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® ¢ World
"\ Patient Safety

DCIY 17 September 2023

Objectives of World Patient Safety Day 2023

1. Raise global awareness of the need for active engagement of patients and their families and caregivers in all

sattings and at all levels of health care to improwve patient safety.

2. Engage policy-makers, health care leaders, health and care workers, patients’ organizations, civil society and
other stakeholders in efforts to engage patients and families in the policies and practices for safe health care.

3. Empower patients and families to be actively involved in their own health care and in the improvement of safety of

health care.
4. Adwvocate urgent action on patient and family engagement, aligned with the Global Patient Safety Action Plan

2021—-2030, to be taken by all partners.
Working together to make health care safer

The global campaign for World Patient Safety Day 2023 will propose a wide range of activities for all stakeholders on
and around 17 September, including national campaigns, policy forums, advocacy and technical events, capacity-
building initiatives and, as in previous years, lighting up iconic monuments, landmarks and public places in the colour

orange (the signature mark of the campaigmn}.

BM 57 HMEPIAA ME EAE.M.1. B/R




N\YFZANYIANYIANTVI ANV I ANTY I ANY S AN

Nepiypappo




Patient involvement in the development, regulation and
safe use of medicines

Working Group Xl - Patient Involvement

’
:
:

A

Patient involvement in
the development, regulation
and safe use of medicines D"

e & & b

Report of the CIOMS Working Group XI

Council for international Organizations
of Medical Sciences (CIOMS)

P&ééb&
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AocBevokevtpikn Mpocsyyion OdpEAoug Evavtl Kivéuvou
Patient Preferences Benefit —Risk Assessment

- f'°'1t"~?.f5 Conclusion: Despite the initiatives
In Medicine
undertaken, the pace of progress
Front Med (Lausanne). 2020; 7: 543046. PMCID: PMC7649266 remains slow. The use of PPs remains
Published online 2020 Oct 26. doi: 10.3389/fmed 2020543046 PMID: 33195294 poorly implemented, and evidence of

. o , proper use of these data in decision
Use of Patient Preference Information in Benefit-Risk Assessment, Health Technology

- Assessment, and Pricing and Reimbursement Decisions: A Systematic Literature
Review of Attempts and Initiatives recommendations formalizing the

making is lacking. Guidelines and

purpose of collecting PPs, what
methodology should be adopted and
how, and who should be responsible
for generating these data throughout
https: / /www.ncbi.nlm.nih.gov/pmc/articles/PMC7 649266 /pdf /f the decision-making processes are
med-07-543046.pdf needed to improve and empower
integration of PPs in BRA and HTA

Lylia Chachoua,"” Monique Dabbous," Clément Francois,? Claude Dussart,® Samuel Abaliéa, ' and Mondher Toumi'?

+ Author information » Article notes » Copyright and License information  Disclaimer
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‘ AoBevokevtpikn Mpocsyyion OdErouc Evavtl Kwvéuvou
Benefit —Risk Assessment of Medicines

JIVLA ==
e Bulletin of the

Journal of the Medical Library Association, v. 1-89

J Med Libr Assoc. 2022 Apr 1; 110(2): 185-204. PMCID: PMC2014953
Published online 2022 Apr 1. doi: 10.5195/jmla.2022.1306 PMID: 35440905

Patient-based benefit-risk assessment of medicines: development, refinement, and
- validation of a content search strategy to retrieve relevant studies

Hiba El Masri, ' Treasure M. McGuire, 2 Christine Datais, 3 Mieke van Driel,  Helen Benham,  and

> Samantha A. Hollingworth ®

» Author information » Articie notes » Copyright and License information  Disclaimer

https://www.ncbi.nlm.nih.gov/pmc/articles/P
MC9014953/pdf/jmla-110-2-185.pdf

Systemic Metanalysis

This is the first study, to develop a content search
strategy that contains generic keywords and MeSH terms
and subheadings that retrieve published data on patient-
based BRA of medicines with high sensitivity, specificity,
and accuracy (RA 36papers +Lung Cancer15 papers).
This search strategy for identifying patient-based BRA of
medicines can be used with confidence by not only
information specialists but also clinicians or regulators


https://www.ncbi.nlm.nih.gov/pmc/articles/PMC9014953/pdf/jmla-110-2-185.pdf
https://www.ncbi.nlm.nih.gov/pmc/articles/PMC9014953/pdf/jmla-110-2-185.pdf

AocBevokevtpikn Mpocsyyion OdpEAouc Evavtl Kwvéuvou
Patients Outcomes , Processes, Costs

