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ABOUT THIS TOOLKIT

Overview

This toolkit provides practical guidance for research teams seeking to partner effectively with
patients and caregivers to strengthen the design, conduct, and impact of clinical research,
particularly patient-centered comparative clinical effectiveness research (CER). Throughout
this resource, the terms patient, patient partner, and patient partnership are used to refer to both
patients and caregivers who bring lived experience and experiential knowledge to research.

A companion toolkit has been developed for patients and patient advocacy organizations
(PAOs) seeking to build their capacity to partner in research. Please contact
contact@sumairafoundation.org to request a copy.

About The Sumaira Foundation (TSF)

The Sumaira Foundation (TSF) is a patient-founded, patient-led organization dedicated to
advancing rare neuroimmune disease research and supporting individuals affected by
neuromyelitis optica spectrum disorder (NMOSD), myelin oligodendrocyte glycoprotein
antibody-associated disease (MOGAD), and related neuroimmune conditions.

Through our international work across research, education, support, and advocacy, we partner
with patient communities, clinicians, researchers, and industry partners to accelerate scientific
progress and strengthen patient partnership across the field of rare diseases.

Acknowledgements

We extend our sincere gratitude to the patients and caregivers whose lived experiences,
advocacy, and leadership continue to shape the evolution of patient partnership in research.
We also thank the patient partners, clinicians, academic researchers, and community
collaborators who contributed to this toolkit, developed by Alanna Yee, Leyla Herbst, and
Michael Devlin as part of The Sumaira Foundation’s research initiatives.

Disclaimer

This toolkit was funded through a Patient-Centered Outcomes Research Institute® (PCORI®)
Eugene Washington PCORI Engagement Award (EACB-35334), which supports efforts to build
capacity in patient-centered comparative clinical effectiveness research (CER). The views,
statements, and opinions presented in this toolkit are the sole responsibility of The Sumaira
Foundation (TSF) and do not necessarily represent the views of PCORI®.
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SECTION 01-BACKGROUND & CONTEXT

PATIENT PARTNERSHIP IN CONTEMPORARY
CLINICAL RESEARCH

SECTION OVERVIEW

Patient partnership has become an increasingly important component of contemporary clinical
research. People with lived experience are moving beyond traditional participant and limited
advisory roles to help shape activities across the research lifecycle, from priority-setting and
study design to governance, implementation, and dissemination.

This section examines the factors driving this shift, including growing evidence of the value of
patient engagement, rising expectations from funders, regulators, and reimbursement bodies,
the evolving role of patients and patient advocacy organizations (PAOs) as research partners,
and an increasing emphasis on translating research into real-world treatment and care
decisions through patient-centered comparative clinical effectiveness research (CER).

(- )

CASE STUDY: THE SUMAIRA FOUNDATION (TSF)

In 2024, The Sumaira Foundation (TSF), a patient-led organization focused on
rare neuroimmune diseases, convened a global network of patients, clinicians,
and researchers to develop a study addressing one of the community’s highest-
priority evidence gaps. The resulting proposal secured $9 million in funding
through PCORI’s inaugural Rare Diseases Funding Announcement and
established TSF as sponsor of a five-year international comparative effectiveness
trial evaluating relapse prevention therapies in NMOSD.

This achievement was built on earlier investments in patient partnership and
community research capacity. A 2024 PCORI Engagement Award enabled TSF to
lead a modified Delphi process involving more than 600 patients, clinicians,
researchers, and other stakeholders across 35 countries, establish the first globally
informed and community-driven research agenda for neuromyelitis optica
spectrum disorder (NMOSD) and myelin oligodendrocyte glycoprotein antibody-
associated disease (MOGAD), and create the infrastructure needed to translate
community-identified needs into actionable CER opportunities.

Throughout this toolkit, we highlight elements of this experience as a case study
to illustrate how embedding patient partnership in clinical research can
strengthen study design, generate fundable research opportunities, and expand
opportunities for scientific impact and innovation.

\_ J
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SECTION 01-BACKGROUND & CONTEXT

1.1 From Study Subjects to Research Partners

Limitations in traditional research approaches

Historically, clinical research has engaged patients as study participants or subjects. In this role,
individuals enroll in studies, complete procedures, and contribute data essential to evidence
generation, but are typically not involved in shaping research priorities, outcome selection,
study design, or implementation.

While this approach has produced important scientific advances, it may overlook perspectives
that can strengthen the real-world applicability and relevance of research. Researchers,
clinicians, and patients often view disease burden, treatment success, acceptable trade-offs,
and meaningful outcomes through different lenses, resulting in different perspectives on
which research questions are most important to pursue and how success should be measured,
including which outcomes are prioritized within core outcome sets. Consequently, studies may
prioritize outcomes that are scientifically meaningful while offering limited guidance for real-
world treatment and care decisions.

Traditional approaches may also miss opportunities to strengthen study acceptability,
feasibility, and implementation. Study protocols may overlook practical considerations that
influence recruitment, retention, and participant diversity, such as travel burden, logistical
coordination, caregiver responsibilities, symptom fluctuation, or fatigue. These factors have
implications for participant engagement, how well findings reflect the broader patient
population, and the generalizability of findings. In addition, outcome measures may prioritize
clinical or biomarker endpoints while underrepresenting aspects of health, daily functioning
and quality of life that are most important to patients, limiting the real-world applicability of
findings.

The emergence of patient partnership

People with lived experience offer a distinct form of expertise that complements clinical and
scientific perspectives. Their experiential knowledge can illuminate unmet needs, feasibility
barriers, and outcome priorities that may be less visible through a clinical or academic lens
alone.

In practice, this has led to a growing emphasis on patient partnership in research, where
patients are engaged as contributors to decision-making rather than solely participants in
research activities. Patients are increasingly engaged earlier and more consistently throughout
the research process—from priority-setting and study design through implementation,
interpretation of findings, and dissemination—and may also be integrated into research
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SECTION 01-BACKGROUND & CONTEXT

governance and decision-making structures. Their perspectives help ensure studies remain
methodologically rigorous while also being meaningful, feasible, and positioned to drive real-
world impact.

This shift is visible across the research ecosystem, with funders, academic institutions,
biopharmaceutical sponsors, regulators, and reimbursement bodies increasingly engaging
patients as research partners. Patients bring experiential knowledge gained through navigating
their health condition(s) every day, managing symptoms, treatments, healthcare systems, and
the wider social and functional impacts of illness. When combined with clinical and scientific
knowledge, this expertise can help ensure studies address meaningful questions, incorporate
relevant outcomes, remain feasible to implement, and generate evidence that informs real-
world treatment and care decisions.

As a result, patient partnership is increasingly recognized as a core component of high-quality
research.

Exhibit 1: The Evolution of Clinical Research Practice

Research Dimension Traditional Research Model Patient Partnership Model

. -~ . Research partners contributing
Role of patients Study participants / subjects experiential knowledge
Defined by clinicians and Informed through multi-

Research priorities researchers stakeholder priority-setting

Shared governance through

Governance & decision- Investigator-driven governance ) )
advisory boards, steering

making SLE e committees, and councils
Protocols informed by lived
Study design Limited patient input experience and participation

realities

Focus on generating evidence
Application of findings  Focus on evidence generation that informs real-world

treatment and care decisions

Community-informed
Recruitment strategies Institution-led outreach recruitment through PAO and

patient networks

Limited or inconsistent Structured compensation
compensation recognizing lived expertise
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SECTION 01-BACKGROUND & CONTEXT

The spectrum of patient engagement

Patient engagement exists along a spectrum, ranging from one-time input to long-term
partnership and shared leadership. While activities such as surveys, interviews, and focus
groups may generate valuable insight, they do not necessarily constitute partnership.
Partnership implies an ongoing role in shaping research decisions, with opportunities to
influence priorities, study design, implementation, and other aspects of the research process.

The appropriate level of engagement depends on the goals of the project and the decisions
being made (Exhibit 2). At one end of the spectrum, engagement may involve seeking input
through one-time activities; further along, consultation may include offering feedback on draft
materials or dissemination strategies. Deeper engagement occurs through collaboration, for
example through co-developing materials, contributing to study design, or supporting
implementation. At the highest level, shared leadership positions patients as equal partners in
governance and decision-makers, shaping strategic direction and sharing responsibility for
project outcomes.

Patient partnership does not replace scientific rigor or investigator leadership. Instead, it
expands the expertise informing research. Understanding engagement as a spectrum helps
research teams make intentional decisions about when, where, and how patient partnership
can add the greatest value across the lifecycle of a study.

