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ABSTRACT

To promote the transformation of hospital pharmacy in the field of rare diseases, the OrPhar-SEFH Strategic Plan
2024-2027 was developed. Twelve hospital pharmacists from the OrPhar-SEFH group participated in the project
which was developed in 3 phases: Situation analysis, trends, and current challenges in rare diseases and their im-
pact on the role of hospital pharmacist through literature review, interviews with hospital pharmacists and pa-
tients (FundAME and Fedhemo), and SWOT analysis; Definition of lines of action grouped into five strategic
axes AEIOU (Alliances, Evidence, Research/Innovation, Optimization, and Union); and Prioritization of lines of ac-
tion based on impact and feasibility. In order to achieve this, the existing trends and barriers in the field of rare
diseases and hospital pharmacy were identified and classified around 4 levers for change: transformation of
the care process, patient experience, evaluation and access to orphan drugs, and real-world evidence. The
SWOT analysis identified key success factors, and interviews with patients identified their needs in four pillars:
role of the hospital pharmacist, patient experience, patient education, and access to treatment. A total of 23
lines of action were agreed upon: Alliances (6), Evidence (3), Research/Innovation (4), Optimization (7), and
Union (3). Based on their impact and feasibility, the following were prioritized: promoting hospital pharmacist
collaboration in decision-making structures regarding the evaluation and positioning of orphan drugs, enhancing
the role of hospital pharmacist in the critical analysis of scientific evidence in rare diseases and its translation to
interdisciplinary clinical teams, encouraging the use of Multi-Criteria Decision Analysis methodology in orphan
drugs, promoting the integration of hospital pharmacist into interdisciplinary teams managing patients with
rare diseases, and creating a network of specialized hospital pharmacist services in rare diseases. Ultimately,
the OrPhar-SEFH Strategic Plan 2024-2027 defines the roadmap to enhance the role of hospital pharmacist in
addressing rare diseases, improving access and evaluation of orphan drugs, and optimizing the care process to
improve health outcomes, quality of life, and patient experience.
© 2025 The Author(s). Published by Elsevier Espafia, S.L.U. on behalf of Sociedad Espafiola de Farmacia Hospitalaria
(S.E.EH). This is an open access article under the CC BY-NC-ND license (http://creativecommons.org/licenses/by-nc-
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Plan Estratégico OrPhar-SEFH 2024-2027

RESUMEN

Con el objetivo de impulsar la transformacion de la farmacia hospitalaria en el ambito de las enfermedades raras, se
llevé a cabo el desarrollo del Plan Estratégico OrPhar-SEFH 2024-2027. Participaron en el proyecto los 12
farmacéuticos de hospital del grupo OrPhar-SEFH y se desarroll6 en 3 fases: Analisis de situacion, tendencias y
retos actuales en enfermedades raras y su impacto en el rol del farmacéutico de hospital mediante btsqueda
bibliografica, entrevistas a farmacéuticos de hospital y pacientes (FundAME y Fedhemo) y realizacion de analisis
DAFO; Definicién de lineas de accién agrupadas en 5 ejes estratégicos AEIOU (Alianzas, Evidencia, Investigacién/
Innovacién, Optimizacién y Unién); y Priorizacion de lineas de accién segtn impacto y factibilidad. En la
consecucion de este, se identificaron las tendencias y barreras existentes en el ambito de las enfermedades raras
y la farmacia hospitalaria y se clasificaron en torno a 4 palancas de cambio: trasformacién del proceso asistencial,
experiencia del paciente, evaluacién y acceso de medicamentos huérfanos y evidencia en vida real. El anélisis DAFO
identificé los factores claves de éxito y las entrevistas con pacientes identificaron sus necesidades en 4 pilares: rol
del farmacéutico de hospital, experiencia del paciente, educacién del paciente y acceso al tratamiento. Se
consensuaron un total de 23 lineas de accién: Alianzas (6), Evidencia (3), Investigaciéon/Innovacién (4),
Optimizacién (7) y Unién (3). Segtn su impacto y factibilidad se priorizaron: fomentar la colaboracién del
farmacéutico de hospital en las estructuras de decision sobre evaluacién y posicionamiento de medicamentos
huérfanos, potenciar el papel del farmacéutico de hospital en el andlisis critico de la evidencia cientifica en
enfermedades raras y su traslacion a los equipos clinicos interdisciplinares, fomentar el uso de la metodologia
de andlisis de decisién multicriterio en medicamentos huérfanos, impulsar la integracién del farmacéutico de hos-
pital en los equipos interdisciplinares de manejo de pacientes con enfermedades raras y crear una red de servicios
de farmacéuticos de hospital especializados en enfermedades raras. En definitiva, el Plan Estratégico de OrPhar-
SEFH 2024-2027 define la hoja de ruta para potenciar el papel del farmacéutico de hospital en el abordaje de
enfermedades raras, mejorando el acceso y evaluacién de medicamentos huérfanos y optimizando el proceso
asistencial para mejorar los resultados en salud, la calidad de vida y la experiencia de los pacientes.
© 2025 Los Autores. Publicado por Elsevier Espafia, S.L.U. en nombre de Sociedad Espafiola de Farmacia Hospitalaria
(S.EEH). Este es un articulo Open Access bajo la licencia CC BY-NC-ND (http://creativecommons.org/licenses/by-

