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SYSTEMS CHANGE

System change in practice: A report from
the EHC Think Tank workstreams on
Access Equity and Future Care Pathways

Zita Gacser, Steven Bourke, Dalma Hosszu, Susan Daniels, on behalf of the EHC Think Tank

Introduction: The European Haemophilia Consortium
(EHC) Think Tank was established as a platform for
system change to ensure the healthcare ecosystem
remains effective and relevant for people with bleeding
disorders and other rare diseases. Operating alongside
traditional advocacy initiatives, it comprised a series of
thematic workstreams in which multiple stakeholders
explored and co-designed potential solutions for
specific aspects of the healthcare system. This final ! |
report from the workstreams on Access Equity and

Future Care Pathways summarises recommendations : ! '
for system change and the actions needed to achieve The EHC Think Tank’s recommendations for system change
critical goals. Methodology/Process: In a three-phase around access equity and future care pathways include using

evidence-based narratives to demonstrate value and the

Discovery-Strategy-Innovation process, workstream integration of digital technologies to enhance patient-centred care

participants explored vital challenges to the system

in which they were working, mapped the system to

identify enablers and constraints to progress, and determined leverage points to explore strategies for
change before co-creating a set of recommendations
for action. Results: Participants in the Access Equity
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creating seamless, personalised care pathways that
can be measured effectively. Recommendations
included fostering a coordination mindset and culture,
encouraging patients to take ownership of their digital
healthcare records, and enabling personalised care
plans through flexibility in care pathways. Conclusions:
Among the co-created, innovative strategies

and recommendations proposed by workstream
participants, key elements to support system change in
Access Equity and Future Care Pathways, respectively,
include demonstrating value through evidence-based
narratives and integrating digital technology into care
pathways to enhance patient-centred care. Appropriate
capacity-building for all stakeholders, particularly
healthcare professionals (HCPs) and patients, will be
essential for the success of these initiatives.

Keywords: Access equity, Care pathway, Behaviour
change, Digital health, Health investment

n 2021, the European Haemophilia Consortium

(EHC) Think Tank was established as a platform for

system change. In a rapidly evolving healthcare

environment, the EHC believed that more than
reactive advocacy alone was needed to address the
challenges facing patients and decision-makers across
health services, regulatory bodies, payers, industries
and governments. System change considers the whole
ecosystem, particularly the relationships between
stakeholders, aiming to enable multiple routes towards
agreed goals 2.

The Think Tank’s purpose was not to invent new
systems but to focus on ensuring the current system
remains practical and relevant to the changing context
in which it exists, and to offer impactful options for
advancing the current status quo. A series of thematic
workstreams were initiated to explore specific aspects
of the healthcare system for rare diseases (Registries,
Hub and Spoke Model, Patient Agency, Access
Equity and Future Care Pathways). The workstream
participants were members of key stakeholder groups
including patient advocates, the pharmaceutical
industry, policymakers, healthcare consultancies, and
organisations involved in health technology assessment
(HTA). Workstreams conducted a series of online
workshops and (where possible) in-person meetings
where workstream participants identified the challenges
to progress, established long- and short-term
goals, and mapped systems to identify enablers and
constraints for change 5. They co-designed potential
solutions that can be co-championed, co-owned
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and co-implemented by stakeholders across health
systems. Strategies and actions for system change
from the Registries and Patients Agency workstreams
have been reported 9. This final report from the
Access Equity and Future Care Pathways workstreams
summarises recommendations for system change and
the actions needed to achieve key goals.

PROCESS/METHODOLOGY
As previously described, a three-phase Discovery-
Strategy-Innovation process was used to establish
goals for the Access Equity and Future Care Pathways
workstreams, develop strategies for addressing
challenges, and make recommendations for putting
system change into practice %1% The broad objectives
and activities for each phase are summarised in Figure 1.
Workstream participants mapped the system in which
they participated to refine the challenges, enablers
and constraints for achieving their goals, identifying
the leverage points through which change might be
achieved most effectively %2, During the Strategy phase,
workstreams used the Lotus Blossom framework ™3 (a
3x3 matrix to develop ideas around a central theme) to
build on outputs from previous meetings and generate
strategies for change. These strategies for change were
further developed into recommendations for actions
during the Innovation phase.