Exhibit 2: The Spectrum of Engagement

Input Consultation Collaboration Shared leadership

LOWER COMMITMENT HIGHER COMMITMENT
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1.2 The Practical Value of Patient Partnership

Evidence of impact

The case for patient partnership is often framed in terms of values such as patient-
centeredness, inclusion and respect. While these principles matter, they do not fully capture
why patient partnership is valuable to research.

Initiatives led by organizations such as PCORI demonstrate that meaningful patient
engagement can strengthen the acceptability, feasibility, rigor, and relevance of research
studies, improving elements such as:

¢ How feasible study protocols and recruitment criteria are in real-world settings
* Selection of outcomes that matter most to patients

¢ (larity, accessibility, and cultural sensitivity of study materials

e Trust between research institutions and patient communities

e Dissemination and translation of research findings into real-world practice

Patient engagement is increasingly recognized as more than symbolic or optional, with impact
that can be seen across the research lifecycle. However, the value generated depends heavily
on how engagement is approached.

Moving beyond compliance

When treated primarily as a compliance exercise, engagement tends to become performative.
Activities are completed, documented, and reported, but generate limited operational or
scientific value relative to the effort invested. Approached in this way, engagement can feel
disproportionately burdensome, both for research teams and for patient partners.

Genuine partnership, by contrast, creates compounding returns. Patient partners who feel
respected, valued, and meaningfully integrated into study teams often develop a strong sense
of shared investment in the success of the project.

Over time, they become:
e Advocates who build credibility and trust within patient communities
 Problem-solvers who help troubleshoot recruitment and retention challenges

 Protocol advisors who surface feasibility barriers early
e Bridges to community networks that support outreach and enrollment

While the effort required to build meaningful patient partnerships is often front-loaded, the
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operational, scientific, and translational benefits accumulate over time. This mitigates risk,
optimizes study execution, and increases the likelihood of successful study implementation
and that research findings will translate into practice.

Exhibit 3: Levels of Patient Engagement and Their Impact on Research Design &
Execution

Engagement How Patients Are Influence on Research Value to Study

Level Engaged Execution

One-time activities .
Informational context

such as surveys, Early insight into patient :
Input . o to guide exploratory

focus groups, or experiences and priorities Or

. . , thinking

listening sessions

Feedback on draft

protocols, study Refinement of materials, Improved clarity,
Consultation materials, or communication approaches, accessibility, and

dissemination and feasibility considerations participant experience

strategies

Ongoing partnership

in study design, Protocol development, Strengthened
Collaboration implementation recruitment approaches, feasibility, recruitment,

planning, and project operational planning and retention

activities

Integration into , .
Shared governance, steering Strategic direction, priority Susta|ned partnership

. . : : infrastructure and

Leadership committees, or co- setting, and study oversight

. . translational impact
investigator roles

The necessity of patient partnership in rare disease research

Rare conditions present a distinctive research context in which patient partnership is not
merely beneficial but essential to feasibility and success. Small, highly connected patient
populations mean recruitment viability, participant retention, and long-term research
sustainability are closely tied to how institutions engage and are perceived within the
community.

The conditions themselves introduce additional complexity. Diseases such as NMOSD and
MOGAD involve unpredictable relapses that can abruptly alter a patient's capacity to
participate. A patient who enthusiastically commits to an advisory board may experience a
severe attack that limits mobility, cognition, or stamina for extended periods. Study protocols
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SECTION 01-BACKGROUND & CONTEXT

designed without patient input may inadvertently exclude the very populations you need to
reach—such as travel requirements that are difficult for individuals with mobility
impairments, or cognitive demands that may not align with brain fog or fluctuating
neurological symptoms.

1.3 Funder & Regulatory Expectations
Funder requirements

As patient partnership becomes more embedded across the research ecosystem, expectations
for engagement are becoming increasingly formalized.

Major research funders increasingly require evidence of meaningful patient engagement
within grant applications, study design, and governance structures. Organizations such as the
Patient-Centered Outcomes Research Institute (PCORI), the National Institutes of Health
(NIH), Horizon Europe, and other international funding bodies have embedded patient
partnership expectations into funding criteria, evaluation metrics, and reporting requirements.

Regulatory and reimbursement integration

Regulatory agencies responsible for approving medicines and reimbursement bodies that
determine coverage and access—including the U.S. Food and Drug Administration (FDA), the
European Medicines Agency (EMA), and health technology assessment (HTA) organizations
such as Canada’s Drug Agency (CDA-AMC)—are also placing increasing emphasis on
incorporating patient input into regulatory decision-making. This includes greater patient
engagement in clinical trial design, endpoint selection, and benefit-risk assessment, as well as
the growing use of patient preference data, patient-reported outcomes, and lived experience
insight.

1.4 Understanding Patient Communities & Advocacy
Organizations

Lived experience and experiential knowledge

Many rare neuroimmune patients spend months or years navigating evolving symptoms,
multiple specialist consultations, and periods of clinical uncertainty before receiving an
accurate diagnosis. During this process, some may experience misdiagnoses, delayed
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SECTION 01-BACKGROUND & CONTEXT

recognition, or attribution of symptoms to psychological or nonspecific causes. These
experiences shape how patients engage with research and medical institutions.

As a result, many rare neuroimmune patients arrive at research partnerships with a level of
disease-specific knowledge, healthcare system experience, and self-advocacy that differs from
what researchers may encounter in more common conditions. Many bring both respect for
clinical expertise and a firsthand awareness of its limitations, informed by their lived
experience. This can surface as thoughtful questioning, detailed lived insight, and a strong
desire for research that advances understanding of their condition. When engaged
constructively, this perspective can strengthen study design discussions, feasibility planning,
and interpretation of findings. Researchers who acknowledge uncertainty transparently and
engage patients as knowledgeable partners tend to build deeper trust and more productive
collaborations.

The role of patient advocacy organizations (PAOSs)

Researchers may be most familiar with PAOs through their roles in patient education,
awareness campaigns, or support services. But they are increasingly playing a role in bridging
patient communities and research ecosystems. This positions them as strategic partners in
facilitating research participation and partnership, particularly due to their deep, trust-based
relationships within patient communities built over years of engagement.

PAOs may support priority-setting, partner identification, recruitment outreach,
dissemination, and interpretation of findings. They often hold community-level insight,
engagement infrastructure, and communication channels that researchers cannot easily
replicate independently. Partnering with PAOs enables research teams to engage patients more
credibly, inclusively, and efficiently while strengthening alignment between study objectives
and community priorities.

Exhibit 4: Patient Partnership Across the Research Lifecycle

e |dentifying needs ¢ Reviewing protocols ¢ Co-developing grants e Advisory councils e Reviewing data o Co-presenting results

» Defining research o Assessing feasibility e Providing justification e Monitoring progress ¢ Sharing insights e Creating plain language
questions summaries

5 13



SECTION 01-BACKGROUND & CONTEXT

1.5 Translating Research into Treatment & Care
Decisions Through CER

From research evidence to real-world decisions

A clinical study may demonstrate efficacy under controlled conditions and establish whether an
intervention produces benefit within a clearly specified trial context. However, traditional
efficacy trials do not fully inform the broader trade-offs that shape clinical decisions.

In practice, patients, clinicians, and health systems must make decisions that account for
clinical, social, and economic factors such as disease severity, comorbidities, age, patient
preference, out-of-pocket costs, medication availability and formulary restrictions, caregiver
support, transportation barriers, and institutional resource allocation. Patients and clinicians
need guidance that reflects these realities and shows how research evidence translates into
practice.

The role of patient-centered comparative clinical effectiveness
research (CER)

Patient-centered comparative clinical effectiveness research (CER) compares different ways of
preventing, diagnosing, treating, or managing a condition to determine which approach works
best, for whom, and under what circumstances. It emphasizes effectiveness of a healthcare
intervention in real-world conditions, such as:

* DrugAvs.drugB

e Medication vs. lifestyle change
* Surgery vs. therapy

¢ Different care delivery models

Patient-centered CER incorporates outcomes that matter most to patients, such as quality of
life, treatment burden, and the ability to participate in work, school, family, and community
life. While traditional clinical endpoints may focus on measures such as laboratory values,
imaging findings, or disease activity, patient-centered outcomes help assess whether those
changes result in meaningful improvements in how patients feel and function in daily life.

Ultimately, patient-centered CER aims to generate evidence that helps individuals understand
the comparative benefits, risks, burdens, and outcomes associated with different options in
practice. This leads to more relevant and usable insights that can directly inform clinical
decision-making, health policy, and access to care.