Received: 24 May 2022 Accepted: 25 August 2022 Published: 20 September

2022
Patien[ Preferel]ce aﬂd Adherence D()\’e Dynamics of patient-based benefit-risk t of medicines in chronic di . during their journey:
impact of disease duration, disease severity, and treatment experience on patients’ preferences and risk tolerance
a REVIEW Treatment
oxposure
Dynamics of Patient-Based Benefit-Risk Assessment R Patient based benefi-ik assessment of e iy
Injectables » Outcome attributes Migher risk tolerance
of Medicines in Chronic Diseases: A Systematic e e
effects
Review

Weak impact as an indepondent
tactor on patient preferences

——=ed |

Hiba EL Masri®®', Treasure M McGuire ">, Mieke L van Driel 3*, Helen Benham QS“’.
Samantha A Hollingworth '

"School of Pharmacy, The University of Queenshand, Brisbane, Queenshind Australia; *Faculty of Health Sciences and Medicine, Bond Usiversity,
Robinz, Queenstand, Australiz: *Mater Pharmacy, Mater Health, Brisbans, Queenstand, Australizc *Primary Care Chnical Uniz, Faculty of Medicing, The
Universizy of Queensland, Brisbane, Australia: *Faculty of Medicine. The University of Queensiand, Brishan, Queersiznd, Austrate; “Department of
Rieumatoiogy, Princess Alexandra Hospital, Brisbere, Queensiand, Austale

Disease duration

Correspondence: Hita EL Masri, School of Pharmacy, The Usiversity of Queensiand, 20 Cornwall St Weolloongabba, Brishane, Queensiand, 4102
Austrzia, Tel +61 478512234, Evaid hefmasni@ugeonnectedeau

Conclusion: Factors important for patients’ BRA of their medicines

https:/ /www.dovepress.com/getfile.php2filelD=84076 during a chronic disease journey vary more with their clinical

situation and previous treatment experience. Due to the importance
of these factors and potential impact on their decision-making and
clinical outcomes, there is a need for more studies to assess the

o a o . BM 5H HMEPIAA ME EAE.M.I. B/R
dynamics of patients’ BRA in every disease
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‘ AcBevokevtpikn Avantuén Qoapuakwyv : Na akouocoupe touc AcBeveic

2y U.S. FOOD & DRUG

ADMINISTRATION

Patient-Focused
Drug Development

FDA Wants
To Hear
From Patients

Patient-Focused
Drug.Development
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‘ FDA :a60svokevtik) cupBouAeutikn dtaBouvAsuon emni tou tooluyiou
opEAouc Evavtl KivdUuvwv- REM

Figure 1: A Framework for Benefit-Risk Counseling to Patients About Drugs with a REMS

Desired Outcomes

Guiding Principles

A Framework for
Benefit-Risk Counseling
to Patients About Drugs
with a REMS

Counseling Elements (the "4 Es") and Best Practices

Translation of Best Practices into Real Practice

Implementation Considerations

A Framework for Benefit-Risk Counseling to Patients About Drugs with a REMS:
Guiding Principles

Principle 1: Counseling is a necessary activity. It is essential for counseling discussions to take place between a
HCP and patient about potential benefits and risks when a drug that has a potential serious risk requiring a REMS is
a treatment option and patient understanding or actions are needed to ensure safe use.

Principle 2: C ling should be ongoing. Effective counseling is a dynamic process that starts with the initial
assessment of the patient and should be reinforced at subsequent patient-HCP interactions.

Principle 3: Counseling should support collaborative informed decision-making. It should support making informed
treatment decisions by a patient and HCP and follow a process of active patient engagement and participation. It
should be based on potential benefits and risks, as well as a | undk ding of patient and HCP obligations
under the REMS for appropriate and safe use.

Principle 4: Counseling should be individualized. The counseling discussion about the potential benefits relative
to risks of different treatments should be individualized to the patient's profile, considering their needs and
preferences.

Principle 5: Counseling should reflect evidence-based and/or best practices and tools. Counseling about
drugs with REMS should incorporate techniques, decision support tools, and other resources for effective risk
communication and health care counseling.




FDA :a60svokevtik cupBouAsutikn dtaBouvAsvuon emni tou tooluyiov

odEANouc Evavtl KtvdUuvwv- 4Es

P
The 4 E’s for a Framework for Benefit-Risk Counseling to Patients o)

Exslaets About Drugs with a REMS

Evaluate the patient's health profile, potential treatment options, and counseling needs.
Continuously re-evaluate against desired outcomes.

Educate the patient on his or her health condition and treatment options — their benefits,
risks, and steps needed to minimize risks (safe use conditions).