RESULTS/OUTCOMES

Access Equity

During the Discovery phase, the Access Equity
workstream participants agreed on a long-term goal
(‘guiding star’) to ‘develop a healthcare system that
enables patients to benefit from care and treatment
fairly and impartially’, with short-term ('near star’)
goals prioritising changes in narrative and behaviour ..
There was a particular focus on building trust between
stakeholders, and giving consideration to value drivers
other than cost in rare diseases, e.g. patient-centric
value and elements of societal value %416,

Participants identified a need for evidence-based
narratives to drive policy change by effectively reaching
and engaging target audiences. Literature/evidence
supporting these narratives should be synthesised and
disseminated by partnering with relevant stakeholders
to generate reliable, balanced data. The narratives
should resonate with and respond to the particular
priorities for each stakeholder, but in a way that clearly
defines impact on health equity through partnership.
A key element will be to describe the need to move
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Figure 1. Workstream methodology
Summary of broad objectives and activities for EHC Think Tank workstreams

STRATEGY

INNOVATION

OBJECTIVE Obtain a broader understanding of Define a strategy to push the Innovate to create impact,

the challenges being examined by system in a desired direction of incorporating evaluation

the workstream change mechanisms to capture learnings
ACTIVITIES ¢ Build connections between * Based on analysis of the system ¢ |deate on prototype system

workstream members; identify
and define the key challenges

¢ Define long- and short-term
goals for change (‘'quiding stars’
and 'near stars’) and identify

map, align leverage points with
near star aims

e Confirm and unfold leverage
points to inform and build a
strategy

interventions based on service
design methodology

¢ Assess and refine intervention
concepts and strategy

o Undertake solution pilots and

enablers and constraints

System mapping

* Review and fine-tune the system
map
» |dentify leverage points

refine interventions based on
review and shared learning

from a ‘high cost, low value’ system to a more value-
based (‘high value’) system of care that prioritises
affordable, preventative, accessible and good quality
healthcare, based on identified unmet needs and social
determinants of health, and which is supportive of
better health equity approaches.

By providing a foundation for presentations and
discussions across multiple stakeholder channels
including at conferences and policy meetings, evidence-
based narratives can be used by motivated champions
as a tool to advocate for change. Engaging with patient
advocacy groups (PAGs) at national and local levels is
crucial in collecting and disseminating narratives and
emphasising the need for ‘high-value’ healthcare.

In developing evidence-based narratives, existing
platforms should be explored to make patient data more
accessible and available. Gaps in evidence need to be
identified, and missing data must be sought with a focus
on encouraging better data sharing across stakeholders
and in non-competitive spaces. Case studies from a
variety of stakeholders demonstrating impact and value,
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and highlighting learnings will be important to support
the narrative. Robust evidence-based advocacy (EBA)
initiatives should be encouraged and supported for
PAGs using standardised research methodologies and
include a diverse and representative demographic *.
Better connections between private and public health
systems are required to optimise data sharing and use.
The ethical considerations should be fully addressed,
and specific privacy concerns should not be ignored;
patients may be willing for their data to be shared in the
interests of developing evidence-based narratives that
could ultimately help improve their care 18,

Fostering trust is essential for progress towards
access equity. The paradigm of viewing others as
adversaries (‘'us vs. them’) needs to be replaced with
a more inclusive and collaborative approach. Value-
based healthcare requires a recognition of individual
stakeholder principles in order to be inclusive of these
in partnership models that are financially sustainable,
resilient and meaningful for all. ‘Open, active
listening’ among stakeholders, will enable a shared
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understanding of all groups’ constraints. It will also help
to differentiate between policymaker and regulator
decisions, and to understand the implications of this
for change. Establishing HTA processes that are more
patient-informed and supplemented by patient-centric
and societal value elements and evidence would also
support greater inclusivity.

Approaching partnerships with a more strategic
mindset, balancing competition with collaboration,
and finding common goals and interests will help
to build trust. In moving away from a transactional
approach towards a more relational one, transparency,
honesty, and personal relationships are crucial, as is
establishing processes around how to work together.
Making a strong business case for collaboration,
focusing on the benefits for each organisation involved,
is important. For successful collaboration, identifying
common ground is key. Learning from each other and
establishing standards across sectors can also enhance
cross-sector collaboration.