nc-nd/4.0/).

Introduction

The care of patients with rare diseases (RDs) or minority diseases is
an ongoing challenge for health systems, due to their special character-
istics (clinical complexity and care, social and financial costs). In Europe,
RDs have been defined as those with a prevalence of less than 5 cases
per 10,000 inhabitants.! Currently, more than 7000 RDs have been iden-
tified. These are generally characterised as inherited diseases that often
manifest in childhood, are chronic and degenerative, and cause high
morbidity, mortality, and pronounced disability. They significantly af-
fect the quality of life of patients and their families.>>

It is estimated that RDs affect between 6% and 8% of the European
population (i.e. between 24 and 36 million people, 3 million of whom
live in Spain). A report by the Gaspar Casal Foundation entitled “Las
Enfermedades Raras en Espafia: estado de situacién y oportunidades de
transformacion en el nuevo contexto digital” estimated that around 12
million people in Spain live with RDs, either because they or a family
member has one.*

The approach to RDs is highly complex regarding aetiology, diagno-
sis, prognosis, and treatment. Patients usually wait an average of 4 years
for a correct diagnosis, and in 20% of cases, diagnosis is delayed by
10 years or more.’ To address these diseases from a holistic and multi-
dimensional perspective,® patient follow-up generally requires multi-
disciplinary care, the use of supportive therapies, medical devices,
support services (rehabilitation, mental health), and educational and
social resources.’

Therapeutic innovation in the field of RDs is also a major challenge.
Medicines developed to address unmet medical needs in RDs, known
as orphan drugs (ODs), are often supported by limited scientific evi-
dence of efficacy and safety at the time of marketing. The clinical trials
conducted often have significant methodological limitations, including
small and heterogeneous patient populations, a lack of valid therapeutic
comparators, reliance on surrogate endpoints to assess clinical efficacy,
and short follow-up periods. As a result, there are many uncertainties in
decision-making that affect both access to and the funding of drugs and
their use in clinical practice. In addition, the high cost of such medicines
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—due to the complexity of their development, often involving advanced
therapies, and the small target population for which they are intended—
is having a growing economic impact on healthcare systems that im-
pacts their sustainability. In 2021, expenditure on ODs was approxi-
mately €1 billion, representing 5.5% of total expenditure on medicines
in the Spanish health system.®

In this context, the OrPhar-SEFH group was established in recogni-
tion of the many challenges that the management of ODs and RDs
poses to health professionals, the health system, patients, and society
as a whole. This group is part of the Spanish Society of Hospital Phar-
macy (SEFH) and comprises hospital pharmacists (HPs) specialising in
RDs. Its mission is to help improve the management and treatment of
RDs by promoting the active involvement of HPs, thereby adding
value to the entire patient care process and aiming to improve both
health outcomes and the overall experience of patients with RDs.

Since its creation, the OrPhar-SEFH group has led innovative projects
with a patient-centred approach that have contributed significantly to
progress in the field of RDs. These include the biannual dissemination
of Horizon Scanning Reports on ODs (available on the group's website’),
the application of multi-criteria decision analysis (MCDA) to the evalu-
ation of ODs,® the development of the Manual of Good Practices for the
Humanisation of Pharmacy Services in the Care of Patients with RDs,’
and the publication of a Monograph on Hospital Pharmacy for Patients
with RDs."

The working group has recently developed its OrPhar-SEFH Strategic
Plan 2024-2027 with the aim of continuing to drive the transformation
of hospital pharmacy in the field of RDs. In line with the group's mission
and vision, the plan aims to generate knowledge, strengthen the rela-
tionship between healthcare professionals and patients, and position it-
self as a leader in the treatment of RDs, all within a patient-centred
approach.

