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Thank you for being here today!
Meeting objectives:
To show how to monitor and evaluate PE activities; what metrics?
To show participants practical examples of evaluating value of patient

engagement.
To discuss the feasibility, strengths and weaknesses of the approaches.
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Which metrics does the audience think are feasible and
meaningful to measure?

Use your phone or laptop to go to:
www.menti.com
Enter the code as shown on the screen

Select the stakeholder group that you represent

Q PARADIGM


http://www.menti.com/

A coherent Monitoring and Evaluation framework?
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The framework is a tool, a possible answer to the question ‘do
we add value, and how’?

* Problems:
— relation input-output is not always clear

— it might take years before effect becomes clear

- Solution: framework connects the dots between inputs, activities,
changes and impacts (organisational level/wider context)
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A coherent set of metrics?
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- Metrics need to be valuable for all stakeholders
— Show relevant value for all

— Are practical, usable for all

- Focus on value, not only on what is easy to measure

ole PARADlGM
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How to measure actual value?
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Not  everything that

Not everything +hat Courts can

BBt and v eery i counts can be counted,

g I‘H\‘l‘i' an be Cognted cognts *

and not everything that
can be counted counts.

(Probably written by) William Bruce
Cameron (1963)
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What and how to measure the ‘return on engagement’?
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Presenter
Presentation Notes
We started with a literature review and recently published the results. This article is publicly available on the website of the journal Health Expectations. We have a few hard-copies available if you like to take the article with you. In this article you can find a list of metrics and examples of evaluation methods. The article also provides an overview of the benefits, costs and challenges reported. 

Two things that stood out to us: 
Very limited studies reported on the engagement of patients, therefore the metrics and results identified may be mainly informed by the perspectives of industry and researchers
Evaluation studies mostly considered a single metric (e.g. recruitment rate) for trying to answer a single question (e.g. does patient engagement in research lead to better recruitment?). Measuring this may be feasible but, may not be useful in predicting impacts for other studies as the factors influencing impacts may differ. 

We concluded that currently available metrics are of some use in measuring impact, but are not sufficient to understand the pathway to impact and whether the interaction between research communities and patient communities leads to cultural change. We think that the impacts of patient engagement can best be determined by not applying single metrics, but a coherent set of measures. Therefore, we are developing a monitoring and evaluation framework that considers various metrics from a multi-stakeholder perspective. 
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Presenter
Presentation Notes
This slide shows the latest version of the evaluation framework. It consists of objectives, inputs, activities, learnings and changes, impacts for R&D and stakeholders, as well as contextual factors. The road from input to impact is not straightforward and therefore not easy to measure. The framework basically connects the dots between metrics and provides a structured map for monitoring and evaluation. We are currently testing the framework with real-world initiatives. The testing phase consists of a wide variety of patient engagement activities and populations (adults, young people and vulnerable populations). The results of our case studies will follow in 2020.
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Example ‘Menu of Metrics’

|i| Input

B Total hours spent
on engagement

M Level of
knowledge the
people involved
started with

M Total of monetary
costs of engagement

M Views of the
quality of
information and
choices available

2e8 Activity

'-

B Perceptions on the
diversity of perspectives

B Level of satisfaction
with the priority-setting
activities

B Perceived trust in
the process to inform
decisions

B Perceptions on
being treated with
respect

O Learning and

~  changes

B Number and type of
unmet needs identified

B Number of changesin
research priorities

B Changesin level of
confidence in research

B Changesin knowledge
or opinions e.g. about
health research,
disparities, expertise

Research and

&

[, priority setting

® o 8 e 02 0 0 9 0 09 0 9 00 0000000000000 OO0OOPOPOOO

t:. Impact

B Degree of
contentment with the
research agenda

B Number of (new)
studies that address
unmet needs

B Feeling of being heard
and/or willingness to
participate in research

B Feeling of doing
research/work that is
worthwhile



Presenter
Presentation Notes
You can use the framework to identify metrics relevant to a specific decision-making point in medicines research and development. This is an example of a ‘menu of metrics’ to monitor and evaluate patient engagement in research priority-setting. It is important to keep in mind that the relevance of the metrics may differ per stakeholder group and per decision-making point. We recommend to select metrics of each element of the framework. The framework connects the dots between metrics will therefore help you to understand in which context a certain practice leads to valuable patient engagement and why it succeeds or fails to succeed. 