Although workstream participants noted more
positive attitudes towards the concept of value
rather than cost in the context of access equity,
demonstrating value continues to be hampered
by a lack of standardised criteria and measures.
Economic value and value for individual patients are

different 419, and perceptions of value may vary across
disease areas and geographies. The Transparent Value
Framework (TVA), developed by a working group of
the Platform on Access to Medicines in Europe 9,
was cited as an example of how value could be better
communicated and demonstrated, and could provide
helpful insights. Designed to help coordinate access
pathways for orphan medicinal products in European
Union (EU) Member States, the TVA proposes a simple
and consistent terminology and methodology based
on unmet need, relative effectiveness (e.g., clinical
improvement, quality of life, side effects, social impact),
response rate according to best available, clinically
relevant criteria, and degree of certainty based on
documentation 29
The workstream’s recommendations for changing
narratives and behaviour to improve access equity are
shown in Figure 2, and centre on:
¢ Developing an evidence-based narrative to highlight
the value of access equity
e Engaging with all stakeholders to foster trusting
partnerships and collaborations
e Ensuring decision-makers understand the broader
impact of progress in access equity for health
improvement.

Figure 2. Recommendations for changing narratives and behaviour to improve access equity for rare disease patients

EVIDENCE-BASED NARRATIVE

e Develop an evidence-based narrative to highlight the value of access equity
e Use case studies/storytelling to demonstrate the success of access equity initiatives
through financial data and patient lived experience

STAKEHOLDER ENGAGEMENT

partnerships and collaborations

e Engage with all stakeholders (e.g., patients, HCPs, providers, payers) to foster trusting

o Take a long-term perspective to achieve secure, sustainable relationships based on
trust, respect and visible advantages for all stakeholders

208

objectives

DECISION-MAKER UNDERSTANDING

e Ensure decision-makers (e.g., government, regulators, industry) understand the
impact of progress in access equity on the bigger picture for health improvement

¢ Reinforce the implications of system change for meeting broader, long-term
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Future Care Pathways

The long-term goal (‘guiding star’) previously

identified for the Future Care Pathways workstream
was 'to develop care pathways that provide the right
intervention at the right time by the right healthcare
professional (HCP) in the right formats with a variety of
delivery methods to suit the person’ . Prioritising the
development of seamless, personalised care pathways
with integrated digital and Al-based technologies

to enable real-time measurement of pathway
effectiveness was the short-term (‘'near star’) aim.
During the Strategy and Innovation phases of the Think
Tank process, participants in this workstream focused
on digitalisation, patient preferences and financial
incentives as themes for driving progress towards this.

In developing strategies, it is important to consider
and involve governments, patient communities,
insurance companies/payers and technology
companies as key players that will influence
implementation. Governments play a crucial role
in shaping healthcare policy and regulation. Patient
communities represent the individuals who will use care
pathways and have a stake in the healthcare system.
Insurance companies and payers will continue to
finance healthcare services and manage reimbursement
processes. Technology companies will be instrumental
in developing the innovative digital health solutions that
underpin future care pathways.

Digitalisation will be key to supporting care
coordination and data collection within future
pathways for rare diseases. To incorporate digital
tools, a framework that addresses ethical questions
of accountability and patient consent for data sharing
will be needed ?Y. Providing these issues can be
satisfactorily addressed, digitalisation holds immense
potential for app-based and wearable devices allowing
patients to monitor and report symptoms and quality
of life. It also enables a platform-based exchange of
information between members of the multidisciplinary
team (MDT) and patients #2223 Along with supporting
community building and providing valuable insights
to patients, collating individual data can provide MDTs
with information about patients’ real-world experiences
between conventional consultations. In addition to
personal benefits to individual care, data will help to
develop meaningful and evidence-based changes to
systems for rare disease communities.