5 11



SECTION 01-BACKGROUND & CONTEXT

How patient partnership enables patient-centered CER

Building the skills, capacity, and infrastructure to partner effectively with patients and PAOs is
increasingly recognized as a critical component of conducting high-quality CER and
producing evidence-based guidance that is meaningful, relevant, and useful to decision-
makers.

Exhibit 5: The Value of Patient Partnership in CER

CER Consideration Value of Patient Partnership

Decision-relevant research Provides insight into practical evidence gaps and real-world
questions treatment and care decisions.

Clarifies which healthcare interventions patients are actually

Treatment comparisons considering, comparing, or switching between.

Improves understanding of the outcomes that matter most to
patients, such as quality of life, daily functioning, treatment
burden, and participation in work, school, family, and
community life.

Informs eligibility criteria and subgroup selection
Patient subgroups considerations, influencing who is represented in the study
and how broadly the findings can be applied in practice.

Adds context about patient priorities, trade-offs, acceptability,
and real-world constraints, making results more meaningful
and actionable for decision-making.

Patient-centered outcomes

Interpretation and use of
findings

Studies that are designed without patient partnership risk overlooking the patient priorities,
real-world experiences, and practical trade-offs that often determine whether research findings
are adopted and implemented in real-world settings.
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CASE STUDY: TSF'S CER TRIAL

NMOSD is a severe neuroimmune condition characterized by recurrent
inflammatory attacks that can cause irreversible damage including blindness and
paralysis. Without treatment, patients may experience significant disability and,
in some cases, death.

Since 2019, the FDA has approved several targeted NMOSD therapies proven to
reduce relapse rates and improve outcomes. However, there is limited evidence
comparing how these treatments perform relative to one another. This is a critical
evidence gap for our community as NMOSD requires long-term management
and treatment decisions that have lasting impacts on disability, family planning,
and quality of life.

To address this, TSF led the design of a CER trial proposal to evaluate rituximab,
a historical off-label standard, against approved therapies including ravulizumab,
eculizumab, inebilizumab, and satralizumab. The study was co-developed with
patient partners who helped shape key design decisions, including the selection
of patient-reported outcomes such as pain, fatigue, mood, and quality of life
alongside traditional measures of disease activity. This approach helped ensure
that diverse stakeholder perspectives were reflected in the trial protocol,
positioning the study to generate evidence that is more relevant and useful for
real-world treatment decision-making.

_J
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SECTION 02-GETTING STARTED

PREPARING RESEARCH TEAMS FOR PARTNERSHIP

SECTION OVERVIEW

Many research teams already hold strong foundations for patient partnership, including
clinical expertise and established research infrastructure. As you move from traditional study
models toward structured partnership, it is important to put dedicated processes and supports
in place to ensure engagement efforts are both feasible and meaningful.

This section provides practical frameworks and reflection tools to help you clarify research
partnership objectives, assess institutional readiness, scope priority initiatives including those
that may contribute to CER, and plan the resources needed for you to engage patient partners
effectively within research activities.

2.1 Determining Partnership Objectives

Why goal clarity matters

Clarifying partnership objectives early helps ensure patient engagement activities are
purposeful, strategically aligned, and positioned to meaningfully inform research. Research
teams may identify multiple opportunities for partnership, but prioritizing where engagement
will have the greatest impact helps prevent tokenistic involvement or partnership that exceeds
available capacity or infrastructure.

Exhibit 6: Informing Research Objectives Through Patient Engagement

. .. Outputs . .
Objective Engagement Activities Research Application

Identifies unmet needs,
Lived experience treatment challenges, and
insight real-world considerations

that influence care decisions

Supports feasibility
Quantified patient assessment, outcome

Community Listening sessions,
insight community discussions,

capture focus groups

Structured Surveys, needs

data ) zrans:es;snments, symptom experience data selection, and core outcome
collection pPpIing set development
Consensus  Delphi panels, advisory Prioritized research Informs research agendas
development councils, working groups  questions and focus areas

Grant & study Protocol workshops, co- P ?rtnershlp— Strengthens feaf"b'“ty’
intearation development sessions informed study rellevance, and funder

integ concepts alignment
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CASE STUDY: ORIGINS OF THE NMOSD & MOGAD RESEARCH AGENDA

Guided by our mission to illuminate the darkness of NMOSD, MOGAD, and
related disorders, TSF has worked since 2014 to serve and mobilize the global
neuroimmunology community. Initiatives such as our Coalition for Health
Equity, Spark Research Grants, and TSF Ambassador program have identified
persistent gaps in diagnosis, care, and access, and underscored the need for
stronger alignment between community priorities and scientific activity. Our
PCORI Engagement Award was designed to address this through the
development of a NMOSD and MOGAD research agenda to guide future
research efforts, specifically CER. Co-developed with patients, caregivers,
clinicians, researchers, allied health professionals, and other stakeholders, this
agenda aims to strengthen the alignment of research with patient priorities and
support the generation of evidence that better informs real-world decisions.

\_ J

Aligning internally before engaging externally

Before initiating partnership activities, it is important to ensure alignment within the research
team and institution. Clarifying the intended purpose, scope, and expectations of engagement
helps establish shared understanding and prevents misalignment once patient partners are
involved.

Exhibit 7: Reflections to Support Internal Alignment

Consideration Reflection Questions Why It Matters

How does patient partnership support Ensures engagement strengthens,

Rlc_asearcht our study objectives, CER goals, or rather than diffuses, scientific
alignmen research program priorities? focus

Study & gﬁ\g V\(/:;gga::eghfcaoﬂr;]:rssgllgclt?;(;rm Promotes intentional integration
_progran_1 ) y gn, . L rather than ad hoc consultation
integration implementation, or dissemination?

Leadership & Do investigators and study staff share Enables coordinated

t buv-i understanding and support for implementation and realistic
eam buy-in partnership activities? workload planning
Partner How will we communicate roles, Builds transparency and trust from

scope, and influence to patient
partners?

5 19
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SECTION 02-GETTING STARTED

With a shared understanding of partnership goals, roles, and expectations, researchers can
begin integrating PAOs into the research process. PAOs can help strengthen multiple stages of
CER, helping ensure that evidence generation remains connected to patient priorities, real-
world treatment decisions, and the practical application of findings.

Assessing institutional readiness

Meaningful partnership introduces real operational demands, including staffing, coordination,
training, and administrative oversight. Taking stock of your institutional readiness helps
research teams leverage existing assets while planning for the support needs to engage patient
partners effectively over time.

Exhibit 8: Assessing Readiness For Patient Partnership

Capacity Area Signals You May Need Additional Support

- Engagement responsibilities are added on top of existing roles without
Staffing & . . . . : .
leadershib ti dedicated time, ownership, or support for integrating patient
eadership ime perspectives into research decisions.

Partnership Communication, scheduling, and follow-up with partners feel ad hoc
coordination or difficult to sustain throughout the study lifecycle.

Training & Study staff or partners feel unsure about engagement processes,
preparation expectations, or how patient input will inform decision-making
Administrative Contracts, compensation, or documentation processes are unclear or
infrastructure time-intensive to manage

Financial resources Engagement costs are not yet built into study budgets

Participation depends on short-term enthusiasm rather than systems

Sustainability and processes that support ongoing patient partnership

2.2 Approaching Patient Partnership
The role of PAOs in CER

PAOs offer community-level insight, longitudinal perspective, and engagement infrastructure
that extends beyond individual patient experience. This helps research teams engage a broader
range of perspectives that may not be fully visible or accessible within clinical encounters or
academic research settings alone.

5 20
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Exhibit 9: Practical Ways PAOs Can Shape CER

Patient Engagement Research Design Comparative Evidence

s\ v

Real-World Decisions

PAOs partner to ensure

PAOs bring forward
unmet needs, priorities,
and the decisions and
trade-offs patients face.

PAOs partner to prioritize
outcomes that matter in
daily life, such as fatigue,
treatment burden, and
quality of life.

evidence compares the
treatment and care options
patients are choosing
between in real-world

PAOs partner to translate
findings into actionable
decisions across care,
policy, and access
contexts.

settings.

Strengthening decision-making with patient partners

Rather than asking patient partners for general feedback, research teams should identify the
design and implementation choices where lived experience can improve the relevance,
feasibility, and interpretability of the study. These decision points can then be built into the
engagement plan, governance structure, meeting agendas, and project timeline.

Exhibit 10: Key Study Decisions to Discuss with Patient Partners

m Example Discussion Questions

Does this question reflect a real-world treatment or care

Research question decision patients face?

Are these the treatment or care options patients actually

Comparator selection encounter, access, or choose between in practice?