Methods

The OrPhar-SEFH 2024-2027 Strategic Plan was designed and
drafted between March and September 2023 by the 12 HPs that formed
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the OrPhar-SEFH working group at that time, with the methodological
support of a consultancy firm. A small coordinating group of 3 HPs
was set up to organise the tasks through paired interviews, online
group work sessions for deliberation and consensus, and individual ex-
ercises for reflection and prioritisation.

The project was developed in 3 stages: assessment of the state of the
art in the management of patients with RDs by HPs; definition of strate-
gic axes and lines of action; and prioritisation of lines of action.

The first stage analysed the current situation, trends, challenges, and
strategies in the field of RDs and their impact on the role of HPs, both na-
tionally and internationally. To this end, a literature search was con-
ducted in Pubmed and on the websites of organisations related to RDs
and hospital pharmacy,?>'"12? along with benchmarking the role of
HPs in similar international or national organisations. The information
obtained was complemented by the experience of HPs of the OrPhar-
SEFH group through a round of paired interviews, as well as by the in-
clusion of the patient perspective via interviews with representatives
of 2 patient associations—the Fundacién Atrofia Muscular Espinal and
the Federacién Espariola de Hemofilia—addressing aspects related to di-
agnosis, treatment, patient education, follow-up, and quality of life. The
analysis and structuring of the data collected enabled the development
of a SWOT matrix, the determination of key success factors in the areas
of impact, needs, actions, and infrastructure and organisation, as well as
the identification of barriers and trends, which were categorised into 4
strategic levers: transformation of the care process; patient experience;
evaluation and access to drugs; and real-world data (RWD).

The second stage defined the lines of action of the Strategic Plan
around 5 strategic axes—Alliances, Evidence, Innovation/Research, Opti-
misation, and Union (AEIOU)—in line with the SEFH Strategic Plan.!?
The preliminary proposal drawn up by the coordinating group was dis-
cussed and agreed with the whole OrPhar-SEFH group during an online
working session. For each line of action, an objective was defined along
with indicators, professional profiles involved, required resources for
implementation, main obstacles, and an action plan.

The third and final stage involved a prioritisation exercise that con-
sidered all the strategic lines within each axis to determine the most rel-
evant and feasible actions to advance the identified strategic objectives.
Prioritisation was based on 2 variables—the impact on managing RDs
and ODs, and the feasibility of implementation—while taking into ac-
count the current situation of the OrPhar-SEFH group and the various
professional profiles involved in the development of the lines of action.
Thus, each member of the group assigned a score (1-10) to each line of
action regarding its impact and feasibility. A score of 10 was reserved for
actions that had the greatest impact and were the easiest to implement
in terms of resources, time, and feasibility.

On the basis of all the information gathered, several documents were
produced and are available on the OrPhar-SEFH group website: the final
version of the OrPhar-SEFH Strategic Plan 2024-2027,'3 an executive
summary of the same,'® and an infographic highlighting the main data
to facilitate its dissemination.'®

Results

In stage 1, the situation and context analysis at both national and in-
ternational levels identified trends and barriers in the field of RDs and
hospital pharmacy, which were categorised into 4 levers of change
(Table 1). This stage included a SWOT analysis, thereby identifying
strengths, weaknesses, opportunities, and threats (Table 2); the key
success factors were divided into the areas of impact, needs, actions,
and infrastructure and organisation (Fig. 1).

From the outset, the Strategic Plan was designed to incorporate the
voices of patients in relation to their current experiences, the difficulties
they face in their daily lives, and their expectations of the role of HPs in
the management of RDs. Patient needs were grouped into 4 main areas:

The role of HPs and pharmacy services, patient experience, patient
education, and access to treatment (see Table 3).
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Table 1
Trends identified in the field of rare diseases and hospital pharmacy.

Transforming the care process

Personalisation of treatments through pharmacokinetic and pharmacogenetic

research

Encouraging public-private partnerships to ensure the transformation of the

care process

Patient empowerment for disease management and decision making

Developing new care models using digital tools for patient tracking and

monitoring

Decision-making and personalisation of clinical care based on health outcomes

Patient experience

Development of new models of care based on telepharmacy and ICT to improve

the quality of the pharmacotherapeutic process

Establishing new ways of working with patients for the humanisation of

pharmaceutical care

Medical decision making and clinical case resolution through multidisciplinary

committees

Development of patient and caregiver education and training to improve patient

experience and adherence to treatment

Development of new management models based on integrating and applying

PROMs and PREMs

Assessment and access to ODs

< Acceptance of flexibility in clinical evidence due to the low prevalence of RDs