A critical factor towards a success of digitalisation
centres on patient preferences. Adaptation will
require an understanding of individual patient health,
digital literacy, and readiness and capacity to adopt
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digital tools as part of their routine care 2423 Patient
communities must be involved in co-creation and
decision-making around the development and
implementation of digitalisation ©¢, and in active
discussion around the actual and perceived advantages
and disadvantages in data collection, primary and
secondary use and analysis. In particular when we
consider the more vulnerable patient communities, it

is apparent that HCPs and patients require education
and training to ensure that tools meet their specific
needs 2?7, and patient access to services (devices and
connectivity speeds) will also need to be addressed.
Effective engagement with tech companies will be
essential for ensuring the development of patient-
friendly tools, together with clear policies and
agreements on data usage and sharing. Special
considerations for particular concerns or needs of the
demographic (i.e., age, disability, social determinants of
health) need to be considered in the design and delivery
of digital solutions. As with all digital developments
there are ethical considerations and the added
complexity of artificial intelligence (Al) use in health
adds to the need for oversight 128,

Effective care coordination will be essential in
creating seamless future care pathways for rare
diseases that incorporate digitalisation. Implementing
or improving coordinated care will require investment
and flexible, multistakeholder commissioning models.
Workstream participants identified financial incentives
as a powerful driver of change in coordinated care.
Encouraging the development of reimbursement
models prioritising care coordination over clinician
time would further support this. Implementing and
enhancing coordinated care approaches for rare
diseases could also help overcome work silos within
and between healthcare institutions, with more joined-
up healthcare bringing less frustration for HCPs and
patients as well as likely financial benefits. This would
facilitate a system change over time to value-based
healthcare, which in turn enables the creation of
sustainable and measurable added value for hospitals
and patients in their treatments beyond the product ®.
Lessons could be learned from the pathways and
processes adopted in comprehensive care centres
for haemophilia to deliver multidisciplinary, patient-
focused care.

Recommendations to support the development
of personalised future care pathways focused on
enabling seamless interactions and transitions with
HCPs throughout and flexibility within them (Figure 3).
This includes:
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Figure 3. Recommendations to support the development of seamless, personalised care pathways for rare disease patients

COORDINATION MINDSET & CULTURE

e Activate and incentivise a coordination mindset and culture to enable seamless
transitions between different HCPs in care pathways

¢ Include a single point of contact (e.g., nurse, social worker, other HCP) to support
patients and simplify and signpost pathways

DIGITAL RECORD USE &§ OWNERSHIP

e Encourage patients to take ownership of their digital medical records to facilitate
movement along care pathways and interactions with different HCPs

e Collaborate with technology providers to create accessible digital tools that reflect
patient preferences and understanding and that can be used within care pathways

O@
-

FLEXIBILITY FOR PERSONALISED CARE

e |ncorporate flexibility into care pathways to enable personalised patient care plans
based on individual needs and preferences

e Ensure education and training for patients and HCPs to facilitate shared decision-
making and optimal use of digital tools for communication and discussion

Active fostering of a coordination, collaboration and
co-creation mindset and culture

Encouraging patients to take ownership of their
digital healthcare records and the use of their
health data

¢ Incorporating flexibility to enable personalised

care plans.

DISCUSSION

The EHC Think Tank's Access Equity and Future Care
Pathways workstreams have made recommendations
to support system changes that stakeholders should
consider to enhance health services for people with
rare disorders such as haemophilia.

Developing an evidence-based narrative to
showecase a value-based approach to access equity
will enable champions for change to engage with
all stakeholders to work towards a fair and impartial
healthcare system. Through case studies backed by
data and practical examples of how access equity
can be successfully initiated and sustained, decision-
makers can understand the tangible benefits of system
change and relate them to their own experiences and
situations. A patient-centred, three-tier, value-based
framework for haemophilia has been developed and

J Haem Pract 2024; 11(1). doi: 10.2478/jhp-2024-0017

could be adapted for other rare disorders ?, including:

e Tier 1 — Health status achieved or retained
(e.g., haemophilia-specific bleeding frequency,
musculoskeletal complications and life-threatening
bleeds, as well as measures of function or activity)

e Tier 2 — Process of recovery, including time to initial
treatment, time to recovery and time missed at
education/work

e Tier 3 — Sustainability of health, maintenance of
productive life and good health over time.

Measuring and monitoring the impact of such an
approach, and capturing different perspectives, will
be important in enabling outcomes to form the basis
of case studies that can support further value-based
initiatives and be shared and utilised broadly across
stakeholders. These need to incorporate quality of
life, and social and broad financial outcomes (patients
and families/carers as well as healthcare and social
services) %, in order to give a complete picture of the
effects of system change.

