
MARCH

OH delivers a 
multi‑stakeholder virtual 

panel discussion on 
“Effectively articulating 
burden for future health 
technology assessments”

JULY

OH attends the 
European Congress 
on Rare Diseases 

& Orphan Products

SEPTEMBER 

OH attends the 
Global Genes 

Congress and NORD 
Breakthrough Summit

INTRODUCTION

• Patient and public involvement (PPI) is widely utilised as an important element in various 
research contexts due to its impact on research relevance, quality and integrity.1

 − From 2023 it will be mandatory to involve patient and the public in developing 
research. Evidence will be required to demonstrate what PPI activities took place in the 
product development.

• While there are many definitions and approaches to PPI, initiatives developed by ISPOR and 
the UK’s National Institute for Health and Care Research (NIHR) provide guidance on how to 
conduct meaningful PPI.2,3

• OPEN Health (OH) is a life sciences research consultancy specialising in health economic 
and outcomes research (HEOR).

• Over the years OH has worked closely with various pharmaceutical partners to incorporate 
PPI into their research.

OBJECTIVES

• To describe how PPI was implemented across a selection of HEOR projects lead by OH.

• To describe the challenges and lessons learned. 

• To provide recommendations for future practice.

METHODS

• The authors selected eight projects conducted by their project teams in collaboration with 
industry partners, according to the following criteria: 

• The authors held a series of meetings to identify projects and discuss experiences jointly, 
and key reflections were summarised.

RESULTS

• The PPI activities were associated with a range of study designs including phase III clinical 
trials, cross sectional surveys, interviews and secondary data analysis (Table 1).

• PPI groups included children, adults, carers and PAGs , who were involved in 1:1 
interviews, focus groups and participation in scientific advisory groups. The nature of 
the PPI involvement included: review of study measures, data collection tools and the 
development of bespoke measurement frameworks through to the co-production of a 
gamified support application for a paediatric clinical trial. 

• No activities used co-collaboration in data collection and analysis. 

• Sample sizes varied (n=2–10) and mostly involved PAGs, with whom the industry partners 
had prior relationships.

• Challenges included: contracting and data sharing; feedback hierarchies; power dynamics; 
market value of honoraria; conflict of interest when PAGs were involved in multiple 
studies; and PAG/patient resource limitations (Table 2).

Table 2. Summary of lessons learned whilst conducting the PPI activities

Contracting and data sharing

With tight study timelines, prior 
relationships between industry and 
PAGs facilitated more efficient and 
quicker collaboration.

Industry study sponsors may require 
support to set up contracting with PPI 
target audiences; if starting from scratch 
this can be lengthy.

Some PPI groups may be limited in their 
time resource, and barriers/facilitators to 
collaboration should be discussed up front.

Collaboration must ensure compliance 
with Association of British Pharmaceutical 
Industry (ABPI) regulations.

All documents shared with PPI groups may 
require internal pre-approval from the 
industry study sponsor.

Honoraria should be paid to PPI groups and 
consideration should be given as to what 
constitutes fair market value (FMV).

Consideration should be given to ensuring 
a diverse representation of PPI groups, 
beyond PAGs, where time permits.

CONCLUSIONS

• In our review, the industry sponsored PPI activities moved beyond tokenism but full 
co-production on study delivery was less common. When industry paid early attention to 
forging PAG/patient/carer relationships, ensuring good communication, this facilitated 
more efficient PPI.
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Table Study design PPI group Sample 
(n)

Nature of PPI involvement Value of PPI

1 Endocrinological 
rare disease

Longitudinal, non-interventional 
mixed methods 

Adolescents with 
rare disease

4 1:1 interviews to identify:
• key disease symptoms for measurement.
• optimal participant recruitment and retention strategies.
• acceptability of digital technologies for data capture in this age group.4 

• Confirmed acceptability of wearable technology. 
• Informed decisions on optimal number and frequency of questions for 

inclusion in a smartphone app.
• Highlighted optimal recruitment methods as social media and physicians.

2 Dermatological 
disease

Phase III non-randomised 
clinical trial 

Adults and adolescents 
with disease

10 1:1 interviews to explore:
• outcome measure selection. 
• frequency of data collection.

• Confirmed the content validity of 3 dermatological quality of life (QoL) 
patient reported outcome (PRO) measures.

• Highlighted the specific concepts that comprised activities of daily living 
and emotional wellbeing.

3 Neurological 
rare disease

Cross sectional survey and 
qualitative interviews

Representatives from PAGs 4 Teleconference meetings:
• to review interview guide and bespoke questions
• to identify optimal participant recruitment methods

• Confirmed relevance of interview concepts.
• Improved wording for sensitive questions.
• Provided suggestions for support services.
• Recommended optimal honoraria for participant involvement.

4 Haematological 
rare disease

Longitudina, non interventional 
survey via a bespoke 
smartphone app

Adults with rare disease 
and PAGs

8 1:1 interviews with patients and PAG representation on the scientific steering 
group to explore:
• most optimal frequency and quantity of data collection.
• most optimal validated PRO measures.
• content for the app to keep patients engaged.

• Steered the selection of disease specific and generic validated PRO 
measures and bespoke questions.

• App content recommended: patient mood and goal trackers, wellbeing 
podcasts, links to patient support groups.