Who might be unintentionally excluded from participating or

Eligibility criteria underrepresented in the evidence?

What benefits, harms, symptoms, functional impacts, or

Outcomes and endpoints treatment burdens matter most to patients in daily life?

What aspects of participation may be difficult, inaccessible,

Study procedures overly burdensome, or unrealistic?

Which messages, channels, and messengers resonate most

Recruitment strategy with the community?

How should results be understood in the context of lived

Interpretation of findings experience and treatment trade-offs?

What formats will help patients, clinicians, and communities use
the findings?

2
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SECTION 02-GETTING STARTED

2.3 Planning Patient Engagement Initiatives

Phases of patient engagement

Before jumping into execution, it's worth investing time upfront to think through a clear,
actionable plan to ensure your initiative is well-coordinated and feasible. This includes
defining objectives, setting realistic milestones and deliverables, establishing project timelines,
identifying coordination needs, and determining who will be responsible for leading and
supporting the work.

While research initiatives vary in scope, many follow similar phases - from project planning, to
partner recruitment and onboarding, to capacity building, to core project activities, to
dissemination of findings, to reflection and next steps.

Exhibit 11: Typical Operational Phases of Engagement Initiatives

= el 9, B B =+
E@ a - <l © A
) Partner Capacity Core Project :
@ o ® @ @ @

Involve patient partners early as you plan your project. Early engagement allows partners to
shape foundational elements—including protocol feasibility, outcome selection, and
recruitment strategies—before key decisions are finalized.

We recommend capturing your plan in a plain language project summary that patient partners
can return to throughout the project. This shared reference point helps keep everyone aligned
on purpose, scope, roles, and timeline, and makes it easier to course-correct early if
expectations start to drift.

Engaging patients early in study development

The most common mistake is involving patients only after key decisions have been made.
You've designed the study, written the protocol, perhaps even received IRB approval—and
now you want patient input. At this stage, meaningful changes are difficult, and patients
recognize that their role is to validate decisions rather than shape them.

5 2
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Early partnership, by contrast, allows patient insight to influence fundamental choices: which
outcomes to measure, what burden the protocol places on participants, how to frame
recruitment materials, what the findings will mean for the community. For CER, patient
partners can help identify whether the comparison reflects real-world choices, whether
outcomes capture functioning/ quality of life/treatment burden, and whether the design is
feasible for the populations most affected. These early decisions lock in constraints that are
costly to change later. Patient input is most valuable precisely when you have the most
flexibility to act on it.

Working with IRBs

Institutional Review Boards (IRBs) vary in how they interpret patient engagement activities.
Clarify your IRB's requirements before you've promised patients a role you cannot deliver.

When framing engagement activities, distinguish between study participants and patient
partnership. Patient partners reviewing recruitment materials are collaborators contributing to
research quality, not human subjects generating data. This distinction matters for IRB
purposes, and muddying it creates unnecessary complications. Where needed, existing
engagement guidance from organizations such as PCORI can support IRB discussions around
compensation, roles, and governance.

2.4 Budgeting for Patient Engagement

Resourcing partnership activities

A common oversight is under-budgeting for patient engagement. Partnership costs should be
planned proactively rather than retrofitted once other budget items are established.

Consider partner compensation, capacity training, coordination needs, accessibility supports,
and dissemination involvement when developing study budgets. Early resourcing ensures
partnership activities are feasible, equitable, and sustainable. Refer to Section 4.2 for more
detailed guidance.

Capacity development and training supports

Effective partnership requires investment in capacity development for both patient partners
and research teams. Patients may benefit from orientation to research processes, study design
fundamentals, governance structures, and the specific scientific context of the initiative. For
CER-focused studies, orientation may also need to cover comparative effectiveness concepts,
study comparators, patient-centered outcomes, real-world evidence, and how study findings
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may inform clinical, policy, or access decisions. This preparation supports confidence, role
clarity, and more meaningful contribution.

Research teams also benefit from training in patient partnership practices, including
facilitation approaches, accessible communication strategies, and working within shared
decision-making environments. Building this mutual readiness establishes a common
language, clarifies expectations, and strengthens collaboration across stakeholder groups
throughout the research lifecycle.

Refer to Section 3.4 for more detailed guidance.
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STRUCTURING PATIENT PARTNERSHIP WITHIN
RESEARCH TEAMS

SECTION OVERVIEW

Effective patient partnership extends beyond engaging individual patients alone. While lived
experience perspectives remain foundational, high-functioning partnership models operate at
the intersection of experiential insight, clinical expertise, and research methodology.

This section focuses on how research teams can assemble multi-stakeholder partnership
structures, define meaningful roles, cultivate trust-based collaboration, and support patient
partners to contribute confidently within research environments.

3.1 Ildentifying & Engaging Patient Partners

Balancing experiential knowledge & technical expertise

In addition to patient partners, engagement teams may include caregivers, clinicians, academic
researchers, allied health professionals, as well as partners from healthcare organizations,
industry, and policy settings. Bringing these voices together helps ensure initiatives are
informed by complementary perspectives on disease burden, care delivery, and the practical
realities of designing and executing research. This alignment is particularly important in CER,
where integrating lived experience and clinical perspectives is essential to defining meaningful
treatment and care comparisons and patient-centered outcomes.

Exhibit 12: Complementary Expertise in Patient-Partnered Research

Patients & Caregivers Clinicians & Researchers

Lived experience with the condition Scientific and methodological expertise
Insight into unmet needs, care gaps, and Understanding of diagnostic and treatment
real-world decision-making constraints pathways

Perspectives on treatment trade-offs and Study design and endpoint development
burden, daily functioning, and quality of life expertise

Awareness of participation barriers and Knowledge of feasibility, safety, and regulatory
accessibility needs considerations

Access to clinical populations and research
infrastructure
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Direct recruitment pathways for patient partners

Direct recruitment pathways may include:

*  C(linical site referrals

*  Existing study participants

* Institutional patient advisory boards
*  Registries and natural history studies
*  Community outreach events

These approaches can be effective for identifying individuals with relevant lived experience.
However, direct recruitment alone may present limitations, including restricted diversity of
perspectives, limited community reach, or insufficient infrastructure to support sustained
engagement.

The single patient problem

Recruiting one patient representative to a large team of researchers creates structural
imbalance that good intentions cannot overcome. That patient faces pressure to speak for an
entire community, disagree with multiple experts simultaneously, and contribute without
backup when they're outnumbered ten to one. Even the most confident patient partner will
self-censor in this environment.

Multiple patient partners create safety in numbers. They can validate each other's perspectives,

push back collectively, and offer diverse viewpoints that no single person could provide. The
minimum for genuine partnership is two patient partners; three or more is better. If your
budget or timeline cannot accommodate multiple partners, that's a signal to reconsider the
structure of your engagement.

Partnering through PAOs

PAOs offer established partnership infrastructure that can complement or extend direct
recruitment pathways. Rather than recruiting individual partners ad hoc, research teams can
engage through organizations that already convene, train, and support patient communities.

PAOs may provide:
*  Pre-engaged patient partner networks

*  Experience supporting advisory councils and engagement initiatives
*  Community trust and established communication channels

L
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. Infrastructure for recruitment, onboarding, and facilitation
*  Insight into community priorities and unmet needs

Engaging through PAOs can streamline partnership development, reduce recruitment burden
on study teams, and strengthen alignment between research activities and community
priorities.

Designing diverse & representative teams

As partnership structures are assembled, it is important to consider whose perspectives are
represented and whose may be missing. Patient experiences vary across disease stage,
geography, culture, race and ethnicity, socioeconomic context, disability, and healthcare access.

Ensuring diversity of lived experience strengthens the relevance and applicability of research
outputs and helps avoid over-reliance on the perspectives of individuals who are most visible
or easiest to engage.

Exhibit 13: Reflections to Support Building Diverse & Representative Teams

Consideration Reflection Question Practical Strategies

Does our partner group reflect the

Representation diversity of the populations we aim OUITEEE) HrOVE] SpEen Crougs,

registries, community networks

to study?
Range of lived Are multiple disease stages and Include both newly diagnosed and
experiences care journeys represented? long-term patients

Are caregivers included where

Careglv?‘ disease burdens affect family ilir;?ar%[e T DEGITIETS 10 (ST eReEn
perspectives systems? g

Skills and Do partners feel prepared to Provide onboarding, orientation, and
readiness contribute in research settings? mentorship

Equitable Are we reaching populations facing Partner with community organizations
outreach participation barriers? and PAOs

Refer to Section 4.1 for recruitment implementation guidance.
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Selecting collaborators for partnership readiness

When identifying clinician, researcher, or stakeholder collaborators, consider their prior
experience working within multi-stakeholder environments and their openness to integrating
experiential knowledge into research processes.