For advocates of future care pathways with
integrated digital technologies, incentivising a
mindset and culture of coordination will help lay firm
foundations for ‘right intervention, right time, right
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HCP’ services for patients. Implementation requires
regulators to mandate the use of digital tools, and for
health systems to communicate with each other at
local, national and global levels. The involvement of
diverse stakeholders and interdisciplinary co-creation
underpins the approach of the Think Tank and has
been described as a key enabler of digital innovation
in healthcare BY. The patient becomes a crucial
central link between different systems, underlining the
importance of encouraging patients to take ownership
of their digital medical records. There is a critical need
to facilitate a deeper understanding of the patient data
used to address personal management and the impact
of data sharing on the societal health system level, i.e.
the secondary use of anonymised data for population
health. This approach is aligned with regulatory
requirements such as those agreed in the European
Health Data Space (EHDS) adopted by the European
Parliament in April 2024 2. This initiative aims to place
individuals at the centre of their healthcare, granting
them full control over their data, while allowing the
use of health data for research and public health
purposes, under strict conditions 2223 Importantly, for
patients with rare diseases seeking treatment across
borders, the EHDS facilitates immediate and simple
patient access to their digital health data within the
EU, irrespective of location. This will enable HCPs to
access key information to support evidence-based
decision-making, reduce test repetition, and enhance
patient care.

The challenges to achieving significant progress
towards access equity and future care pathways must
be addressed. Access equity for patients with rare
diseases requires a value-based approach. However,
issues around cost continue to raise particular
challenges due to the low numbers of patients and
the resources needed to find and care for them
relative to more common conditions ¥%. Such an
approach must consider epidemiology and evaluation
of costs (medical, productivity, financial, etc.), disease
progression, associated quality of life, and other health
outcomes. Best practices and standards of care need to
be identified, and networks created to share research,
knowledge and values.

Similarly, while standardising digitally driven future
care pathways is desirable from a service delivery
viewpoint, this may overlook personal preference,
choice, and ethical considerations. Some flexibility
will be needed to ensure that care plans can be
personalised to meet the needs of individual patients
and optimise the way their disease is managed.
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THE EHC THINK TANK
The European Haemophilia Consortium (EHC)
Think Tank was launched in June 2021. Building
on existing advocacy activities, the initiative
brings together a broad group of stakeholders to
engage with key thematic areas or workstreams
identified as priority areas for ‘systems change’
within European health care systems B3I,

The EHC Think Tank seeks to mobilise the
agency and purpose of all stakeholders in
the health care system to collectively design
and champion potential solutions to existing
problems. Workstream members are invited
based on their expertise and potential for
constructive engagement, including patient and
industry perspectives alongside a balance of
HCP, academic, regulatory, governmental and
geographical representation. All workstream
activities are held under the Chatham House rule
to enable inclusive and open discussion 54, Each

workstream is project-managed from within

its individual membership. Members set their
own agendas, timelines, and targeted outputs,
with operational, logistical, methodological and

facilitation support from EHC staff and Think
Tank practitioners. The following key topic areas
have been the subject of workstream discussion
and activity:

Registries

The Hub and Spoke Model

Patient Agency

Access Equity

Future Care Pathways

Details of each workstream and published
outputs, including interactive system maps, are
available via the EHC Think Tank website 331,

Note: The Hub and Spoke Model Workstream was
discontinued in February 2023. The workstream was
convened to address the need to rethink traditional
approaches to bleeding disorders care, with a focus

on adapting to novel therapeutic options and evolving
technologies. Workstream members identified two key
related issues which continue to be addressed within
and beyond the EHC Think Tank. The first, addressing
immediate concerns on the delivery of gene therapy,
will now involve collaborations between European
medical and patient organisations to support national
implementation and cross-border treatment. The second,
regarding long-term considerations for future care, was
transferred to the Future Care Pathways workstream.
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CONCLUSIONS

Innovative strategies and recommendations for system
change have been developed by a broad range of
stakeholders in the Think Tank's Access Equity and
Future Care Pathways workstreams. Key elements
include developing an evidence-based narrative to
showcase the value of access equity to decision-
makers and creating future care pathways with
integrated digital technologies that put patients at the
centre of their care. Appropriate education and training
for HCPs, patients and the wider stakeholder group will
be essential for the success of these initiatives. It will
also be critical to identify and support champions and
advocates who can work across stakeholders, using

an evidence-based narrative and mutually recognised
lexicon, to stimulate and maintain partnerships built on
trust and sustained focus on the ‘guiding star’ for both
workstreams.
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