Engage and support the patient in the treatment decision-making process to the extent that
is possible and to the extent that he or she desires.

Help to Ensure that the patient understands and is able to adhere to the REMS require-
ments. If a drug with a REMS is prescribed, re-evaluate at follow-up the patient's experience
with treatment and REMS requirements.

ejenjeng-oy

Desired outcomes for the PATIENT:

= Able to contribute to the treatment decision-making process
« Informed about treatment needs and treatment options

« Confident in ability to adhere to the REMS requirements

« Feels that decisions are right for him or her

To Achieve

* Understands the need to reassess his or her treatment experience over time

; Desired outcomes for the HEALTH CARE PROVIDER:
. to elicit information n to effectively assess options and counse
Desired Able to elicit information needed to effectivel i d I

Counseling « Confident that the patient understands treatment options and can adhere to the REMS require-
Outcomes ments

» Feels that decisions are appropriate for the patient
« Able to make informed decisions about continuing or adjusting treatment

= _
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Eknmoudevutikn mpoaogyyion tou FDA pe touc acBeveic

Techniques to consider when educating patients:

* Ask patients how they prefer to receive information (e.g., using numbers, words or pictures), and how much they wish to
participate in decision making

* Use the best available scientific evidence

* Provide information to patients at a literacy level appropriate to supporting their understanding of their condition and their
various therapeutic options

* Provide exampies of written information (handouts, pamphilets, articles), relevant media programs (videos, podcast), and/or
online sources of information

* Use plain language (not technical jargon)

* Convey simple, quantitative evidence of the probability of benefits and harms (e.g., round numbers and denominators,
minimize computations, provide comparisons, timeframes, and uncertainties)

* Use tested visual depictions to support the communication of quantitative risk information to improve risk perception and
understanding

* When feasible, tested visual aids should depict the underlying event risks separately from the risks related to treatment

* Pictographs, icon array, bar charts and/or graphs can be used depending on the differing types of messages being
conveyed and graphical literacy

* Focus discussions on a limited number of key benefit and risk messages

* Attempt to transiate the bottom line qualitative meaning or gist of risk information

* Link recommended treatment options to patient treatment goals

* Use the teach back method, asking each patient to teach the HCP about what they have heard using their own
words, to confirm their understanding
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EMA Benefit Risk Assessment Activities

] G EUROPEAN MEDICINES AGENCY
Learning from a tragedy SIS, MEDICRYES [IALTR

Decades after the tragedy, thalidomide and analogues were evaluated by the
regulators as potential treatment for different pathologies.

Pregnancy prevention programme had to be agreed between industry and
regulators and put in place prior to marketing

But did we consult those who were most concerned?

In Europe, EMA invited thalidomide victims and myeloma patients in July 2006 to
discuss the Risk management plan, package leaflet and labelling during the
evaluation of the marketing authorisation application of lenalidomide, a
thalidomide analogue.
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EMA Benefit Risk Assessment Activities

0 EUROPEAN MEDICINES AGENCY

v

EUROPEAN MEDICINES AGENCY

Benefit-risk
assessment
throughout the drug

m European Medicines Agency

London, 23 June 2009

lifecycle: future
Doc ref:: EMEA/40926/2009

challenges?
» . s Workshop on regulatory and ~ - v ‘ PCWP & HCPWP workshop
Information on benefit-risk of medicines: metnodloel andsde . s 21
| : - ow to explain benefit-ris Hans-Georg Eichler
patients’, consumers’ and healthcare professionals’ expectations otiotons ¥ sthbamoliornt

Hans-Georg Eichler, EMA

https: / /www.youtube.com/watch2v=VASgg2445rs&ab channel=
EuropeanMedicinesAgency
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EMA Benefit Risk Assessment Activities

O

EUROPEAN MEDICINES AGENCY

SCITENCE MEDICINES HEALTH

O

EUROPEAN MEDICINES AGENCY

26 September 2014 CIENCE MEDICINES HEALTH
EMA/578072/2014
Press Office
23 October 2014
EMA/372554/2014 - rev.
Prass relenns : SRk & Conmraicatio i
Patients to discuss benefit-risk evaluation of medicines Pilot phase to involve patients in benefit/risk discussions
with the Committee for Medicinal Products for Human Use at CHMP meetings
EMA launches pilot project to integrate patients’ unique and critical views into
CHMP discussions