Effective collaborators communicate in accessible language, engage patient partners as peers
within research dialogue, and value lived experience as a complementary form of expertise.
Early partnerships often benefit from engaging collaborators who already demonstrate
alignment with patient-centered research principles.

3.2 Clarifying Roles & Expectations

Structuring meaningful participation

Scheduling a meeting and bringing partners together is only the first step. Meaningful
collaboration depends on setting clear, intentional expectations from the outset and clarifying
who is responsible for what, what each partner is being asked to contribute, and how decisions
will be made across the duration of a project.

How patient partners are positioned within this structure matters. If involvement is limited to
reviewing materials or providing feedback after key decisions have already been made,
opportunities for deeper contribution are lost. Creating space for patient partners to help
shape priorities, contribute to study design, define interventions to be compared, identify
patient-centered outcomes, develop materials, present alongside researchers, and interpret
findings strengthens both the quality of the work and the development of patient leadership.

Establishing this clarity early supports coordination and accountability across the team. When
partners understand their role and influence, collaboration tends to be more inclusive,

productive, and sustainable.

Refer to Section 4.3 for guidance on designing governance and leadership structures.
Avoiding tokenism

Tokenism refers to the inclusion of patient partners in ways that are symbolic rather than
substantive. In these instances, patient involvement tends to be reduced to a procedural
requirement or reputational signal rather than an integrated component of research design and
decision-making. Tokenistic engagement undermines trust, represents a poor use of partner
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time and expertise, and limits the scientific and implementation value partnership is intended
to bring.

Signs that engagement may be tokenistic include:

Involvement after key decisions are already finalized

e Having a single patient representative on a large team
Lack of compensation

Soliciting input that does not actually influence outcomes

Meaningful engagement requires structural commitment:

e Multiple patient partners (not one isolated voice)

e Engagement throughout the research lifecycle (not just recruitment)

e (Clear mechanisms for patient input to shape decisions

e Transparent communication about how input was used—including when it wasn't
followed and why

Recognizing contributions and authorship

Authorship and acknowledgment considerations should be discussed early when defining
partnership roles. When patient partners contribute to engagement outputs — such as resource
development, priority-setting activities, data collection, communications materials, or
dissemination efforts — their contributions should be appropriately recognized. Clarifying
expectations around credit, authorship criteria, and acknowledgment practices helps ensure
contributions are recognized equitably and prevents misunderstandings as projects evolve.

-

CASE STUDY: ESTABLISHING A MULTI-STAKEHOLDER COUNCIL

TSF established a multi-stakeholder research council composed of patients,
clinicians, and researchers. Roles and expectations were defined from the outset,
with members co-developing community surveys, collaborating on research
priority-setting activities through a modified Delphi survey process, supporting
translation of materials into multiple languages, building consensus around the
NMOSD and MOGAD research agenda to inform future CER, and authoring
plain language communications. Patient members built partnership skills and
confidence through targeted workshops, then applied them in collaborative,
multi-stakeholder work sessions tied to specific outputs. This structure
positioned patient partners not only as contributors, but as active collaborators
and leaders while building their capacity for future research partnership. J
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3.3 Addressing Power Dynamics in Research Teams
Structuring inclusive participation

Multi-stakeholder research partnerships bring together people with differing expertise,
professional backgrounds, institutional authority, and familiarity with research environments.
It is important to recognize that these differences can shape how comfortable people feel
participating in discussions and decision-making processes.

Clinicians and researchers may be more accustomed to technical discourse and formal meeting
structures, whereas patient partners may be newer to research terminology or group dynamics
in academic settings. Structuring discussions to reduce these barriers supports more balanced
participation.

Simple structural choices — such as pacing discussions, clarifying terminology, explicitly
inviting patient perspectives, and ensuring space for reflection and questions—can help reduce
participation barriers and support more equitable contribution across the group.

Fostering trust and inclusive dialogue

Addressing power dynamics is closely linked to building trust within research partnerships.
Trust develops when partners feel their perspectives are respected, taken seriously, and
reflected in decision-making. Fostering reciprocal relationships grounded in co-learning,
transparency, honesty, and trust can also help balance inherent power differences across the

group.

Creating an approachable and productive collaboration environment requires consistency in
communication, openness to differing viewpoints, and a shared commitment to mutual
learning across stakeholder groups. Thoughtful coordination and facilitation play an
underestimated but central role. Simple practices such as inviting patient perspectives early in
discussions, using accessible language, and creating space for reflection or small-group
dialogue can support more balanced participation and ensure conversations are not dominated
by academic or institutional voices. Approaches such as moderated discussion rounds,
breakout groups, or guided reflection can further help ensure contributions are not limited to
those most comfortable speaking in professional or technical settings.

Facilitators help shape how dialogue unfolds. Establishing shared group values—including
respect for diverse perspectives and openness to challenge—creates space for constructive
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disagreement and deeper insight. Over time, these practices strengthen trust, improve
decision-making, and support more effective multi-stakeholder collaboration.

Exhibit 14: The Engagement-Trust Feedback Loop

Respectful

) Engagement ; W
') \ gl Y )

Reinforced Partners
Trust Are Heard

B |2

Stronger Confidence
Decisions to Contribute

Ll

Deeper Dialogue

3.4 Developing & Supporting Patient Partners

Trauma-informed approaches

Rare diseases often involve sudden onset, diagnostic uncertainty, and potential health
instability. As a result, research participation may surface difficult experiences related to
illness, healthcare interactions, or loss of functioning. Trauma-informed engagement refers to
partnership practices that recognize these realities and intentionally design participation
environments that prioritize psychological safety, autonomy, and flexibility.

Trauma-informed approaches include:

e Recognizing that some partners may have had negative experiences with the healthcare
system

e Creating participation environments where individuals are comfortable sharing as much
or as little personal experience as they choose, and in varying formats (e.g. live group
setting or anonymous written feedback)
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* Avoiding triggering language, imagery, or scenarios in research materials and
discussions

e Building flexibility into engagement expectations to accommodate fluctuation and health
variability

Building research literacy and engagement sKkills

Patient partners bring critical lived experience and experiential knowledge, offering insight
grounded in real-world care realities and community priorities. At the same time, many may
be newer to research concepts and processes. Building research literacy—including familiarity
with study design fundamentals, terminology, and evidence interpretation—supports more
confident and substantive engagement.

Creating structured opportunities for skill development further supports the growth of
informed, confident partners equipped to help guide research initiatives and represent
community priorities. Capacity-building may include foundational orientation to research
processes and study design, alongside skill-building in areas such as document review,
meeting participation, public speaking, and collaborative decision-making.

Supporting leadership pathways and peer mentorship

Considering the motivations, skills, and strengths of partners can help identify pathways to
deepen partnership over time. Cultivating a broad base of capable patient partners — rather
than relying on a small number of experienced advocates — strengthens long-term research
infrastructure and institutional capacity.

Capacity-building should be approached as an ongoing process rather than a one-time event,
with learning integrated into meetings, supported through self-directed resources, and
reinforced through peer mentorship models. Whenever possible, learning should be paired
with immediate opportunities for application—for example, reviewing a study document after
an orientation to protocol design, or practicing feedback techniques within live project
discussions. Pairing newer partners with experienced members further supports confidence-
building, knowledge transfer, and peer learning while creating space to translate new
knowledge into practice.

Anticipating collaboration challenges and sustaining participation

Even thoughtfully structured partnerships will require adjustment as the work unfolds. Multi-
stakeholder research initiatives operate within real-world constraints, with tight project
timelines, competing priorities, and evolving partner availability. Approaching partnership
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with a mindset of responsiveness rather than rigidity allows teams to adapt as needs and

circumstances emerge.

Participation may shift as patient partners balance engagement alongside health needs,

caregiving responsibilities, employment, or other life demands. Similarly, the intensity of
research activities may rise and fall across project phases, with some periods requiring more
concentrated input than others. Building flexibility into how and when partners contribute, as
well as planning for continuity across project phases, can help maintain stability even as

individual involvement fluctuates.