Explain all boxes? Or only show slide to give the audience an idea what a ‘menu’ could look like?
For example, you could measure…. You could measure ….
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Patient
Satisfaction in
clinical trials

Novo Nordisk Case Study
By Lukas Eichmann

¥

novo nordisk”



Open Forum Case Study NN 11

Situation/initiative

e Industry led initiative, still in the planning phase
e Situation: Clinical Trial participation burden

* Proposed solution: Advisory board meetings to support clinical trial
design before and after protocol approval

e Desired outcomes: Reduce clinical trial burden and increase
participant satisfaction/experience

o Utilize ad-board format alongside participant experience
surveys/interviews during and after trial participation

novo nordisk”


Presenter
Presentation Notes
Highlight that initiative is still in the planning phase and not yet executed. Link to Transcelerate survey as well as exit interview material developed there. 


Framework application

e Team workshop

e Framework as starting point
o Applicability due to timelines?
» Knowledge gap analysis?

e Sequence of framework
elements

o Separation of activities between
internal (planning) and external
(execution)

e Context

Open Forum Case Study NN
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Menu of metrics

Input

* Type/level of
knowledge
and skills of
the people
involved

* Time and
money spent
by each
stakeholder

Activity

*Stakeholder
numbers/groups

*Number of meetings

*Clarity of
objectives/goals

*Perceptions or level
of satisfaction with
the advisory board
meetings

PowerPoint Presentation

Learning and changes

*Qualitative and quantitative
dimensions of learning

*Number and type of insights,
recommendations and
actions

*Change to research protocols

*Changes in awareness and
knowledge about patients’
needs and preferences
among researchers and
physicians

Impact

*Study participant
experience in trial (e.g.
using the TransCelerate
survey)

*Number of study protocol
amendments after ethics
approval

*Study recruitment and
retention rates, level of
diversity in trials, number
of drop-outs other than
adverse reactions

novo nordisk”
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EUROPEAN MEDICINES AGENCY

SCIENCE MEDICINES HEALTH

)

Metrics to determine the shared value of
patient engagement - the EMA experience

IMI PARADIGM: Open Forum Meeting 18-19 September, Brussels

Nathalie Bere - Patient engagement
Public Engagement Department - Stakeholders and Communication Division An agency of the European Union
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Patient engagement:
- Integral element of EMA activities
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Patient voice along the medicine lifecycle

= Product =
= Public — information S
Si§ | & | summaries M Medicine HH | & | satety
—— | of Opinion overview —— | Communications

Designation & Scientific n‘:laeesctlilgg?ii Marketing Authorisation
Classification Advice Plan Application
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M0 Patient input
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Vital elements One size does

= not fit all!

Flexible engagement
methodologies

Appropriate support
and training

Face to face Annual training day

In writing Info-sheets
Committee meetings Videos
Surveys Webpages

Patient preferences One-to-one personalised support

17
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Monitoring and measuring is part of the process

Mutually beneficial?

18
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Monitoring and measuring

50% of
comments
< led to changes
Review of documents — 4

Total EPARs (with comments) EPARs changed following comments
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Patient involvement in scientific advice procedures

140

131

120 107
100

2
80 76 8
60
40 35 35

1
oiﬂii

2008 2009 2010 2011 2012 2013 2014 2015 2016 2017 2018

M Scientific Advice, Protocol Assistance, HTA
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The patient voice along the medicine lifecycle

Designation &
Classification
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M0 Patient input
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EUROPEAN MEDICINES AGENCY

Survey for patients

Question type:

Were the meeting arrangements well taken care of (travel, access to EMA, etc..)?

I received sufficient and understandable background information regarding scientific
advice/protocol assistance in general / on this specific consultation?

I understood what was expected of me in terms of my contribution?
I was able to provide input on the issues under discussion?

I was given adequate opportunity to provide input to the discussion?
I feel my comments were taken into account?

How do you feel overall about your participation in this activity?

22



EUROPEAN MEDICINES AGENCY
Survey for EMA scientific officers

Question type:

e Did the patient seem adequately prepared?

e Did you interact with the patient prior to their involvement?

e In which aspect of the development plan did the patient input?

e Did the patient agree with the proposed responses

e Did the patient’ s comments result in further reflection by the coordinators?
e Did the patient s input result in a modification of the final advice?

e What was the added value of the patient’s input?

e Describe how their input was beneficial

23
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Aspects of development plan where patients gave most input

53% 53%

48%
35% 33% 33%
I ] I I

Population  Study Feasibility =~ Endpoints Comparator  Quality of life Standard of care Other
choice

2018 Survey results (75 responses from scientific officers)

24
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EUROPEAN MEDICINES AGENCY

What was the added value of the patient’s input?