« Collaboration with patient associations to include patients' needs and
expectations

« Patient empowerment in medicines evaluation, research, and clinical trials

< Acceleration of procedures to shorten the time required to evaluate ODs

Real-life evidence

Identification of population subgroups and identification of new correlates

Predictive analytics and early diagnosis through technology and artificial

intelligence

Stratification of patients, analysis of adherence to treatment, and identification

of risks and poor prognosis

Assessment of drug efficacy, efficiency, and safety in real clinical practice

Identification of the added value of care through the use of PROMs and PREMs

RDs, rare diseases; ODs, orphan drugs; PROM, patient-reported outcome measures; PREM,
patient-reported experience measures; ICT, information and communication
technologies.

Stage 2 defined the 23 lines of action of the Strategic Plan grouped
around the 5 AEIOU strategic axes mentioned above. For each line of ac-
tion, we defined an objective, indicators to evaluate implementation,
the profiles of involved staff, necessary resources, obstacles to over-
come, and an action plan. The goal was to implement the proposed
lines of action, thereby laying the foundations for a new approach to
RDs within the field of hospital pharmacy. Detailed information on the
23 lines of action can be consulted in the full Strategic Plan document
available on the OrPhar-SEFH group website.!

In Stage 3, the lines of action of the Strategic Plan were prioritised
based on their impact on addressing RDs and their feasibility of imple-
mentation. Table 4 shows the prioritisation by each strategic axis, and
Fig. 2 shows the scores for the 23 lines of action based on their impact
and feasibility.

Discussion

The OrPhar-SEFH Strategic Plan 2024-2027 provides a comprehen-
sive and innovative vision for the approach to RDs. It has been devel-
oped with a scientific and strategic focus, applying a participatory
working methodology that includes the perspective of professionals
and patients. Thus, this plan defines and prioritises a total of 23 lines
of action to be implemented by the working group over the period
2024-2027. It will strengthen the role of HPs in the care of patients
with RDs, with the aim of addressing the challenges posed by ODs and
RDs for the Spanish health system.

The analysis of the current situation, trends, challenges, and existing
strategies in the management of RDs, both nationally and internation-
ally, reveals a healthcare model showing signs of exhaustion and ineffi-
ciency, as well as a healthcare ecosystem that is constantly facing new
challenges and including more stakeholders involved in the approach
to RDs.!® We are clearly in a key transitional period driven by many
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Table 2
SWOT matrix.
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Weaknesses

hospitals to which the members of the OrPhar-SEFH group belong

evaluation

disease
Threats

RDs in some regions

quality of life and access to care

their integration, limits patient access to ODs

Coordination and communication: fragmentation and lack of communication between the different working groups
Lack of knowledge of resources: group members' lack of knowledge of available resources and initiatives led by SEFH and OrPhar-SEFH
Data recording: the criteria for recording RWD are heterogeneous. Moreover, there is no shared database that collects information on patients with RDs, ODs, or resources of

Positioning: low national and international visibility of the group at the level of pharmacy, patients, and scientific societies

Training: lack of training in rare diseases, genetics, positioning criteria and drug evaluation, RWD recording and analysis

Lack of visibility of HPs to patients: this could be improved by implementing cross-sectional patient follow-up throughout the care process

Partnerships: a lack of contact and information exchange with research institutes, universities, public health bodies, patient associations, and scientific societies

Drug evaluation: little collaboration between hospital pharmacy services and the SEFH, the Ministry of Health, and international HP bodies to work together on drug
Patients: lack of outreach and direct attention by the group to patients with RDs, in terms of care, support, and training on the appropriate treatments and care for their
Social media: lack of social media presence may limit the group's ability to disseminate information, interact with other professionals and patients, and grow in visibility
Decentralisation: the transfer of health competences to the ACs may generate discrepancies in health regulations between them and affect the availability of resources for

Political and social instability: political instability can affect funding and resources available for research and treatment of RDs, while social instability can affect patient

Genetic testing: coverage and availability of genetic testing vary by region, which can limit access to accurate diagnosis and appropriate treatment for patients with RDs
Spanish Health System: the lack of adaptation of the Spanish health system to new innovative medicines for RDs, together with the lack of additional budget allocation for

Increasing numbers of patients with RDs: Increased awareness and knowledge about RDs means that more people are seeking medical care and receiving a diagnosis. This

may increase the demand for specialised resources and treatments, which can be a challenge for health systems and ultimately for the group