BM 51 HMEPIAA OE EA.E.(D.I. B/R



https://www.ema.europa.eu/en/documents/other/pilot-phase-involve-patients-benefit/risk-discussions-chmp-meetings_en.pdf
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https://www.ema.europa.eu/en/documents/other/pilot-phase-involve-patients-benefit/risk-discussions-chmp-meetings_en.pdf
https://www.ema.europa.eu/en/documents/other/pilot-phase-involve-patients-benefit/risk-discussions-chmp-meetings_en.pdf
https://www.ema.europa.eu/en/documents/other/pilot-phase-involve-patients-benefit/risk-discussions-chmp-meetings_en.pdf
https://www.ema.europa.eu/en/documents/other/pilot-phase-involve-patients-benefit/risk-discussions-chmp-meetings_en.pdf
https://www.ema.europa.eu/en/documents/other/pilot-phase-involve-patients-benefit/risk-discussions-chmp-meetings_en.pdf
https://www.ema.europa.eu/en/documents/other/pilot-phase-involve-patients-benefit/risk-discussions-chmp-meetings_en.pdf

EMA Benefit Risk Assessment Activities

Benefit-risk methodology 0 E%PmN%EBISJNES AGENCY
Last updated: 18/06/2018

Benefit-risk methodology ... balancing the desired effects or 'benefits' of a medicine against its ... its undesired
effects or 'risks'. The Agency can recommend ...

Workshop on benefit-risk of medicines used during pregnancy and breastfeeding

Virtual meeting, 22/09/2020, Last updated: 12/11/2020

Workshop on benefit-risk of medicines used during ... Documents Agenda - Workshop on benefit-risk of medicines
used during ... Generic Report - Workshop on benefit-risk of medicines used during ...

https:/ /www.ema.europa.eu/en/about-us /what-we-do /regulatory-science-

research /benefit-risk-methodology

https: / /www.ema.europa.eu/en/events /workshop-benefit-risk-medicines-used-during-

pregnancy-breastfeeding
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https://www.ema.europa.eu/en/about-us/what-we-do/regulatory-science-research/benefit-risk-methodology
https://www.ema.europa.eu/en/about-us/what-we-do/regulatory-science-research/benefit-risk-methodology
https://www.ema.europa.eu/en/events/workshop-benefit-risk-medicines-used-during-pregnancy-breastfeeding
https://www.ema.europa.eu/en/events/workshop-benefit-risk-medicines-used-during-pregnancy-breastfeeding

MINIMIZING THE RISK:
PATIENT CONTRIBUTION

What do we expect from patient engagement in Risk
Management

« Input into identification of key areas for additional risk minimisation,
choice of appropriate risk minimisation tools and acceptability

« Input into the design of risk minimisation materials needed during CTs

« Input into authorisation decisions regarding risk minimisation measures
and monitoring their effectiveness

« Input (including plain language) into risk communication material,
“routine” information on medicines, and additional risk minimisation
material-testing and developing materials

Presented by Isabelle Moulon on 30 April 2019
Senior EMA adviser on stakeholders' engagement

Minimizing the risk of medicines:

How patient can contribute? ZX
CI{{# j‘;‘,', MS
Open meefing on Patient imvolvement in development and safe use of medicines S

(I0MS group XI ke Zr L

0 EUROPEAN MEDICINES AGENCY



‘ EMA Benefit Risk Assessment Activities

20 January 2022
EMA/649909/2021 Adopted
and C ication Division

Patient involvement in the design, implementation and
evaluation of additional risk minimization measures: Qutline

Framework
Engagement Framework:

* supporting access to individual patients’ real-life experiences EMA and patients, consumers
of living with a condition, its management and the current use and their organiS oy

of medicines.

* promoting the generation, collection and use of evidence-
based patient experience data for benefit-risk decision-
making;

* enhancing patients and consumers understanding of
medicines regulation and their role in the process;

* contributing to efficient and targeted communication to
patients and consumers to support their role in the safe and
rational use of medicines and to foster trust in the EU
Medicines Regulatory Network.

https://www.ema.europa.eu/en/documents/other /engagement-
framework-european-medicines-agency-patients-consumers-their-
organisations en.pdf

BM 51 HMEPIAA OE EA.E.(D.I. B/R



https://www.ema.europa.eu/en/documents/other/engagement-framework-european-medicines-agency-patients-consumers-their-organisations_en.pdf
https://www.ema.europa.eu/en/documents/other/engagement-framework-european-medicines-agency-patients-consumers-their-organisations_en.pdf
https://www.ema.europa.eu/en/documents/other/engagement-framework-european-medicines-agency-patients-consumers-their-organisations_en.pdf

EMA Benefit Risk Assessment Activities

G EUROPEAN MEDICINES AGENCY

SCIENCE MEDICINES HEALTH

Risk Minimisation Measures

| Safety concerns

J{ Prevent or Minimise!

