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PPI for determining outcomes in trials

- Why for?
- How frequent is it? 
- What is the impact?
- What are the challenges?

Illustration: PPI for selecting outcomes in medicines
optimisation trials



Outcome

• A measurement or observation used to assess the impact of an 
intervention or exposure, including both harms and benefits.

Core outcome set (COS)

• An agreed standardised set of outcomes that should be measured 
and reported, as a minimum, in all clinical trials in specific areas of 
health or health care

Terminology

Williamson et al. Trials 2012



Benefits
• Increases consistency across trials

• Maximise potential for trial to contribute to  systematic reviews of 
these key outcomes 

• Much more likely to measure appropriate outcomes

• Major reduction in selective reporting

Core outcome sets





• Importance of consulting patient stakeholders, as their perspectives 
differ from those of clinicians

• Patients tend to assess outcomes in the context of their own life, 
whereas clinicians focus on their patients’ physiological or health
status

• Pragmatic trials: trials that choose outcomes of obvious importance 
to patients

• Selecting outcomes that are relevant for older people are important 
for overcoming the recognized age discrimination in clinical trials

PPI for selecting outcomes: why for?



CMAJ Open 2023 September 19. DOI:10.9778/cmajo.20220198

• Pragmatic trials published from 2014 to 2019
• 710 authors (27.5%) reported on 710 unique trials and completed the 

survey

How frequent?



Vanderhout et al. CMAJ Open 2023 September 19. 

• 710 trials

• Authors reporting PPI:

• Specific aspects of the study where 
partners were engaged:

47%

o Developing interventions 71%
o (…)
o Selecting outcomes 27%

• 96 trials with older adults

In preparation.

48%

o 86%
o (…)
o 36%



• Updated systematic review: 110 COS published in 2020-2021: 

• Inclusion of public participants is increasing

• Patients or other members of the public involved in:

Developing COS

Dodd et al. J Clin Epidemiol. 2023;158:127-133 

82%

• PPI: patients help researchers to design, oversee and/or 
disseminate the COS study

• Patient participation: patients share their views about outcomes and 
how they consider them to be
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Patient participation impacts outcome selection in COS



• Language: clear, engaging and accessible for all

• Accessing patients / the public

• Methods of involving patients

• Making sure that patients are at ease when mixing with other
stakeholders

• Maintaining patient involvement

Challenges

https://www.comet-initiative.org/



https://comet-initiative.org/Patients/POPPIE

COMET People and Patient 

Participation, Involvement and 

Engagement (PoPPIE) working 
group

Ressources to help

https://comet-ppi-toolkit.liverpool.ac.uk/toolkit/

https://comet-initiative.org



Illustration

Core Outcome Sets in medicines
optimisation
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Beuscart et al. BMC Medicine (2018) 16:21



(3) Preparation of the Delphi survey
- List of eligible outcomes to propose
- Key stakeholders to recruit
- Methods for the Delphi survey

Round 1 + Analysis

COS

(1) Systematic review (2) Qualitative study

Scope: Medication review in older patients (≥ 65 years)
with polypharmacy and multimorbidity

Round 2 + Analysis

Round 3 + Analysis

(4) Delphi
survey

Beuscart et al. BMC Medicine (2018) 16:21

3 consensus meetings



Beuscart et al. BMC Medicine (2018) 16:21

• Interviews: 15 patients
• Delphi rounds: 55 patients out of 150 participants in total (4 

countries); 45% aged 80 and over
• Consensus meeting: 6 patients

• Specificities / adjustments made in the protocol to maximise
participation and retention

COS: important focus on patient participation



18

% YES in the sensitivity analysis

% YES in the full analysis

% NO in the sensitivity analysis

% “Unable to score” in the sensitivity analysis

% “Unable to score”  in the full analysis

Patient participation impacted the final set



Trials Aimed at Improving the 
Appropriateness of 
Polypharmacy in Older People 
in Primary Care. Rankin et al., 
JAGS 2018. 