Exhibit 15: Anticipating Partnership Challenges in Research Teams

Challenge Potential Manifestation

Strengthening Approaches

Limited time for partners to
timeli review materials or provide
imelines feedback

Project pacing &

Uncertainty about where
input is expected or how it
informs decisions

Role clarity & scope
of influence

Academic or clinical voices
unintentionally dominating
discussions

Power dynamics in
group settings

Emotional labor of Fatigue or discomfort related
sharing lived to recounting health
experience experiences

Individuals feeling

Representation responsible for representing

burden an entire community
perspective

Sustaining Engagement fluctuating due

participation over to health, caregiving, or

time employment demands

L

Build in realistic input windows and
clearly signal priority areas for partner
feedback

Define roles, decision points, and
engagement expectations early and
revisit throughout the project

Use facilitated dialogue, structured input
methods, and inclusive meeting
practices

Offer flexibility, content advisories, and
supportive facilitation approaches

Clarify that partners are contributing
perspective, not serving as sole
representatives of the entire community

Offer multiple participation formats and
plan for transitions to maintain continuity
if involvement changes over time
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IMPLEMENTATION IN CLINICAL RESEARCH
PRACTICE

SECTION OVERVIEW

With the foundations of multi-stakeholder partnership established, this section turns to how
patient partnership is implemented in practice. This includes embedding partnership into the
operational workflows across the research lifecycle

While study designs vary, the day-to-day work of meaningful patient partnership tends to
follow similar systems, processes, and coordination needs. This section outlines practical
execution approaches that support effective, sustainable integration of patient partners within
research teams.

4.1 Partner Recruitment & Onboarding

Inviting and onboarding patient partners

As outlined in Section 3.1, recruitment should be intentional and aligned to partnership
objectives. Patient partners may be identified through clinical referral pathways, registries,
patient advocacy organizations, advisory boards, or prior research participation.

Recruitment outreach should be clear, transparent, and grounded in assessing mutual fit. Early
conversations are an opportunity to share the purpose of the work, why the individual’s
perspective is being sought, and what participation will involve.

Key considerations to communicate include:

* Anticipated time commitments

* Meeting cadence and duration

* Scope of decision-making influence

e Compensation and available participation supports

Recruitment dialogue should create space for prospective partners to ask questions, share
motivations, and raise accessibility or capacity considerations. Establishing this clarity early
supports alignment on both sides and lays the foundation for more sustainable, long-term
participation.
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(" )

CASE STUDY: RECRUITING PATIENT PARTNERS

To recruit patient partners, we engaged members of our TSF Ambassador
program: a community network of over 100 patients, caregivers, and clinicians
who serve as peer leaders, educators, and regional connectors. Ambassadors
support and lead awareness campaigns, support groups, and other initiatives
across diverse geographies and care contexts. Engaging this network provided a
useful starting point for identifying partners with both lived experience and
demonstrated commitment to community partnership.

\_ _J

Planning for engagement continuity

Over multi-year projects, shifts in patient availability and engagement are expected. This may
be due to health changes, caregiving demands, or evolving personal priorities. Planning for
continuity — for example, by lightly over-recruiting advisory groups — helps maintain
continuity if participation fluctuates.

4.2 Compensation & Participation Supports

Recognizing lived experience as expertise

Unlike clinicians or researchers, patient partners are usually not participating as part of their
paid professional role. Engagement often requires stepping away from work, caregiving
responsibilities, or personal time in order to contribute.

Without compensation, participation may unintentionally be limited to those who have the
time, financial flexibility, or health stability to volunteer. Providing compensation that reflects
fair market value affirms patient partnership as valued expertise rather than voluntary
contribution.

PCORI’s Financial Compensation Framework recommends aligning compensation for patient
and caregiver partners with the time, effort, expertise, and responsibilities associated with
their role. In practice, TSF has seen rates begin within the US$50-100 per hour range in the
United States, with higher levels for roles involving greater responsibility, preparation, or
leadership.
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Before designing compensation structures, it is important to consider how payments may
intersect with disability or income-dependent public assistance benefits. Offering flexible
options — or inviting patient partners to share preferences around compensation structure —
can help support participation in ways that are responsive to individual circumstances.

Exhibit 16: Example Partner Compensation Models

Engagement Activity Compensation Considerations

Advisory or council participation Per-meeting stipends or term-based honoraria

Document review or feedback Hourly compensation or flat review fees

Expanded stipends reflecting level of

Governance or leadership roles engagement (refer to Exhibit 2)

Conference presentations or dissemination

o Speaker honoraria and travel coverage
activities

Research collaboration (e.g., co-investigator Contracted compensation aligned with scope
roles) of work

Resourcing participation supports

Standard reimbursements and accessibility supports are equally critical to consider and
discuss with partners upfront. These may include:

* Travel and lodging for in-person meetings

e Internet access, technology stipends, or software access,

e Accessibility accommodations like captioning, assistive technology, or mobility supports
* Translation or interpretation services

e (aregiving or respite reimbursement

Putting these supports in place and clearly communicating their availability helps create

inclusive conditions where partners can engage meaningfully and participate on more
equitable footing with other stakeholders.
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4.3 Governance & Leadership Structures

Embedding patient partners within formal structures

It is important to establish clear project governance/leadership structures early to ensure that
patient partners are embedded within initiatives rather than positioned on the sidelines.
Governance design should clarify where influence sits, how input informs decisions, and how
accountability is distributed across stakeholders.

Many projects involve a tiered leadership model. This may include a core decision-making
council, smaller working groups responsible for specific deliverables, and a broader
community engaged for consultation or dissemination. Structuring engagement in this way
allows patient partners to engage at varying levels of influence aligned to their skills,
aptitudes, desires, and capacity.

Exhibit 17: Example Tiered Engagement Governance Model

Tiered Engagement Governance Model

Steering Committee / Executive Leadership

., ® e Sets strategic direction, approves study
@ n design decisions, oversees governance
accountability

Patient Research w Working Groups / Study Teams
Council 8- o Leads protocol

e Provides structured patient o = development,
insight on study design, o recruitment strategy,
feasibility, materials, and execution planning,
dissemination and oversight

Community Advisory Network
o\’ /o\je e Offers broader lived experience insight, validation,
= e} dissemination pathways

Clarifying representation and authority

Governance planning should address:

¢ How patient representation is embedded across decision bodies
e Scope of authority and responsibility of each body

¢ Participation expectations and term structures

e Alignment with compensation and resourcing models

# 39



SECTION 04-OPERATIONALIZING PARTNERSHIPS

Establishing these structures early helps manage expectations and ensures patient perspectives
are integrated into decision-making processes rather than layered on as an afterthought.

Integrating patient input into decision-making

Governance structures should clarify how patient partner input is incorporated into study
decisions. For CER studies, patient input is especially valuable in defining the study question,
determining which treatment or care options should be compared, selecting primary and
secondary outcomes, assessing eligibility criteria and visit burden, interpreting patient-
reported outcomes, and planning dissemination or implementation. While not all
recommendations can be implemented, transparency regarding how perspectives were
considered—and the rationale behind final determinations—reinforces trust and ensures
engagement remains meaningful rather than symbolic. Establishing clear pathways for how
input is reviewed, documented, and integrated helps partners understand where their
contributions influence study direction and where constraints may shape final outcomes.

Conversely, soliciting input without demonstrating how it informs decisions can erode
confidence in the partnership process. Engagement that is perceived as performative—or
disconnected from tangible influence—risks being experienced as a poor use of partner time
and expertise. Patient partners generally recognize that scientific, regulatory, feasibility, and
resource considerations will limit the incorporation of some recommendations. What sustains
trust is not universal adoption of input, but transparent communication about how
perspectives were evaluated and why certain decisions were made. This clarity strengthens
accountability and supports more durable, credible collaboration over time.

4.4 Meeting Planning & Inclusive Engagement
Practices

Accommodating patients with variable health

Standard meeting practices often assume participants can commit to fixed schedules and
remain engaged for extended periods. Rare disease patients may not be able to do either.
Symptoms fluctuate unpredictably; a patient who confirmed attendance yesterday may be
unable to participate today due to fatigue, pain, or cognitive fog. It can be helpful to think of
planning for engagement meetings as a three-step process: preparation, facilitation, and
follow-up.

40
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Exhibit 18: Health-Responsive Meeting Design

Health & Participation
Consideration

Engagement Design Implications

Offer multiple meeting times, rotating schedules, and asynchronous
Symptom fluctuation participation options. Build flexibility into attendance expectations
affecting attendance to account for health variability rather than treating absence as
disengagement.

Design shorter sessions, incorporate breaks, and avoid scheduling
critical input discussions late in meetings or across back-to-back
sessions.

Fatigue and energy
variability

Cognitive fatigue and Pace discussions thoughtfully, minimize dense real-time information
processing load processing, and allow time for reflection before input is requested.

