 
clinical trials. 

Patients 
engaged (not in 
their own care) 
but in efforts at 
the system or 
organizational 
level to improve 
diagnosis, care, 
and research.

Type A/         
Personal Engagement

Type B/System-Level 
Engagement



APPLICATION IN MEDICAL PRODUCT R&D

Type A

Shared decision-making with providers about 
diagnostic, treatment, and management options

Well-supported participation in clinical trials, with 
feasible protocols and person-centered information 
and resources

Programs to educate and empower patients to best 
navigate and manage their conditions

Type B

Patient groups identifying unmet needs and diagnostic 
and treatment priorities

Patient partners on a clinical trial protocol team, co-
creating feasible and accessible study design and 
selecting endpoints and outcomes that matter to them

Patient partners on a clinical trial team helping to 
interpret and contextualize incoming study data



PROOF
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“As for the design, it was arrived at without even a 
pretense of consulting the polls, and by the 
method that has been standard for years in the 
designing of automobiles — that of simply 
pooling the hunches of sundry company 
committees.“

--John Brooks, “Business Adventures”

REMEMBER THE EDSEL?
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THE GAME-CHANGER THAT WASN’T
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Unmet Need? Ideation? Protocol/Study 
Design? Study Conduct? Regulatory 

Review/Approval?
Implementation 

and Use?

THE GAME-CHANGER THAT WASN’T



CALCULATING THE 
“RETURN ON 
ENGAGEMENT”
Levitan B, Getz K, Eisenstein EL, et 
al. Assessing the Financial Value of 
Patient Engagement: A Quantitative 
Approach from CTTI’s Patient 
Groups and Clinical Trials 
Project. Therapeutic Innovation & 
Regulatory Science. 
2018;52(2):220-229. 
doi:10.1177/2168479017716715

https://doi.org/10.1177/2168479017716715


ENGAGEMENT WIN: THE NEED TO EXPLAIN “NORMAL”

I didn’t know my symptoms were abnormal so I didn’t 
report them

This is how it has been since childhood so I assumed it 
was normal

When they asked if there were any changes I said 
“no” because my symptoms were the same as always



ENGAGEMENT WIN: PATIENT-PROVIDED CONTEXT 
IN DATA ANALYSIS

Treatment History, 
Patient 1

Treatment History, 
Patient 2

Treatment History, 
Patient 3

Jan Therapy A, B, and F Therapy A Therapy D

Feb Therapy B and F, not 
A

No therapy Therapy D

Mar Therapy B and F, not 
A

No therapy Therapy D and A

Apr No therapy Therapy A Therapy D and A

May Therapy A, B, not F Therapy C, not A Therapy A, not D

Jun No therapy Therapy A and C Therapy D

(recreation of data, not actual representation)

Claims Data, RA Therapeutics 
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www.pcori.org/engagement/engagement-resources/Engagement-Tool-Resource-Repository



IN SUMMARY

• “Dabbling” in engagement often 
yields unsatisfactory results; 
comprehensiveness is key

• There is no step of medical product 
development that cannot benefit 
from engagement

• There are myriad resources 
available and patients and patient 
groups are eager to partner

• Engagement is not done for the sake 
of engagement, it’s done in pursuit of 
better science 



THANK YOU!  
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