Strengths

change and improve through the new Strategic Plan

technologies, and databases

Expertise: leading professionals in RDs with relevant roles and extensive experience in the management of patients with RDs and in drug evaluation

Specialist knowledge: the group's professionals are highly specialised in RDs and in effective treatment and care strategies for patients with RDs

Networking: OrPhar-SEFH has an extensive network of contacts within the medical and scientific community for knowledge exchange and joint projects

Alignment within the group: members share a common approach to promoting PROMs and PREMs, pharmacokinetics, pharmacogenetics, telepharmacy, and a willingness to

Access to resources: access to a wide range of resources from member hospitals, such as information on large numbers of patients, therapeutic options, diagnostic

Geographical diversity: broad perspective on the specific needs and challenges of each region, as members work in different hospitals across Spain
Best practices: multiple best practices in hospital pharmacy services and the management of patients with RDs that could be scaled up and implemented across participating

hospitals (e.g. monographic consultations and RD groups within pharmacy committees)

Opportunities

with RDs, and to patients

clinical practice, research, and RWD)
Partnerships: collaboration with industry in the development of new solutions

sharing (e.g. platform for sharing knowledge, best practices, data, and processes)

Raising awareness of RDs: to promote awareness and understanding of RDs among patients and society via the group
Knowledge transfer: leveraging OrPhar-SEFH's position to transfer knowledge to hospital pharmacy services, other levels of care involved in the management of patients

Communication: increase the group's digital and media presence as a strategic positioning tool for hospital pharmacy and RDs
Innovation: employ innovation to drive change in all areas (e.g. use of pharmacogenetics and pharmacokinetics, new funding models, use of disruptive technologies in
Interdisciplinary approaches: improve cross-functional collaboration and communication between OrPhar-SEFH working groups, fostering communication and knowledge

New projects: promote the development of larger-scale projects from OrPhar-SEFH that can have a positive impact on the management of patients with RDs (e.g. protocols

for referral to reference hospitals, development of specific PROMs and PREMs, and standardisation of data collection)

ACs, autonomous communities; RDs, rare diseases; SWOT, strengths, weaknesses, opportunities, threats; ODs, orphan drugs; Orphar-SEFH, Rare Diseases and Orphan Drugs Group of the
Spanish Society of Hospital Pharmacy; PROM, patient-reported outcome measure; PREM, patient-reported experience measure; RWD: real-world data; SEFH, Spanish Society of Hospital

Pharmacists; ICT: information and communication technology.

influences, including the post-COVID setting, regulatory pressures, eco-
nomic instability, the search for system sustainability and efficiency,
digital transformation, the need to listen to patients, and the develop-
ment of innovative and transformative models of engagement and
collaboration.”

For these reasons, the European Union (EU) has established a strate-
gic aim to improve access to diagnosis, information, and healthcare for
the approximately 36 million patients with RDs in Europe. It will pro-
mote the development of national RD plans and strategies, the estab-
lishment of European Reference Networks (ERNs), facilitate the
definition, coding, and inventory of RDs (European Rare Disease Regis-
try Platform, Orphanet), promote the designation and authorisation of
ODs, support research and development projects (Horizon Europe
2020 Project, ERICA: European Rare disease research Coordination and
support Action), and empower patient organisations.'®

In line with EU efforts, there are also several international initiatives
to improve access to ODs, such as the Australian Life Saving Drugs
Programme,'® which reimburses non-cost-effective medicines outside
of the standard drug funding scheme. Similarly, the UK NHS has estab-
lished innovative pricing agreements with the pharmaceutical industry
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to facilitate access to non-cost-effective treatments—40% of which are
medicines for RDs. These agreements include simple discounts, caps
on cumulative cost or quantity used per patient, and outcome-based
payment models.?° Other innovative experiences worth highlighting in-
clude the international social network PatientsLikeMe,2! an open online
community designed to transform patient stories into data, which al-
ready tracks more than 2800 diseases, or the RareConnect platform,2?
created by EURORDIS (Rare Disease Europe and Care4Rare Canada) to
connect and empower patients with RDs and their caregivers
worldwide.