Other COS in medicines optimisation

• 41 public participants in the Delphi
• Some differences in scoring between the public and 

expert panels
• ‘Patient knowledge’ would not have been included in the 

final COS if only experts had been included.

Optimising prescribing in older adults in care homes. Millar et al., Trials 2017. 

Hospital deprescribing trials 
for older people under the 
care of a geriatrician. Martin-
Kerry et al., Age and Ageing
2022. 

• 18 older people and carers participated
• Impact on the COS in several aspects: outcomes felt not 

important or acceptable to collect (e.g. ADL, burden
from medicine)



PPI for determining outcomes in 
guideline development



• International consensus on the importance of PPI in guideline development

• Contribution: 
• assessing guideline priorities, identifying key populations, identifying outcomes, informing 

whether  findings are meaningful, prompting holistic approaches to care, assessing how 
recommendations interact with patient values, and writing plain-language guideline 
versions

• Strategies for PPI in guideline development
• Participation: Patients/consumers join with the guideline development group as members

• Consultation: to obtain views from a large number of individuals

• Communication: as part of the dissemination and implementation strategies

• Substantial gap between PPI standards in guideline development and current
practice

Armstrong and Bloom Research Involvement and Engagement (2017) 3:19; Bryant EA, et al. BMJ Open 2022;12:e055428

PPI in guideline development



Biggane et al. BMC Health Services Research (2022) 22:361

• PPI contributors’ input in the guideline development process: often of limited scope, 
particularly in selecting health outcomes. 

• Key constraints : technical content and language, assumed differences in the health-
related priorities between PPI contributors and health professionals, linear timeline 
of the guideline development process. 

• However, PPI contributors can influence the selection of relevant health outcomes. 
• Important: role of the committee chair, training and support for all committee 

members, use of plain language.



Illustration



confidential14-15 September 2022  kick-off Horizon Europe - 101057123

BE-SAFE 

Implementing a patient-centred and evidence-based intervention 
to reduce BEnzodiazepine and sedative-hypnotic (BSH) use 

to improve patient SAFEty and quality of care

+ 2 network partners: J Grimshaw (OHRI)W Levinson (UTOR)

09/2022 – 08/2027

Goal: to improve patient safety by 
addressing knowledge and practice 
gaps related to the reduction of BSHs 
used for sleep difficulties

“BE-SAFE” is supported by the European Union's Horizon Europe research and innovation 

programme under the grant agreement No 101057123, and by the Swiss State Secretariat 

for Education, Research and Innovation (SERI) (contract No 22.00116). 



confidential HORIZON- 10105712314-15 September 2022  kick-off

WP1     Patient, caregiver & healthcare system perspectives

• Clinical pathways & healthcare system
• Barriers and facilitators to discontinue BSHs
• PREM to reduce harmful medications

• Guidelines to reduce BSHs
• Recommendations to implement 

BSH discontinuation

WP2  Clinical guidelines and 
implementation recommendations 
to reduce BSHs 

• Therapeutic protocol for BSH 
discontinuation

• Educational and information materials for 
patients and physicians

WP3 Development of patient-centred
materials and procedures 
to reduce BSHs

• 470 patients included
• BSH discontinuation and sleep quality measured 

WP4  Multicountry cluster RCT to reduce BSHs

• Case studies to analyse why intervention worked, inclusive context specificities
• Adapted clinical pathways

WP5  Case studies and clinical pathways

BESAFE concept validated

•
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Siemieniuk et al., BMJ 2016;354:i5191

https://magicevidence.org/

GRADE approach
Evidence to Decision framework

BMJ RapidRec



confidential HORIZON- 10105712314-15 September 2022  kick-off



confidential HORIZON- 10105712314-15 September 2022  kick-off

WP6 Patient Partnership Advisory Council (PAC)

- 6 local PACs in 6 European countries
- 1 international PAC

- Year 1
- Training provided to PAC members; to partners
- Involvement in initial activities (intervention development, 

trial protocol and informed consent,…)

Lead: Fundació Salut i Envelliment UAB, Barcelona, Spain
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