Preparation needs due Share materials in advance so partners can review content at their
to health variability own pace and engage when cognitively or physically able.

Offer camera-optional participation and multiple engagement

PRI REL L e 1) formats (verbal, chat, written feedback) to support sustained

preferences

involvement.
Care context and Allow caregiver presence where helpful to support communication,
support needs comprehension, or participation comfort.
Psychological and Use trauma-aware framing, avoid distressing language or imagery,
medical trauma and allow partners discretion in how personal experiences are
considerations shared.

Preparing inclusive meeting environments

Engagement does not occur simply because patients are present; it occurs when collaboration
is intentionally prepared for, facilitated, and followed up on in ways that enable all partners to
contribute their expertise. Agendas that are overly technical, rushed, or dominated by
academic voices can limit participation. In contrast, well-designed meetings create space for
reflection, clarification, and dialogue, allowing patient insights to more directly inform
research activities and decisions.
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Exhibit 19: Meeting Preparation Considerations

Preparation
Area

Key Questions

Are meeting times
workable across health,
caregiving, and work
realities?

Scheduling &
Timing

Is the meeting length

Session Length realistic for participant

& Pacing stamina and focus?
Can partners engage in

Participation ways that suit their

Format capacity and
preferences?

Advance Do partner§ have

p tion & adequate time and

reparation context to prepare and
Context engage in discussion?
Clarity of Is it clear what type of

feedback or expertise is

Requested Input being sought?

Language & Are materials
Content understandable to non-
Accessibility technical participants?

Accessibility &
Accommodation

Have participation
supports been proactively

Planning addressed?

Do partners have the
Technology tools and supports
Readiness needed to participate

fully?

Practical Approaches

Consider variable partner needs when
scheduling meetings, and explore options such
as rotating or standing times to support
participation.

Limit duration, build in breaks, and prioritize
high-value discussion items.

Offer virtual, in-person, and hybrid options;
include opportunities for asynchronous
participation where possible e.g., written
feedback, surveys, document comments,
recorded briefings

Offer optional pre-meeting briefings or primers,
particularly for new partners or technical
topics. Share agendas, slide decks, and
background materials in advance (ideally =72
hours).

Clarify whether the discussion is exploratory,
feedback-focused, or decision-oriented so
partners can prepare accordingly.

Use plain language, define terminology, and
provide glossaries or briefing notes to reduce
jargon barriers.

Arrange captioning, translation, interpretation,
disability accommodations, and confirm needs
in advance.

Provide tech orientation, troubleshooting
support, and alternative dial-in options.

Refer to Section 3.2 for more conceptual guidance on preparing for meaningful participation.

7
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Facilitating inclusive dialogue in practice

Facilitation quality directly shapes partnership effectiveness. Skilled facilitation helps balance
participation, encourages contribution from all partners, and ensures patient perspectives are
actively surfaced and integrated into group discussion and decision-making.

Exhibit 20: Meeting Facilitation Considerations

Facilitation Area Key Questions Practical Approaches

Are partners oriented to  Begin with a brief overview of objectives,

gzﬁ:;:,? 88; tting the purpose of the agenda flow, and where partner input is most
discussion? needed.
E:Irat]ilz:(i:::tion & Are all partners able to Invite input across stakeholder groups, use
. engage meaningfully in  round-robin prompts, define terminology in real
Af:cessmle discussion? time, and encourage clarifying questions.
Dialogue

Do partners feel
comfortable sharing
candid or dissenting

Power Dynamics
& Psychological
Safety

Actively invite patient perspectives, validate
contributions, and redirect discussion if certain
voices dominate.

perspectives?
Are smaller formats being Use breakout groups or paired discussions to
Breakout :
Di . used to support deeper create space for reflection and encourage
Iscussions participation? input from quieter participants.
Engagement . . . : :
Me%hg ds & Are varied formats being Incorporate live polls, guided reflection, chat
Participati used to support different input, icebreakers, or visual exercises to
articipation communication styles?  broaden participation.
Tools
Real-Time Are partner insights being Summarize discussion themes, confirm
Synthesis & captured and reflected interpretations, and reflect back key points
Capture accurately? before moving forward.
rer Are team roles structured Assign facilitators, note-takers, timekeepers,
Facilitation . . ) :
s 1 Rol to support effective and technical support to ensure discussions
upport Roles dialogue? run smoothly.

Refer to Section 3.3 for more conceptual guidance on building trust-based, inclusive
partnership environments.
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Translating discussion into action

Follow-up is where partners determine whether their participation truly mattered. How
insights are captured, communicated, and acted on after meetings shapes whether engagement
feels meaningful or merely symbolic. Clear documentation, visible next steps, and transparent
communication all play a role in sustaining momentum and reinforcing trust in the
partnership process.

Follow-through also helps preserve what your institution is learning through engagement.
Capturing not only decisions, but the discussions and reasoning behind them ensures that
knowledge is retained over time. This makes partnership more sustainable, transferable to
future work, and less dependent on any single staff member or partner remaining involved.

Exhibit 21: Meeting Follow-up Considerations

Follow-Up Area Key Questions Practical Approaches

Were discussion themes

DRI partner contributions,

’ Compile synthesized notes reflecting key

Insig_;h_ts & and decisions accurately insights, areas qf consensus, open questions,
Decisions captured? and agreed decisions.
Capturing Were partners given Offer asynchronous follow-up channels such as
Additional space to share input not surveys, written reflections, or email feedback
Reflections raised live? opportunities.
Sharing DO [FEUBPELES | Distribute slide decks, recordings, summaries,
Materials & access to meetlr)g and supporting documents alongside action
. outputs and clarity on . .
Tracking v . logs, assigned leads, deliverables, and
. responsibilities moving T
Commitments ¢\ 4o timelines.
Archiving & Is engagemgnt Store not_es, outputg, apd engagement artifacts
s documentation in centralized repositories to support
Institutional preserved for continuity onboarding, institutional memory, and long-term
Knowledge and learning? partnership infrastructure.
Do partners understand Share post-meeting recaps outlining decisions,
Sustaining how their input informed rationale, and next steps. Provide interim
Engagement direction and remain updates and progress reports to sustain
Continuity connected between engagement and visibility into project

meetings? momentum.

Refer to Section 3.4 for more conceptual guidance on building long-term partnerships.
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4.5 Continuous Engagement Between Study
Milestones

Maintaining and growing momentum through feedback and
reflection

Meaningful partnership requires ongoing attention between formal meetings. Without
intentional touch points, collaboration can become episodic, reducing alignment, and making
it harder to identify emerging needs as initiatives progress.

Continuous engagement creates space to understand how partners are experiencing the work,
surface challenges early, and reinforce shared investment. For CER, it also helps keep the study
anchored to the real-world decisions it is intended to inform. Building in opportunities for
reflection and demonstrating openness to adjusting engagement approaches ensures
partnership remains responsive, adaptive, and positioned for long-term success.

Exhibit 22: Continuous Engagement Considerations

Engagement

Area Key Questions Practical Approaches & Tactics
Ongoing Are partners being  Conduct periodic 1:1 or small-group check-ins to
Partner Check- supported between understand partner experience, workload, and
Ins meetings? emerging needs.

Use surveys, reflection prompts, pulse polls, and

Partnership Do partners feel . : ) . :
. milestone discussions to gather input on meeting
Feedback & comfortable sharing . L .
) . experience, communication, and partnership
Reflection candid feedback?

dynamics.
Are partnership

Adapting . Use feedback to adjust not only meeting practices,
structures being ; o L .

Engagement . but also project activities, priorities, and partnership
TEHINEE [SEEX) @I approaches as the initiative evolves

Approaches partner input? PP '

Sustaining Do partners remain  Share interim updates, highlight how input is

Communication informed, connected, shaping decisions, acknowledge contributions, and

& Partner Value and motivated? celebrate wins between meetings.

. .. When partners step Conduct brief exit conversations to understand
Transition & Exit . . , . e
L . back, is learning partner experience and identify improvements for
earning being captured? retention and future recruitment.
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MAINTAINING & SCALING PARTNERSHIPS
SECTION OVERVIEW

While effective meeting design, facilitation, and follow-up are essential to operationalizing
patient partnership, sustaining engagement involves additional planning and support. As
initiatives grow, organizations should consider how to maintain relationships, preserve what
they are learning, and resource the work in ways that allow patient partnership and CER
capacity to continue and scale.

Sustainability emerges through the intentional cultivation of partnerships, knowledge
infrastructure, and resourcing pathways that support engagement to persist, evolve, and scale

in impact. This section outlines the practices that help you sustain partnership momentum and
build durable, long-term infrastructure.