Raising issues not
previously considered

79%

Bringing the real-life
experience

Offering a different
perspective

2018 Survey results

None Other




EUROPEAN MEDICINES AGENCY

Learnings

» Beware of subjective questions!
e.g. Definition of impact regarded differently; Patient agreed with plans = impact (yes/no?)
Some considered it impactful, others Not.

> Refined questionnaire to include more granularity;
« Before: Did the patient make an impact? / Did it change the outcome?

- After: Did the patient agree with the proposed responses? / Did the patient s
comments result in further reflection? / Did the patient’ s input result in a modification
of the final advice? / What was the added value of the patient’ s input?

» Wording of questions is vital!

26



EUROPEAN MEDICINES AGENCY

Did it make a difference?

Did the patient's comments Did the patient input resultin a
lead to further reflection? modification of the final advice

44

53%

Patient agreed \No contribution
with proposed
advice

2018 Survey results

27




EUROPEAN MEDICINES AGENCY

Questions?

Nathalie Bere
A Patient Engagement
Public Engagement Department
nathalie.bere@ema.europa.eu
www.ema.europa.eu

European Medicines Agency

The Netherlands

Telephone Telephone +31 (0)88 781 8452

Send a question via our website www.ema.europa.eu/contact

28
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Metrics

Are we succeeding?

How do we know?

What do we measure?

What do we want to measure?

EURORDIS.ORG



Presenter
Presentation Notes
Although greatly derived from a patient perspective we are thoroughly engaged in hearing / wanting to hear the industry attitudes as well, and an open question is “are there things we need to measure that we are not?”


What are CABs?

Sponsor-dependant model

EURORDIS.ORG

Advisors
(patients)

Advisors
(clinicians)

Sponsor
A

Advisors Sponsor Advisors
(patients) B (clinicians)

CAB model

Sponsor Sponsor
B A

Advisors

(patients)

clinicians

'« EURORDIS

RE DISEASES EURDPE

m


Presenter
Presentation Notes
What are CABs?

A group of patients who offer their expertise to sponsors of clinical research 
Overall programme development
A single clinical trial
Other aspects beyond the research programme 
The same group of patients advises several sponsors in their field 
Avoids selection of patients’ representatives by the sponsor

Agenda and secretariat co-driven by the patients and sponsors



Expected outcomes of PE
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CABs provide
advice to industry
partners through
continuous in-
person meetings
and long-term
relationships.

>

Meetings help
industry partners
to identify unmet
patient needs,
communication
preferences,
access issues,
patient-relevant
outcomes etc.

CAB members
learn about
medicines R&D

Patients with a rare disease have limited
treatment options, there is a high unmet

heed.

Less research waste, faster approval and
access to drugs and devices.

The quality of clinical trials

improve (e.g. better design,
smarter comparator, better
defined QoL, PROMS).

Interest of patients in
research grows. Retention in
trials improves.

Sponsors are able to
demonstrate the value of the

product to the regulators/HTA
agencies

RORDIS

RE DISEASES EUROPE



Presenter
Presentation Notes
What are CABs?

A group of patients who offer their expertise to sponsors of clinical research 
Overall programme development
A single clinical trial
Other aspects beyond the research programme 
The same group of patients advises several sponsors in their field 
Avoids selection of patients’ representatives by the sponsor

Agenda and secretariat co-driven by the patients and sponsors



What to measure ....?

Input Activity Learning and changes Impact

Type of

*Perceptions on the * Three most valuable learnings *Sponsors’ perceptions on

CAB
priorities
/ goals

usefulness of the meeting
* Satisfaction with the
moderation, meeting
space, food, logistics
*Number and type of
priorities/goals (set before
the CAB meeting)
discussed during the CAB
meeting

* Number and type of
requests by CAB members

EURORDIS.ORG

CAB members and sponsors
take away from the meetings
Sponsors’ perceptions on if
the meeting helped to identify
previously unknown or unmet
patient needs and patient-
relevant outcomes

* Type of response from

sponsors (actions/updates)
related to the requests of CAB
members (e.g. change in
outcomes measures)

if they were able to
improve clinical programs
*Sponsors’ perceptions on
if the meeting helped to
demonstrate the value of
the product to the
regulators/HTA agencies

RORDIS

DISEASES EURDPE



Presenter
Presentation Notes
Was there a commitment to high quality and meaningful patient involvement? 
Was there accessibility to trial data/information (as well as other things, like drugs)? 
Was there a feeling of respect and trust? 
Was there flexibility?
Was there adequate and sustainable resourcing of (patient) involvement? 
Were impact measures added?
Were different kinds of knowledge (non-scientific) valued?
Was communication clear? 
Was the CAB professional?