There are similar initiatives in Spain, such as the establishment of
CSURs (Centros, Servicios y Unidades de Referencia del Sistema
Nacional de Salud), aimed at providing equitable coverage across
Spain through multidisciplinary teams that ensure continuity of
healthcare provision??; the multidisciplinary platform ObserveMHe, fo-
cused on generating knowledge and information about ODs?%; and the
Red UNICAS, a network of interconnected hospitals aimed at improving
care for children with RDs through the implementation of a collabora-
tive model that shortens diagnostic times facilitates research and access
to the most advanced therapies.®
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@ Impact

: Economic and
Po;l;l:;wenn:l::tlth ecological Proactive citizenry
8 sustainability

Enable improvements in the Adopting sustainable
health of the population, practices improves
prevent disease, and efficiency, strengthens
promote early diagnosis reputation, reduces
and treatment of RDs environmental impact,
(e.g. neonatal screening) and increases
cost-effectiveness

Encourage the
active and informed
participation of citizens
in decisions affecting
their health and
well-being

Needs

Collaboration and
support from OrPhar-SEFH
to identify new funding
models, overcome
financial barriers,
and determine the
value of medicines

Conduct multicentre
studies ensuring
homogeneous data
collection to generate
sufficient evidence

Stratifying the population
and patients with RDs
plays a strategic role
in ensuring the
personalisation of
the care process

& Actions

Use RWD as a
tool for clinical
decision-making
and to improve

the quality of

medical care

Enable adaptability
and scalability
depending on
the centre and

available resources

Increase the visibility
and participation of
HPs throughout the
care process and
adapt assessments
to a model for ODs

Consider collaboration
models with regulatory
agencies, ministries,
universities, research
institutes, patient
associations,
industry, and so on

Promote the plan
among OrPhar-SEFH
members with the
support of the SEFH
and ensure continuous
education for professionals

Incorporate a relevant
technological component
into initiatives to meet
the current and future
needs of professionals

Figure 1. Key success factors of the OrPhar-SEFH Strategic Plan 2024-2027. RDs, rare
diseases; HP, hospital pharmacist; ODs, orphan drugs; Orphar-SEFH, Rare Diseases and
Orphan Drugs Group of the Spanish Society of Hospital Pharmacy; PROM, patient-
reported outcome measure; PREM, patient-reported experience measure, RWD, real-
world data.

In line with the EU strategic objectives for RDs and international
experiences, the Strategic Plan has identified trends grouped around
4 main axes for change (see Table 1). In this context, OrPhar-SEFH
has developed several initiatives, including the Horizon Scanning
Project,” the application of MCDA to assess the therapeutic value of
0Ds,? and the pharmacy services humanisation project regarding the
care of patients with RDs.° Other contributions include teaching
activities (e.g. the monograph on hospital pharmacy for patients
with RDs'®) and research efforts, such as the development of a popu-
lation pharmacokinetic/pharmacodynamic model to individualise
eculizumab therapy in adults with atypical haemolytic uraemic
syndrome.2®
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Table 3
Summary of patient needs in relation to hospital pharmacists, obtained through inter-
views with representatives of rare disease patient associations.

Role of hospital pharmacists and pharmacy services

Have an HP specialising in RDs involved in the entire care process

Adapt existing protocols to the patients' care needs

Raise awareness of the need for healthcare and treatment processes that are
adapted to the specific rhythms and needs of RDs and patients with RDs
Protocolise the coordinated, multidisciplinary, and comprehensive approach to
patients with RDs within hospitals and between hospitals in all ACs

Ensure effective communication and alignment between all professionals (e.g.
HPs, clinicians, and nurses) in the management of patients with RDs
Incorporate the perspective of patients in decision-making

Patient experience

Establish multidisciplinary consultations and streamline appointments into 1 or
2 days to minimise trips

Establish a system of home medication delivery programmes for patients with
reduced mobility or other challenges in travelling to the centre

Collect drugs in hospitals in the patient's AC, avoiding long journeys (between
cities or ACs)

Adapt PROMs and PREMs for patients with RDs to capture the reality of RDs, and
protocolise and homogenise the collection of the data obtained

Implement a support service to deliver treatments to patients' homes (e.g. for
patients with haemophilia)

Improve the location of hospital pharmacy services for easier access by patients
Patient education

Provide educational materials and patient education by HPs (e.g. on treatments,
adverse effects, and treatment expectations)

Establish face-to-face consultations with HPs for follow-up and patient educa-
tion when necessary (e.g. change of treatment, dosage)

Run workshops with patients with RDs to address concerns with the healthcare
professionals involved in their specific condition

Have an expert HP available to respond to questions or concerns (e.g. on the
storage and transport of ODs)

Establish a telephone link with the HP to respond to questions or concerns
Access to treatment

Implement drug evaluation criteria adapted to RDs

Ensure early access to ODs in hospitals for patients who have already been
diagnosed and have clinician-approved treatment

Streamline processing and approval of applications for treatment of RDs

Raise awareness of the importance of drug access to help stabilise health and
improve outcomes in chronic patients with RDs

.

