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The latest patient experience guidance from FDA (2021 Benefit-Risk Assessment 
for New Drug and Biological Products draft guidance), EMA (2014 Engagement 
framework: European Medicines Agency and patients, consumers, and their 
organizations), ICER (2021 Patient Engagement Program), and NICE (2013 
Patient and Public Involvement Policy) were analyzed

METHODS

FDA EMA NICE ICER

1 How is disease-level patient 
experience defined?

Perspectives from patients, caregivers, and advocacy groups •	 Perspectives from patients, caregivers, and advocacy groups

•	 Has a specialized section regarding patient experience data from children and young 
people

•	 Perspectives from patients, caregivers, and advocacy groups

•	 Has a specialized section regarding patient experience data from children and young 
people

Perspectives from patients, caregivers, and advocacy groups

2 What is disease-level patient 
experience data used for?

Utilizes disease-level patient experience in benefit:risk assessment Indicates a role for disease-level patient experience in product assessments without 
specifying how the evidence is used

Utilizes disease-level patient experience to provide greater context on treatment 
landscapes, potentially impacting their recommendations

Utilizes disease-level patient experience to provide greater context on treatment 
landscapes, potentially impacting their recommendations

3 Who is expected to collect and 
document disease-level patient 
experience data?

•	 The sponsor is responsible for collecting and documenting

•	 FDA recommends early sponsor engagement to ensure appropriate collection

EMA is responsible for gathering input from patients and advocacy groups NICE is responsible for gathering input from patients and advocacy groups ICER is responsible for gathering input from patients and advocacy groups

4 How is disease-level patient 
experience data collected?

Does not specify •	 Patients/caregivers as members of the Management Board / other scientific 
committees

•	 Patients/caregivers being consulted on disease-specific requests 

•	 Patients/caregivers taking part in discussions on the development /
authorization of medicines

•	 Patients/caregivers being involved in the preparation of guidelines

•	 Patients/caregivers taking part in conferences /workshops 

•	 EMA currently piloting a program to gather qualitative patient experience, which 
it currently does not explicitly utilize

•	 Surveys

•	 Patients / caregivers as formal members on committees / working groups

•	 Opportunities for patients and caregivers to give evidence and testimony that can 
inform the development of our guidance and quality standards

Surveys during scoping phase

5 How developed is the guidance on 
disease-level patient experience?

Draft guidance and is currently being updated Draft guidance and is currently being updated Guidance updated in 2013 Finalized

6 Where does disease-level patient 
experience come into the overall 
drug development process?

All along the lifecycle of the medicines, from early development throughout evaluation 
and post-marketing surveillance 

All along the lifecycle of the medicines, from early development throughout 
evaluation and post-marketing surveillance 

Post drug approval Post drug approval

ACRONYMS
EMA:	 European Medicines Agency
FDA:	 Food and Drug Administration
HTA:	 Health Technology Assessment
ICER:	 Institute for Clinical and Economic Review
NICE:	 National Institute for Health and Care Excellence

RESULTS

Guidance documents were evaluated based on 6 research questions:

Understanding the disease-level patient experience is increasingly important to HTA 
and regulatory agencies when evaluating new therapies1-4

Disease-level patient experience expands on evidence collected in clinical trials, 
covering areas including unmet need in the disease state and patient preferences1-4

The FDA recently released a guidance in September 2021 on the disease-level patient 
experience role in benefit-risk assessments of new drug and biological products1

ICER, NICE, and the EMA all incorporate disease-level patient experience into their 
decisions and assessments to various extents2-4

This review compared the role and usage of disease-level patient experience across 
several HTA bodies and regulatory agencies

CONCLUSION
There is a need for greater specificity and transparency in how 
disease-level patient experience is utilized in regulatory and HTA 
processes

Manufacturers should consider collecting robust disease-level 
patient experience data that illuminates disease context to support 
regulatory and reimbursement decision-making

Alignment on best methods used for collection of disease-level 
patient experience data and what specific data should be collected 
across the four agencies is recommended

How is disease-level 
patient experience 
defined?

What is disease-level 
patient experience 
data used for?

Who is expected to 
collect and document 
disease-level patient 
experience data?

How is disease-level 
patient experience 
data collected?

How developed is 
the guidance on 
disease-level patient 
experience?

Where does disease-
level patient 
experience come 
into the overall drug 
development process?

1 2 3 4 5 6

All four agencies defined 
patient experience as 
including perspectives from 
patients, caregivers, and 
advocacy groups 

FDA was the only agency that 
specifies that sponsors collect 
disease-level patient experience data

EMA and FDA solicit patient input 
throughout the drug evaluation 
process
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