5.1 Sustaining Long-Term Partnerships

Strengthening trust, visibility, and continuity

When partners feel respected, valued, and meaningfully included, they are more likely to
remain engaged and to bring forward new ideas, networks, and collaboration opportunities.
This can create a compounding effect, where trusted relationships open doors to additional
initiatives, partnerships, and resourcing opportunities.

Recognizing partner contributions through authorship, co-presentation, and public
acknowledgment can further strengthen long-term engagement. Visible credit not only reflects

equitable partnership practices, but also supports the professional development and
leadership progression of patient partners.

r

CASE STUDY: TSF'S SUSTAINED PARTNERSHIP INFRASTRUCTURE

As we developed the NMOSD and MOGAD research agenda to inform future
CER, partners identified funding opportunities aligned with community-defined
priorities. When PCORI released a targeted rare disease CER funding
opportunity, TSF’s executive team, including patient leaders, worked alongside
our Medical Advisory Board and other collaborators to develop the proposal,
integrating input from our multi-stakeholder research council into the study
concept, outcomes, and engagement approach. This progression—from PCORI-
funded engagement to a full-scale CER study—brought together scientific rigor
and lived experience, and resulted in TSF securing $9 million to lead a five-year
international study comparing NMOSD relapse prevention therapies.

~

_/
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Partnership continuity systems

Sustaining partnership capacity requires investment in continuity structures. Maintaining
partner registries, tracking areas of expertise and interest, and offering recurring engagement
opportunities helps reduce reliance on episodic recruitment and enables partners to remain
engaged across multiple initiatives. This continuity strengthens institutional memory,
streamlines onboarding for new studies, and allows partners to deepen familiarity with
research processes, expectations, and team dynamics.

Long-term sustainability also requires cultivating future patient research leaders. Training,
mentorship, and progressively more complex engagement opportunities build partner
capability while expanding institutional partnership capacity. Consider inviting experienced
partners to serve as advisors, co-investigators, or peer mentors to newer partners. These
leadership pathways strengthen continuity, distribute engagement responsibilities, and embed
patient partnership as a durable component of research infrastructure.

5.2 Scaling Partnership Across Research Portfolios

Embedding partnership within institutional systems and practices

As partnership activities expand, it is in a research team’s best interest to embed engagement
within institutional structures rather than relying on individual relationships alone. When
partnership operates informally or project-by-project, it is harder to sustain, resource, and
scale.

Institutional integration may include embedding patient partners within standing governance
bodies, creating centralized engagement coordination functions, developing shared partner
databases, and aligning partnership processes across study teams. Documenting facilitation
practices, capturing partner feedback, and codifying engagement models supports replication
across studies. Knowledge repositories and playbooks reduce the need to rebuild engagement
infrastructure with each new initiative and contribute to continuous institutional learning.
These approaches enable engagement to operate as a coordinated institutional function rather
than a project-specific activity.

Continuously identifying evolving research priorities

Continue convening patients, caregivers, clinicians, and researchers to identify evolving unmet
needs. The landscape changes constantly. New treatments emerge, patient priorities shift,
research advances open new questions, and what was urgent five years ago may be less
pressing today. Regular environmental scanning keeps your work relevant and responsive

5 8



SECTION 05-SUSTAINABILITY

instead of locked into priorities that no longer reflect community needs. Identified priority
gaps can inform pipeline development, feasibility assessments, and future grant positioning.

Use multiple methods to surface emerging priorities: focus groups with patients and
caregivers, literature reviews, community surveys, ongoing council discussions. Look for gaps
between what research is addressing and what patients say matters most. These gaps represent
opportunities for work that others are not pursuing.

5.3 Leveraging Partnership for Funding & Impact

Demonstrating engagement impact

Funders and collaborators increasingly seek evidence that you are engaging in meaningful
partnership approaches. Evaluating this through metrics such as recruitment outcomes,
retention metrics, protocol modifications, partner satisfaction, and dissemination reach helps
demonstrate the value of partnership infrastructure. These data can be leveraged in grant
applications, institutional reporting, and collaboration discussions to substantiate engagement
as a driver of research success.

Strengthening funding competitiveness

Demonstrated capacity for meaningful patient partnership can strengthen funding
competitiveness, particularly for CER opportunities where funders expect studies to address
real-world decisions and incorporate patient-centered outcomes. Research teams that can show
established partner networks, documented engagement processes, and prior examples of
patient input shaping study design are better positioned to develop credible, fundable
proposals.

Integrating partnership into proposal development

Patient partnership is most impactful when it begins at the proposal stage rather than limited
to study execution. Engaging partners early in concept development helps ensure that research
questions, outcomes, and study procedures reflect real-world priorities and feasibility
considerations.

Sustained partnership also strengthens the likelihood that findings will be interpreted,
disseminated, and used beyond academic channels, supporting uptake in clinical decision-
making, shared decision-making, guideline development, access discussions, and health
system planning.

a 1
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Exhibit 23: Sustaining & Scaling Partnership Infrastructure

Infrastructure . . .

Area Key Questions Practical Approaches & Tactics

Is partnership Document engagement processes, decisions, and

Knowledge . . . ) . . ,

- learning being outputs in centralized repositories. Pair experienced
Continuity & . .
Field retained, shared, and partners with newer members to transfer knowledge.

e . extended across Translate learnings into trainings, advisory roles, and

Leadership studies? peer support for other organizations.

Are partnership
Visibility & activities and
Evidence outcomes visible and
Dissemination contributing to the

broader field?

Are emerging partner Conduct advisory discussions, consensus initiatives,

Publish engagement methods, share webinars,
reports, newsletters, toolkits, conference
presentations, and publications to communicate
impact and sustain engagement interest.

Priority and community and landscape assessments to identify evidence
Alignment needs being gaps, treatment trade-offs, and priorities relevant to
identified? real-world care decisions.
Is partnership Integrate partners into research question
Research embedded across development, comparator selection, feasibility
Integration broader study assessment, recruitment, interpretation, and
portfolios? dissemination activities.

Network & AT SNEHTE Build relationships with advocacy groups, research

Collaboration SISO networks, and health system partners to support joint

engaged in oo .
Growth partnership models? initiatives and shared learning.

Are resources in

Resourcing & place to sustain and

Include engagement costs in grants; pursue

Funding grow patient partnership-focused and CER-focused funding

Pathways partnership work? opportunities.

Institutional E;)ve: tt:: research Assess staffing, governance, systems, and leadership
. . capacity; invest in operational supports and

Capacity infrastructure to

support scale? professional development to sustain expansion.
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THE FUTURE OF PATIENT PARTNERSHIP

The learnings captured in this toolkit reflect the growing shift toward embedding patient
partnership within clinical research practice. What begins as a single initiative can evolve into
sustained relationships, strengthened infrastructure, and expanded opportunities for impact,
including the ability to engage in and lead CER that improves patient outcomes, informs
policy, and expands access to treatment and care.

As this evolution continues, research teams are increasingly recognizing that patient
partnership is not ancillary to scientific work, but integral to how research is conceived,
designed, and implemented. This shift is becoming more visible across the research landscape,
with patient partnership shaping not only individual studies but broader research ecosystems.

At TSF, this evolution is being operationalized through practice-based partnership. Research
engagement efforts initiated in 2024 have focused on building partnership infrastructure,
training patient partners, and co-developing a research agenda for NMOSD and MOGAD to
inform future CER. This foundational work directly supported TSF in securing $9 million to
lead a five-year international CER trial funded by PCORI, with TSF serving as study sponsor.
In this role, TSF is leading the coordination of the trial, overseeing implementation, and
ensuring patient engagement remains embedded throughout its execution.

This progression illustrates how sustained investment in patient partnership can strengthen
research infrastructure and support more effective and equitable health systems. When lived
experience is systematically integrated alongside technical expertise, research becomes more
relevant, more responsive, and better positioned to generate patient-centered, comparative
evidence that translates into real-world treatment and care decisions.

Sustaining this momentum will require ongoing collaboration across patient communities,
clinicians, researchers, funders, policymakers, industry partners, and beyond. No single
individual or organization advances this work alone. Progress emerges through shared
learning, partnership, and a collective commitment to ensuring research reflects the needs,
priorities, and lived experience of the communities it serves.

4 )

LOOKING FOR ADDITIONAL SUPPORT?

The Sumaira Foundation continues to build research partnership infrastructure,
train patient leaders, and advance multi-stakeholder collaboration across the field
of rare diseases. To learn more about collaboration opportunities, visit
sumairafoundation.org or email contact@sumairafoundation.org.

J
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