ACs, autonomous communities; RD, rare disease; HP, hospital pharmacist; OD, orphan
drug; PROM, patient-reported outcome measure; PREM, patient-reported experience
measures.

Itis also worth noting that the OrPhar-SEFH Strategic Plan has incor-
porated patient advocacy in relation to current experiences and expec-
tations regarding the role of HPs in the management of RDs, following
the current trends of patient empowerment and increased involvement
in therapeutic decision-making.’~2°

This is reflected in the SWOT analysis (Table 2), which highlights
several weaknesses: limited visibility of HPs among patients and scien-
tific societies; insufficient collaboration and synergy with other scien-
tific societies involved in RDs and among SEFH working groups; lack
of shared registries on the use of ODs and RWD in RDs; gaps in RD-
specific training; and limited engagement of HPs and the OrPhar-SEFH
group with the decision-making bodies involved in OD evaluation and
access, as well as with research institutes, universities, public health
agencies, patient associations, and scientific societies. Among the
strengths identified, we highlight the specialised knowledge and expe-
rience of the HPs of the OrPhar-SEFH group in caring for patients with
RDs and the management of ODs, along with their extensive network
of contacts with healthcare and research professionals, facilitating the
development of collaborative projects. Having members from all re-
gions of Spain provides a comprehensive view on the specific needs
and challenges of each area, while facilitating the sharing and scaling
of best practices across centres.

The main external threats identified include: the lack of presence
and visibility on social media; the insufficient adaptation of the Spanish
health system to innovative treatments for RDs; inequities in access to
treatments and care models across the ACs; and political and social in-
stability, which may affect the availability of key resources, such as
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Table 4
Prioritisation of the 23 lines of action by strategic axis.
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Prioritisation Description

Strategic axis — Partnerships

Identify RD patient associations to establish alliances and a communication channel to enable HP services to support patients and identify their needs

Identify leading universities, research centres, and institutes, and define collaborative plans to conduct technological and multidisciplinary research projects on

A2
A5 To develop collaborative projects with the pharmaceutical industry aimed at developing innovative solutions in the setting of RDs
Al Encourage the collaboration of HPs specialised in RDs in decision-making structures on the evaluation and positioning of ODs
A4
RDs
A3 Define a collaboration plan with other scientific societies specialised in different RDs
A6 Implement communication channels and specific training plans for community pharmacy, primary care, socio-health, case managers, etc.
Strategic axis — Evidence
E3 Promote research projects on ODs and RDs to obtain empirical data and evidence
E1 To strengthen the role of HPs in the critical analysis of scientific evidence on RDs and knowledge transfer to interdisciplinary clinical teams
E2

Strategic axis - Innovation/Research
I Promote the use of multi-criteria decision analysis for ODs

Encourage the participation of HPs in the use of PROMs and PREMs in the management and decision-making of RDs

14 Facilitate the implementation of innovative funding models and value-based public procurement

3 Encourage the dissemination of calls for research on RDs and the participation of OrPhar-SEFH in these calls

12 Identify existing Al tools and analyse their application in the area of RDs and hospital pharmacy

Strategic axis — Optimisation

04 Update and maintain the content of the OrPhar-SEFH website, including the most prevalent diseases and keeping records of the most commonly used ODs

01 Promote the integration of HPs in interdisciplinary teams for the management of patients with RDs

02 Implement and certify the OrPhar-SEFH Humanisation Plan

06 Promote a new edition of the OrPhar-SEFH continuing professional development course that includes the latest evidence on the management and treatment of
patients with RDs

o7 Developing telepharmacy and home delivery strategies

03 Developing new communication channels with patients

05 Stratify patients with RDs based on their characteristics and tailor their treatment for personalised pharmaceutical care

Strategic axis — Union

U1 Create a network of HP services specialising in RDs
U2
U3

Hold an annual conference on RDs and ODs to raise awareness of the role of HPs and OrPhar-SEFH in the care of patients with RDs
Collaborate to create consistent messaging on the collection and disposal of drugs and drug administration devices dispensed in outpatient pharmacy care units

RD, rare disease; HP, hospital pharmacist; OD, orphan drug; Orphar-SEFH, Rare Diseases and Orphan Drugs Group of the Spanish Society of Hospital Pharmacy; PROM, patient-reported

outcome measure; PREM, patient-reported experience measure.

timely diagnosis, early treatment, and the growing demand for special-
ised resources and treatments. The opportunities identified include the
growing public awareness of RDs; the availability of digital and training
resources provided by the SEFH; and the use of innovation as a driver of
change across all levels, such as pharmacogenetics, pharmacokinetics,
new funding models, and the integration of disruptive technologies
into clinical practice, research, and RWD. Other opportunities include
collaboration with the pharmaceutical industry in research and innova-
tion; the intermediary role of HPs across specialised and nonspecialised
care levels; and a focus on outcomes, including the use of PROMs and
PREMs, which are already implemented in other disease areas and
could be adapted to the RD setting.