Risk Minimisation Measures
[

v

Additional Risk Minimisation
HCP educational program
Patient educational program
Prescribing algorithm/checklist
Controlled access programme
Other (e.g. DHPC, PPP)
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EMA Benefit Risk Assessment Activities

EUROPEAN MEDICINES AGENCY

SCIENCE MEDICINES HEALTH

Review of safety communications Reporting side effects

Side effects
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EMA Public Hearing

G EUROPEAN MEDICINES AGENCY

CE MEDICINES HEALTH

Attendance to public hearing

2017: Valproate containing medicines

2018: Quinolones and fluoroquinolones
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‘ Benefit Risk Assessment and stakeholders involved

SILENCE=DEATH

FOA
Patient Represcenieieaecs T
Making a Di ek
r 1 ¥ % EURORDIS
Dialogue with ‘
‘ HIV patients J
1980s

RARE DISEASES EUROPE

Framework for Interaction
drug ‘

Pl in orphan

PCWP
development

Guidance for Industry
Patient-Reported Outcome Measures:
Use in Medical Product Development

to Support Labeling Claims

European Patients” Academy
on Therapeutic Innovation

PATIENT FOCUSED
MEDICINES DEVELOPMENT

Parent Project
lSPOR Muscular Dystrophy

LEADING THE FIGHT TO END DUCHMENNE
-~
NATIONAL
THi

CERSI
COUNCIL

-------- ty of Maryland

-

E=

HEA

= . <
CAIMNILD | ediaing
DIA 22~

Guidances
IiNnitiative
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FDA Guidance & Initiatives

2009 2018-2021
Guidance for Industry Patient-Focused Drug
Patient-Reported Outcome Measures: .

Use in Medical Product Development Development: Co“ecnng
to Support Labeling Claims Comprehensive and
“Without adequate Representative lnput
i Guidance for Industry, Food and Drug
documentation of Administration Staff, and Other

Stakeholders

patient input, a PRO
instrument’s content

DRAFT GUIDANCE

2: Methods to Identify What is Important to Patients

validity Is likely toibe 3: Selecting, Developing or Modifying Fit-for-Purpose COAs
questioned. 4: (Title Forthcoming) COA-related
2018
Developing and Submitting pal';e".t t
Proposed Draft Guidance Mus'gjlle:r
Relating to Patient Dystrophy

Experience Data

Guidance for Industry and Other
Stakeholders

ASSOCIATION
DRAFT GUIDANCE

https: / /www.fda.gov/media /77832 /download BM 54 HMEPIAA OE EAED... B/R



https://www.fda.gov/media/77832/download

AAAnAsrudpaocelc EMA pe Evwoeilc AcBsvwv Ko
KotavaAwtwyv 2022

European Medicines Agency
Framework for interaction with patients and consumers =

Scientific Committee, Scientific Advice and Scientific
Advisory Groups;

Review product information and communication material
Interest and early action in numerous countries

BM 51 HMEPIAA OE EA.E.(D.I. B/R



Apaoelc Evwoewv AcBevwyv

Advocacy
Capacity building
Fair-market value, conflict of interest, and legal templates

European
Patients
Forum

Q ANTIE /V

g

***

EUPATI j\ EURORDIS

European Patients‘ Academy ' RARE DISEASES EUROPE

on Therapeutic Innovation

=
& 1 ‘.X{.«-
=== H&NorD MPQ@
/ ‘ National Organization M vV eloma
NATIONAL for Rare Disorders p ‘d?(r)[}tgt S .
HEALTH COUNCIL Uro

Eur ope MEDICINES DEVELOPMENT




MpwtoBouliec —Zuvepyaoiec Evwoewv AcBevwv

+ldentify when, and how patients’
p re fe I treatment preferences can be used in

PATIENT PREFERENCES )
medical product development

Develop processes and tools for three

(OO PARADIGM ey decision-making points: research

() prenshctieinreseacnandiosues — prigrity setting, design of clinical trials
and early dialogue

To develop and drive adoption of

CLINIC . . .
hh TRIALS practices that will increase the quality
4’ TRANSFORMATION _ o .

P INITIATIVE and efficiency of clinical trials
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Evwoelg AcBevwyv kat Health Technology Assessment

International Society for Pharmacoeconomics
and Outcomes Research

HTAI

International Society for Quality of Life
Research

DIA
Clinical societies

Included




Evwoelg acOevwv kat Opyavicpoi Health Technology Assessment

(‘ Healthcare Scottish
( ") Improvement | Medicines
ww Scotland Consortium

CADTH 5= NICE
Driven.

