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Background

Different qualitative and quantitative methods in clinical trials are used not only to assess 
disease progression within the clinical trial but also to gain deeper insights into patient perspectives 
on treatment benefits and harms.

 This information can be used to:
o inform clinical trial design
o the development of clinical outcome assessments
o and ultimately, regulatory decision-making

Use of Patient Experience Data (PED) in Clinical Trials
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So far…

 Byron – published PPI influencing endpoint choices in a Phase 2 trial.
o Value: ensuring inclusion of patient-relevant endpoints – from early stages in the drug development.

 Michael – questioned whether (de-novo) PP studies are always needed
o Value: identified diseases (and health attributes within each disease) with extensive published PP

 Divya – assessed the generalizability of estimates obtained in PP studies
o Value: evidence suggesting that PP conclusions from one study to be generalised to a broader population

 Now...Where and How do PP studies directly fit with Clinical Trials?
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Rationale
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Rationale

Describes how, by incorporating patient 
preferences, researchers can inform the clinically 

meaningful value of their endpoints. 



70

Patient 
Preferences and 

Clinical Trials

Outside a trial

Wider sample 
characteristics

Characteristics 
matching trial’s 

criteria

Different sample 
to trial’s

Trial participants 
recruited

Within a trial

Before trial starts

Different sample 
to trial’s

Trial participants 
from previous 

phases

Baseline Exit

When and How can patient preferences be implemented to complement clinical trials?
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What are the perceived advantages and challenges?

Outside a trial

Advantages

Independence in 
timelines and resources

Can inform the trial at 
early stages

More flexible sample 
criteria and recruitment 

strategy 

Sample can still be 
recruited from the trial 
(similar to stand-alone exit 

interviews)

Challenges

Requires specific time 
and resources

Within a trial

Advantages

Sample and resources 
optimisation (think 
challenging diseases)

Validation of primary 
endpoint and informing 
meaningful change in an 

objective manner

Could inform benefit-
risk assessment of 

treatment in interim?

Could predict 
treatment/trial 

attrition?

Challenges

Submits to the 
requirements (timelines, 

budget, ethics) of the 
trial

Sample biases

Could results challenge 
the benefit-risk 

assessment?
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Patient Preferences 
Supporting Clinical 

Trials

CASE STUDIES



73

Case study 1

 Objective: quantify the relative importance of safety, effectiveness, and other attributes of weight-
loss devices for obesity.

 Methods: a DCE (with eight attributes) was utilised.
o The sample was recruited outside a Clinical Trial but with similar eligibility criteria (e.g., BMI and willing to 

loose weight)
 Results: identified that for participants to accept a device with a 0.01 % mortality risk, a risk-

tolerant patient will require about 10 % total body weight loss lasting 5 years. 
Ho MP, Gonzalez JM, Lerner HP, Neuland CY, Whang JM, McMurry-Heath M, Hauber AB, Irony T. Incorporating patient-preference evidence into regulatory decision making. Surg Endosc. 2015 Oct;29(10):2984-93. doi: 10.1007/s00464-014-
4044-2. Epub 2015 Jan 1. PMID: 25552232.
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Case study 1
Cont…

Ho MP, Gonzalez JM, Lerner HP, Neuland CY, Whang JM, McMurry-Heath M, Hauber AB, Irony T. Incorporating patient-preference evidence into regulatory decision making. Surg Endosc. 2015 Oct;29(10):2984-93. doi: 10.1007/s00464-014-
4044-2. Epub 2015 Jan 1. PMID: 25552232.

 Example of the trade-off questions
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Case study 1
Cont…

Ho MP, Gonzalez JM, Lerner HP, Neuland CY, Whang JM, McMurry-Heath M, Hauber AB, Irony T. Incorporating patient-preference evidence into regulatory decision making. Surg Endosc. 2015 Oct;29(10):2984-93. doi: 10.1007/s00464-014-
4044-2. Epub 2015 Jan 1. PMID: 25552232.
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Caste study 2

 Objective: to understand the clinical relevance of the difference in fatigue scores between 
ponesimod and teriflunomide in the OPTIMUM (phase III) trial.

 Method: combining data from OPTIMUM and a DCE study to determine the number of relapses per 
year and the change in time to MS progression that patients regarded as equal in importance to the 
treatment difference in fatigue observed in OPTIMUM.

o Sample recruited independent of the trial – and characteristics represented a slightly more severe cohort
 Results: 

Fox RJ, Tervonen T, Phillips-Beyer A, et al. The relevance of fatigue to relapse rate in multiple sclerosis: Applying patient preference data to the OPTIMUM trial. Multiple Sclerosis Journal. 2022;29(3):427-435. doi:10.1177/13524585221140270
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Caste study 2
Cont…

Fox RJ, Tervonen T, Phillips-Beyer A, et al. The relevance of fatigue to relapse rate in multiple sclerosis: Applying patient preference data to the OPTIMUM trial. Multiple Sclerosis Journal. 2022;29(3):427-435. doi:10.1177/13524585221140270
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Caste study 2
Cont…

Fox RJ, Tervonen T, Phillips-Beyer A, et al. The relevance of fatigue to relapse rate in multiple sclerosis: Applying patient preference data to the OPTIMUM trial. Multiple Sclerosis Journal. 2022;29(3):427-435. doi:10.1177/13524585221140270
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Caste study 3

 Objective: to determine whether, relative to placebo, the benefits of daridorexant 25 mg and 50 
mg outweigh their risks from the patient’s perspective.

 Methods: data from an optional DCE administered to a subset of subjects recruited from Germany 
and the US who participated in the two phase 3 clinical trials of daridorexant (insomnia Tx).

 Results: both daridorexant 25 mg and daridorexant 50 mg had a significantly higher net benefit 
than placebo (both p < 0.001)

Heidenreich, Sebastian, et al. "Preferences of patients for benefits and risks of insomnia medications using data elicited during two phase III clinical trials." Sleep 45.11 (2022): zsac204.
Heidenreich S., Ross M., Flamion B., Phillips-Beyer A., A patient-centric benefit-risk assessment of daridorexant for the treatment of insomnia disorder using patient preference data collected in two phase 3 clinical trials, Sleep Epidemiology, 
Volume 5, 2025, 100108, ISSN 2667-3436,
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Caste study 3
Cont…
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Caste study 3
Cont…
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1. There has been proven value from Patient Preferences 
information informing decision-making related to clinical 
trials

2. Patient Preferences information can complement Clinical 
Trial findings – but it seems to be more efficient and 
accurate when considered in advance

3. Further research is required to establish advantages that 
surpass the challenges and ultimately provide best 
practices for Patient Preferences studies designed for/with 
Clinical Trials

Conclusions and Next Steps
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