Cultural change measures like perceived trust, value of non-scientific knowledge, etc



How do we measure....?

Two evaluation tools:

1) “Success tracker” to track CAB priorities, progress on goals, requests and company actions

2) Survey to measure learnings, perceived value of the meeting, experiences

Our success tracker (1/3) CFEW.’ A P -
uchenne valuation sponsors May

SUMMARY ~ DESIGNSURVEY ~ PREVIEW&SCORE ~ COLLECTRESPONSES ~ ANALYZERESULTS — PRESENT RESULTS

For each of our goals, we should track our progress / successes in the below boxes.

Things to track include: where companies said they'd follow up, have they? Where companies said feedback .
N Survey Design Responses and Status
would be taken on board, was it?

Duchenne CAB Evaluation
Sponsars May 20 TOTAL RESPONSES OVERALLSURVEYSTATUS  ® NoTIFICATIONs @
Goal Our request Company action / updates Crested on 5212019 7 OPEN e
. . 1 1 Collectors
Clinical Trials PAGES QUESTIONS
& Research To be updated m .
Inequalities; i
(ineq ) Survey Language: English Web Link1 RESPONSES
Created: 5/23/2019 CowLecren
Theme: Jungle
Responses Volume
Logo agced
Communicati
on (external, No logic addea ) 5/13/2019 - 6/1/2019
internal, ie. 5
PSP)

- *;"—; -
® b
% EURORDIS
RARE DISEASES EURDPE

EURORDIS.ORG



Presenter
Presentation Notes
How to measure…

SOPs, guidance documents


Example I: survey question and results

Question: How useful was the meeting with the CAB?

e 10% 20% 30% A40% 50% B0% T0% 80% 90% 100%

‘-’**
= i i
*. R4

EURORDIS.ORG & EURORDIS




Example |: survey question and results

Question: What were the three most valuable things you

learned at the event?

“Measurements used in trials are
not pairing well with what is
important to affected individuals
and their loved ones” (sponsor)

EURORDIS.ORG

“That the outcomes measures
taking into consideration do not
always reflect substantial
changes in patient QolL”

(CAB member)

-~

‘."’*-*:*"
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Examples of learnings (sponsors)

Learnings related to clinical trails
(Sponsors, # of quotes)

Patient preferences regarding trial _

communication

Patient preferences regarding outcomes o
measures

SN 000

needs/experiences/expectations/knowled...

0 2 4 6 8 10 12 14 ;ri-& < 18

EURORDIS.ORG ¥« EURORDIS




Examples of learnings (CAB members)

Learnings related to clinical trials
(CAB members, # of quotes)

Patient preferences regarding trial -
communication

Patient preferences regarding the study
design ]

Patient preferences regarding outcomes T
measures

Acquired better understanding of _

medicines development

0 1 2 3 4 5 6 7 s * &0
X% EURORDIS

RE DISEASES EURDPE

EURORDIS.ORG




If overarching goals are refined during discussions
with CAB members, this slide will require an update

Exa m I e I I e I ra C ke r accordingly! N.b. we have included only goals
e relevant for company meetings, not ‘horizontal’

goals (e.g. increase # of companies interested)

The below goals apply to all of our CAB meetings. They should be reviewed as a first point of call before all upcoming
CABs, prior to setting specific goals for that meeting.

As far as possible, make sure that our specific goals for individual CAB meetings are in-line with these overarching goals.

CF CAB Priorities CF CAB Goals
| Trials / Closer interaction with companies, facilitating . | Trials / Increase research in organs affected by
Clinical Trials : : : ® Clinical Trials

early contact with CT design, to make trials = in X9

Research mor\{a patient-oriented Gegt more companies : Research o Other tganZ(t);%Iungs " orcas

- - . meetings by .
interested in the CF field, to accelerate .
research. Increase research in organs affected Give input about PROM and review
by CF other than the lungs. Diminish inequalites = QoL informed consents in X% of CAB meetings
around Europe. E PROMS by 2020. Give input to XXX QoL and PROM
QoL / PROMs Work on patient-relevant and patient-friedly : measurements before 2020.
measurements of QoL and PROMs. . .
- . Access Improve access to CFTR modulators in
Access Inequalities. o . 0
Improve patient access to new drugs and clinical - Europe by X% by [date]. Increase the
trials throughout Europe. Inequalities. : number of new drugs / clinical trials in
Patient Support / Empower patient representatives through . . Eastern Europe by X% by [date].
Communication increased knowledge and knowledge-sharing. Eat'ent Su?port/ I Organize X training sessions to CAB
. =Communication
Inequalities. members before 2020.
- *. i **
« EURORDIS
- RARE DISEASES EURDPE
EURORDIS.ORG X