National Institute for

Health and Care Excellence
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Building a Framework for Meaningful Patient Engagement FDA

Culture

¢ Using a Science-Based

Approach
¢ Financial Risks
Regulatory/Legal * Organizational Culture
Uncertainty Communication
® What and How l * Proprietary Information
Information is Reviewed * Translation and Patient
by FDA Acknowledgement
* Patient Interactions * Visibility
Fundamental

Barriers to

Meaningful
Patient

Engagement % ‘

NATIONAL
HEALTH COUNCIL

Genetic Alliance

National Health Council and Genetic Alliance. Dialogue / Advancing Meaningful Patient Engagement in

Research, Development, and Review of Drugs.
http: / /www.nationalhealthcouncil.org /sites /default /files /PatientEngagement-WhitePaper.pdf



http://www.nationalhealthcouncil.org/sites/default/files/PatientEngagement-WhitePaper.pdf

With whom Regulatory Agencies engage on Research & B/R

; .
.Vt . Gather data from
| external sources*

Adjust practice

. A
as needed for Learning health ggregate

and analyze

[ continual systems enable
Patient TSSPMMNY  research to data
influence practice
and practice to
influence research.

Evaluate Use evidence to
Disseminate outcomes inform changes

results in care delivery

“Examples include clinical trials, cbservational studies, patient-reported outcomes,
surveillance databases, and population-based surveys.

Patient Pharma
Organisations Industry




O acBeveic wc staipotl otnv dtapoppwaon Twv
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Patient-Public involvement in guidelines

STAKEHOLDER INVOLVEMENT

APPRAISAL OF GUIDELINES
forR RESEARCH & EVALUATION IX

5. The views and preferences of the target population (patients, public, etc.) have

: o been sought.
3 ; How to Rate:

AGREE Il

Item content includes the following CRITERIA:
INSTRUMENT + statement of type of strategy used to capture patients'/public's’ views and preferences (e.g., participation in

the guideline development group, literature review of values and preferences)
+ methods by which preferences and views were sought (e.g., evidence from literature, surveys, focus groups)
+ outcomes/information gathered on patient/public information
+ description of how the information gathered was used to inform the guideline development process and/or
formation of the recommendations

A guideline development panel should include diverse and relevant stakeholders, such as

Annals of Intamal Medicine It'n\'n AL GUIDELINE

Guidefines International Network: Toward International Standards for . . . .
Clnical Practice Guidelines health professionals, methodologists, experts on a topic, and patients or other health care

A Cunsmn, FD. 10 MR, S T, M. DOV, P M. WD, Cler i, 45, P, PN S P, P
ot it o e o 1RO, 71, i e f Tt e o it ot

consumers.

3.2 Patient and public involvement should be facilitated by
including (at least at the time of clinical question formu-
lation and draft CPG review) a current or former patient,
and a patient advocate or patient/consumer organization
representative in the GDG.

GUDELNES 3.3 Strategies to increase effective participation of patient and

WE CAN TRUST . . . .« . . .
consumer representatives, including training in appraisal
of evidence, should be adopted by GDGs.

4 o
i__zq Corinna Schaefer, Geneva 30.04.2019 .‘ G-1-N Public ML"':’."?".,‘",".'
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G4 Pubikc Tooke

Issued in 2012, updated in 2015

Mty e International expenience and best
EAAnviKA Etapeio QappakeuTikng latpkig prcice s

Guidelines l %
International st adsuut et i e
Network R

Three involvement strategies: consultation, participation and communication

Guideline organisations use a number of different methods to involve patients and the public.** It is
helpful to distinguish three general involvement strategies, based on the flow of information

< I P b I o I I o f. between your organisation and the public:*
u I C o I [ ¢ Consultation strategies involve the collection of information from patients and the

public. This can include methods such as surveys, focus groups, individual interviews,
online consultation, the use of primary research on patients’ needs and expectations, or

patient and pUbhc involvement in gu'dehnes the use of a systematic review of studies on patients’ and the public’s perspective.

* Participation involves the exchange of information between guideline developers and
the public. This can be done through participation of patient and public representatives
on guideline development groups and other methods.”