5 Haematological 
rare disease

Entry and exit interviews for phase 
III non-randomised clinical trial 

Adults with rare disease 2 1:1 interviews to:
•  optimise interview guide.

• Identified interview questions requiring further clarification 
and rewording.

• Provided assessment of interview duration.

6 Endocrinological 
rare disease

Phase III non-randomised trial Adults with rare disease 5 1:1 interviews to:
• better understand the patient experience regarding dosing regimens.
• provide insights into appropriate PRO measure.

• Highlighted how the subtle differences experienced by patients on a 
daily basis may require real time to capture. 

7 Ophthalmological 
rare disease

Secondary data analysis Adults with rare disease, 
carers of adults with 
rare disease

10 Focus group with patients and 1:1 interviews with carers to:
• develop a holistic cost burden framework for cost analysis exercise.5 

• Highlighted the wider practical, emotional and societal impact of the 
rare disease beyond healthcare resource use.

• Contextualised financial costs identified from the literature. 

8 Connective tissue 
rare disease

Phase III non-randomised 
clinical trial

PAG, paediatric patients, 
siblings and carers of those 
with the rare disease 

 15 Co-creation session with paediatric patients and parents and 1:1 sessions with 
children to:
• support design of an app to optimise patient engagement in the trial.
• cognitive debriefing of a paediatric PRO pain measure and bespoke questions.

• Ensured the app was fit for purpose for paediatric patients.
• Confirmed the PRO measure was suitable, subject to some small changes 

in wording.

Table 1. Description of PPI Projects

Communication

Study sponsors should provide clarity on 
roles and responsibilities especially with 
heterogenous stakeholders in scientific 
advisory groups; as well as clear direction 
on type of feedback required from the 
PPI groups.

Power dynamics are inherent when 
bringing clinicians and patient 
representatives together in a group 
setting; providing a channel for 1:1 
feedback can avoid dominant individuals 
influencing discussions.

Study sponsors should keep PPI groups 
updated with study progress at regular 
intervals, even when studies are postponed.

Conflict of interest

Some PAGs may work with multiple 
industry study sponsors across numerous 
studies, which may impact their capacity 
for participation.

Mistrust may exist between study sponsors 
and PPI groups, which needs to be 
managed sensitively.

The project was associated 
with a HEOR research study 
conducted by either OH, an 
industry partner, or both. 

The project commenced 
between Sept 2019–June 2022.

The project involved activities 
“carried out ‘with’ or ‘by’ 
members of the public rather 
than ‘to’, ‘about’ or ‘for’ them… 
an active partnership between 
patients, carers and members of 
the public with researchers that 
influences and shapes research.”3

Inclusion criteria

Exclusion criteria

Projects involving patient advocacy groups (PAGs) solely 
for the purposes of recruitment.

NOVEMBER

OH presents its poster 
titled “Patient and 

public involvement in 
research: Reflections 
on OH collaborations” 

at ISPOR Europe

OH provides facilitators 
and speakers at patient 
centricity congresses, 

such as the Patient 
Centricity & Engagement 

Conference in London

MAY

AUGUST

OH participates 
in a MAPS podcast 

“Placing the 
patient at the heart 
of Medical Affairs”

JUNE

OH provides further 
pro bono support to 
patient organization 
Spotlight YOPD by 

developing a data‑driven 
awareness campaign

APRIL

OH contributes to the 
Patient Agency Think 

Tank led by the European 
Haemophilia Consortium

FEBRUARY

OH recognizes Rare 
Disease Day in an 
alternative way

OCTOBER

OH partners with US‑based 
CARES Foundation to 

coordinate an advisory 
board meeting between 

industry sponsors, 
patients, and caregivers

Making HEOR More 
Accessible to Patients
Unlock partnerships that 
deliver outcomes

OPEN Health’s patient centricity year book 2022 Click on the images below 
to learn more about our 
patient centric activities

DECEMBER

Following a virtual panel 
discussion, OH publishes its 
whitepaper titled “Making 

HEOR more accessible 
to patients” with a plain 

language summary

OPEN Health (OH) starts 
another year of pro bono 

work with the patient 
organization — Timothy 
Syndrome Alliance — to 

support the development 
of an HCP educational tool

JANUARY

https://timothysyndrome.org
https://www.openhealthgroup.com/news/16-03-2022/effectively-articulating-burden-for-future-health-technology-assessment
https://patientengagementconference.com
https://www.openhealthgroup.com/news/15-07-2022/the-defining-moment-at-the-european-congress-on-rare-diseases-orphan-products-2022
https://www.ispor.org/heor-resources/presentations-database/presentation/euro2022-3567/122106
https://www.openhealthgroup.com/news/07-12-2022/making-heor-more-accessible-to-patients-plain-language-summary
https://www.openhealthgroup.com/news/01-11-2022/placing-the-patient-at-the-heart-of-medical-affairs
https://spotlightyopd.org
https://ehcthinktank.eu/workstream/workstream-three-patient-agency
https://www.openhealthgroup.com/news/18-02-2022/rare-disease-day-2022
https://20088388.fs1.hubspotusercontent-na1.net/hubfs/20088388/Global%20Genes_Insights%20Overview_Nov2022.pdf
https://caresfoundation.org/