Based on this analysis, and considering the key success factors iden-
tified in Fig. 1, a consensus was reached on 23 lines of action, which aim
to foster collaborative work between HPs, professionals involved in the
management of RDs, and patients, promote the healthcare role of HPs,
guarantee equity in health care, and improve the quality of life of
patients with RDs.

In this context, the 6 lines of action outlined under the strategic axis
of alliances reflect the commitment of HPs to RDs, as demonstrated by
numerous initiatives across healthcare,*® education,>**! and
research.>>3* They also underscore the need to establish and
strengthen alliances with external stakeholders—such as regulatory
agencies, scientific societies, healthcare professionals, the Ministry of
Health, regional authorities, universities, the pharmaceutical industry,
research institutes, and patient associations—with the aim of fostering
synergies and promoting knowledge exchange and collaboration. It is
also worth noting the emergence of new stakeholders, such as start-
ups and tech giants, which can join forces with HPs to promote integra-
tion and participation in patient monitoring, foster collaboration in re-
search and innovation, and ultimately contribute to a comprehensive
and multidisciplinary approach to patients with RDs.>>3¢

The 3 lines of action defined under the strategic axis of evidence aim
to promote critical analysis of existing scientific studies on ODs and
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encourage participation in protocol development, with the goal of inte-
grating the best available evidence. In parallel, they seek to foster the
generation of new evidence and ensure personalised, patient-centred
care that takes into account patients' needs and experiences.>’>°

The 4 lines of action under the proposed research/innovation axis
aim to actively promote scientific research and the use of innovative
funding models and evaluation criteria for ODs, going beyond tradi-
tional parameters such as efficacy, safety, and cost. They seek to incor-
porate assessment criteria that capture the therapeutic and social
value of ODs from a holistic perspective that considers the needs of
patients and the health system.**-47

The fourth axis, optimisation, contains 7 lines of action aimed at en-
suring the full participation of HPs in the entire healthcare process, as
well as continuous communication and coordination with patients
and the professionals involved. These actions also seek to promote the
incorporation of new technologies and to support and raise awareness
of existing initiatives within OrPhar-SEFH.*8-52

Finally, the fifth strategic axis is based on union and integrated, col-
laborative work in hospital and community settings. It proposes 3 lines
of action with the aim of positioning HPs as key players in the treatment
of RDs. It aims to increase their visibility to patients and other profes-
sionals, and promoting the use of sustainable practices that contribute
to environmental care.>>~>°

The prioritisation of lines of action identifies key initiatives that
should be initiated or sustained within each strategic axis, based on
their impact and feasibility of implementation. This approach aims to
ensure the continuity of ongoing projects and to guide future projects
envisaged by the working group.

Finally, the OrPhar-SEFH Strategic Plan, designed for implementa-
tion during the period 2024-2027, aims to support HPs in addressing
the key challenges in the care of patients with RDs from the perspective
of hospital pharmacy. It seeks to improve access to therapeutic innova-
tions that deliver value to both patients and the healthcare system, de-
velop a comprehensive and interdisciplinary care model for patients
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Figure 2. Prioritisation of the 23 lines of action by strategic axis based on impact and feasibility.

with RDs, and adopt a holistic and multidimensional approach that facil-
itates knowledge sharing among professionals. The plan also empha-
sises the creation of individualised therapeutic and follow-up plans
tailored to both the clinical and social health needs of each patient, as
well as the involvement of patients and broader society in decision-
making processes at various levels.

In summary, the Strategic Plan is intended to provide a roadmap for
enhancing the role of hospital pharmacy in the management of RDs, im-
proving access to and evaluation of ODs, and optimising the integrated
and interdisciplinary care process to improve health outcomes, quality
of life, and patient experience. In parallel, it aims to establish OrPhar-

T249

SEFH as a reference body for the health system, healthcare profes-
sionals, and patients with RDs.
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