¢ Communication strategies involve the communication of information to patients and
the public to support their individual health care decisions and choices. This can include
the production of plain language versions of guidelines or the development of patient

https://g-i-n.net /toolkit decision aids or education material,

BM 5% HMEPIAA OE EAE.@.I. B/R
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Benefit Risk assessment- population vs individual

/

—1 1-M

benefit

Positive regulatory decision
(at population level)

risk

benefit

assessment
o)
LY e
risk
benefit

Positive treatment decision
(at individual level)

=]
—\I\I

risk

Negative treatment decision
(at individual level)
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| lterative process of Benefit Risk Assessment

Benefit-Risk Assessment, Communication, and Evaluation (BRACE)
throughout the Life Cycle of Medicinal Products & Devices

- g‘
STAKEHOLDER INPUT
BENEFIT-RISK Integration
PERCEPTION qualitative & quantitative
3 ERS
SCIENTIFIC INPUT o8 = 2
CLINICAL TRIALS &5 S %
OBSERVATIONAL STUDIES @ § - 4
CASE REPORTS S @ % %
. —
~ = -
= - - .' e
o, -
ebw vo:& \‘
(72 NP )
ca ENT .
0&* L
* | 4

PuUBLIC HEALTH OUTPUT
BETTER BENEFIT-RISK BALANCE
IMPROVED PATIENT &

Evaluation includes i) effectiveness of risk communication POPULATION LEVEL OUTCOMES
and risk management; and ii) re-assessment of benefit-risk.

-
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| Benefit Risk Assessment and Decision Making

+ Problem: Is Benefit-Risk balance positive? SR
« Objective: Goal of therapy? Attributes RSk e b s i
* Alternatives v

« Approve; reject; (reframe, e.g., restrict indication) v SMART
« Consequences of alternatives CHOICES

+ Estimated based on data lovaking -
- Trade'OffS Better Decisions

» Based on value judgments v v Vv V
* Uncertainties (and how to cope with them) e
* Risk-attitude and Linked decisions B
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Patient Preferences Information and Regulatory Bodies

smsEEmEEn

smEEEnEEm

Incorporating
PPl in
Regulatory
environment

<

2

US Food and Dru
and Radiological

Research

Patient Preference Information —
Voluntary Submission, Review in
Premarket Approval Applications,
Humanitarian Device Exemption
Applications, and De Nove Requests,
and Inclusion in Decision Summaries
and Device Labeling

Guidance for Industry, Food and
Drug Administration Staff, and
Other Stakeholders

Document e un August 24, 2016
This docement will be o effect as of October 23, 2016,

Thee draft uf this document was ivsed an May I8, 2015,
it this et voganling (DM rrgabend desicen. o

—
Dhrcesoe (CTRLIE ot J05-TO6. S0 ar Anwndits Suha # 1017
g}

LS. Drpartmmens o Teadth smd Humion Sersives
Foomd mad hrvng Adbemimintrwbers

Crnter far Devheen snd Madubagical Heales

Commer for Wiskegies ¥ valistion o Hesearch

Administration (FDA) - Center for Devices
ealth & Center for Biologics Evaluation and

- Guidance on how to collect patient preference

Recommendation on incorporating data into a benefit-risk

assessment framewor

Recommendation on including preferences information in

labelling

Voluntary submission of preference data

Discrete Choice Experiments, the most suitable methods

for eliciting PPI

enhance methods to ,
data in regulatory decision-making.

o

EUROPEAN MEDICINES AGENCY

January 2031
EMAIP615/20042071
Staketnioers B Commanicebon Owmon

Pilot phase for CHMP early contact with patient /
consumer organisations

Rackground and rationale

Pt and thaie rageusseriatives arw invahid in many sctivities 4t EMA and the addes vikse of
Inchading their perspectives wiiin committes evaruations hos been well demonstrated.

They are cumently invalved at varoes Hmepoinks durng the medicines” ifecydie, Incuding CHMS
ovaluations. Howaver, reguests fior patiant npul gerwrally comu at & latar Atige of thw evakido,
Often ot major obyECtions hive e dermined (6.4, expert mesting, irsl exyametcn), Expenience
shaws that late Input may lead ta misses cpportunities to propesty Iscorporte patient persectives
110 e gssessment frovess. Therefire ) orer to mane (urtent eragerent practces rure efCmnt
and enhance binely portckation, It & propased to exiatish CoLACt with FEEvaRt fatent / Consumes
OrATISHTS D SUalt Of e el mssmssiTanl TS Wil nable DabeNLs 10 Share asecls
Suit a6 cuatty of M, Lrestiment cptons sed UNMet Mg nests so et Dhe CHMP 1y well-awars of
all aspects fram the bginning. THiE Is 3150 SxpeCtad 0 FcIats Muthar S0ractionNs with patients 36
the pracedure progresses.