Presenter
Presentation Notes
After goals, we lay out the collaboratyiv eactivities (ongling), the actions to do, the milestones and updates, and when and how the goal was reached. How to reach the percentages, for example, the first one is by doing a horizon scanning of the science that is out there and see if it is reflective of the reality and propose an alternative. The CAB wants to review 100% of the ICs.


Patients’ needs and desires

Access to treatments was central again for this meeting, and we eagerly await an update on access issues country by country in
Europe. Can there be a database with people on treatment per country by age group, updated in real time?

While opening an office in Poland is hopeful, what are the plans for this office? Will they
pledge to get a certain number of “Central” Europeans on XYZ treatments by 20207

We repeat that communication is key, and perhaps XYZ needs to do more not only with us, but with payers, because there
continue to be recurring delays in reimbursements.

We repeat the recommendation that XYZ do more in parsing the patient population to get a better idea of the levels of success on
therapies, that do not all have to do with mutation profile.

Compassionate use & exp access — it seems that compassionate use does not exist in most non-approved countries (criteria,
application procedure, etc).

Expanding clinical trial sites can be an area of collaboration.

ICFs

-~
-

e Y *
[ ]

EURORDIS.ORG & EURORDIS
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Presenter
Presentation Notes
This is not an eval tool per se, but is a way of getting to the eval tool. Remember, the success of the project depends on everyone contributing, the sponsor as much as the patient group’


Reflections on value

Companies who commit to the CAB process see value quickly

No sponsor has ever expressed disappointment and not come
back

There are initial misgivings and concerns from companies who
have never done it

We need to measure that value in order to be able to repeat and
make the process better over time

,..’ir*“-.
ek & G
*. R4

EURORDIS.ORG & EURORDIS



Presenter
Presentation Notes
Learnings


13

3

*

EURURDIS

RARE DISEASES EUROPE

fﬁ t

THANKYOU.
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Use your phone or laptop to go to:
www.menti.com
Enter the code as shown on the screen

Take a patient engagement activity/initiative in mind:
You will select and grade metrics based on whether they are feasible and meaningful

Feasible: A metric that is easy to measure or collect
Meaningful: A metric that is important to you to measure or collect

Q PARADIGM
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http://www.menti.com/

,i, Input

Typel/diversity
of perspectives
involved

Typel/level of
knowledge the
people involved

Time and
money spent by
each
stakeholder

Type of activity
priorities/goals

®

232 Activity

Stakeholder
number/groups

Number of meetings
Clarity of objectives/goals

Perceptions of level of
satisfaction with the
activity

Perceptions on the
usefulness of the activity

Satisfaction with the
moderation, meeting
space, food, logistics

Number and type of
priorities/goals (set
before the activity)
discussed during the
activity

QO Learning and
" changes

Changes in knowledge
about patients’ needs
and preferences

Number/types of
recommendations and
actions/response

Changes to research
protocol

Changes in knowledge
about clinical studies
among patients

Three most valuable
learnings

Unknown or unmet
patient needs and
patient-relevant

:; Impact

Study participant
experience in trial

Number of study
protocol amendments
after ethics approval

Industry’s
perceptions on if they
were able to improve
clinical programs to
be more aligned with
patients needs

Industry’s
perceptions on if the
meeting helped to
demonstrate the
value of the product
to the regulators/HTA
agencies



May 23

June
July
Aug-Sept
Oct-Feb
March/April
April/May
June
July-Aug

O PARADIGM
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Tutorial webinar on how to work with the framework

Partners worked with the framework as a tool for evaluation
VU-Athena received input and plans a call, provided feedback

Calls and workshop at the Open Forum

Partners select relevant metrics and start measurement (if possible)
Ranking of metrics and insights in experiences/barriers

Alignment workshop (tentative)

Final Open Forum, launch/test interactive (online) framework tool

Scientific article on framework, finalize guidance document/tool

44
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Patients Active in Research and Dialogues
for an Improved Generation of Medicines

Thank you. Stay involved and learn more at: http://imi-paradigm.eu/

Contact WP3: T.J.Schuitmaker@vu.nl
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