This Droposad sction and pracess mprovement 15 In line with Dot the CHMP work plan cbiscve to:
Locerporate St s regla proceases b Chptars and Dclide pRMts’ shews 2nd preferunces n
e Euneht sk wvalustion’, and EMA'S Reguiatary Sciance Stratagy recummumndataans which hignight
thie need tn enfance methods to systomatically incomonate patient: data in reguiatory deosion-making.

Legal basis

Articto 78 of Ragulataan (EC) W0 726/700¢ aliows EMA scuntific cormmtties 10 estatiah comtacts o0 an

....this proposed action and process improvement is in
line with both the CHMP work plan objective to
‘Incorporate additional and regular processes to capture
and include patients’ views and preferences in the
benefit/risk evaluations’, and EMA’s Regulatory Science
Strategy recommendations which highlight the need to
ematically incorporate patient
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EMAG&FDA umbrella of Patient Experiences

Patlent preferences Both fall under the umbrella of “Patient \
s PROS experiences”. However....

Patient Reported Outcomes

“any report of the status of a patient’s health
condition that comes directly from the patient,
without interpretation of the patient’s response
by a clinician or anyone else” [1,2]

Patient Preferences

“measurements of the relative importance of
treatment characteristics/benefits/risks of
treatments regardless of whether the
treatments currently exist.”

1. FOA Gusdance far Industry, Patient - Reponted Oulcoome Measaws Use w Medicsl Product Developstiont i Support Labelmg Clanss, 2000, Av

2. Europesn Medcines Agency(EMA] Fefiection peper on the sequistary audance for the use of health related queity of e (HROL mentires in 1h
005
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B/R HISTORIC
PERSPECTIVE

Ther Adv Drug Saf. 2019; 10: 2042098619871180. PMCID: PMC6712756
Published online 2019 Aug 26. doi: 10.1177/2042098613871180 PMID: 31489173

Benefit-risk evaluation: the past, present and future

2 Juhaeri Juhagri

o * Author information » Arice nofes » Copyright and License informafion  Disciaimer

© Abstract

In the last two decades there has been a shift in the approach to evaluating the benefit-risk (BR)
profiles of medicinal products from an unstructured, subjective, and inconsistent, to a more
structured and objective, process. This article describes that shift from a historical perspective; the

There hasbeen reat mprovementinthe BRfedn the s
1 decades fom a Subjectiveand nconsisent, to amore
structured, transparentand consisent approach,with
number of quantitative methods to ncorporate prference
Weight from various takeholders Whilthis developmen
encouragngthereis stl more work o b done,

Benefit-Risk Balance



Goal 3: Advancing patient-centered
access to medicines in partnership with

healthcare system

EMA Regulatory Science to 2025
» Bridge from evaluation to access through collaboration with payers:

Strategic reflection Collaborate with stakenholders o monitor the performance |safety
and effectiveness) of products newly launched on the market
(learming heaithcare system), and link to the planning of evidence
through risk management plans (RMPs).

» Reinforce patient relevance in evidence generation: Coordinate the
approach to patient reported outcomes (PROs)and Patient
Preferences Studies (DCE);

» Promote use of high-guality real-world data {RWD) in decision
making: Review of the ulility of using electronic health records for
detecting drug safety issves (including drug interactions)

» Develop network competence and specialist collaborafions to
engage with big data

» Deliverimproved product information in electronic format (ePl)

» Conduct research on optimising the impact of risk communication
in changing the behaviour of patients and healthcare professionals,
including as part of risk management and pharmacovigilance

P FIVE
Catalysing the integration ( C GOALS > Enabling and leveraging

of sclence and technology research and innovation

in medicines’ developmeant for human N regulatory scisence

medicines
regulation

Driving collaborative evidenca = C ‘ sing emarging haealth
https: / /www.ema.europa.eu/en/docu T e = Sk i vogiele Apiidord Lt iy
y a4 + + scientific quality of evaluations 3 = ' = autic challenges

ments /regulatory-procedural-
guideline /ema-regulatory-science-

Advancing patient-centred access

2025'STrQTGQiC'reﬂeCﬁOn en.pdf to medicines in partnership with

healthcare systems



https://www.ema.europa.eu/en/documents/regulatory-procedural-guideline/ema-regulatory-science-2025-strategic-reflection_en.pdf
https://www.ema.europa.eu/en/documents/regulatory-procedural-guideline/ema-regulatory-science-2025-strategic-reflection_en.pdf
https://www.ema.europa.eu/en/documents/regulatory-procedural-guideline/ema-regulatory-science-2025-strategic-reflection_en.pdf
https://www.ema.europa.eu/en/documents/regulatory-procedural-guideline/ema-regulatory-science-2025-strategic-reflection_en.pdf
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