®\ ciSORPHAN
¢Y/ CONSORTIUM

t%_? NARDE “SaaiitelglR -

eee® Chapter

RESOLUTION

FOLLOWING THE Il CIS ORPHAN FORUM

[ Moscow | June 2627, 2025 ]




Introduction

On June 26-27, 2025, the CIS Orphan Consortium organized and held the Il CIS Orphan Forum in Moscow, dedicated
to the development of systemic care for patients with rare (orphan) diseases.

The Forum brought together participants from the following countries: Azerbaijan, Armenia, Belarus, Kazakhstan,
Kyrgyzstan, Russia, Tajikistan, Uzbekistan, as well as from India, the United Arab Emirates, Oman, and South Africa.

The event was attended by representatives of ministries of health, expert organizations, clinical centers, academia,
patient associations, and the pharmaceutical industry.

The Forum opened in the context of the adoption of Resolution WHA78.11 by the World Health Assembly in May 2025,
which officially recognized rare diseases as a global health priority. This document became the first WHO resolution to
systematically address rare diseases as a global challenge and a key issue in international health policy. It was adopted
in recognition of the fact that over 300 million people worldwide live with rare diseases, many of which manifest in
childhood, follow a severe, chronic, and multisystem course, and are associated with limitations in functioning, social
isolation, and lack of access to appropriate medical care.

The resolution highlights the need for:

integrating rare diseases into national health strategies and developing comprehensive, cross-sectoral
solutions that consider patients' needs throughout their lives;

the development and implementation of a global action plan on rare diseases that reflects national
priorities, the needs of resource-limited countries, and the contribution of patient communities;

expanding screening programs, early diagnosis, and sustainable access to treatment, including medicines,
medical devices, assistive technologies, vaccines, and diagnostics;

building inclusive care systems that eliminate discrimination, stigma, and barriers, particularly for women,
children, and undiagnosed patients;

involving patient organizations and communities in the design, implementation, and monitoring of policies,
ensuring patient participation in clinical research and decision-making;

leveraging digital solutions, telemedicine, electronic registries, and data-sharing platforms, including
cross-border collaboration;

establishing international, regional, and national centers of excellence and investing in workforce capacity
building and specialist training systems;

securing sustainable financing and social support for families raising children with rare diseases.

Resolution WHA78.11 emphasizes the importance of equitable access to all levels of health care within the framework
of Universal Health Coverage (UHC), as well as the need to eliminate global disparities and strengthen international
cooperation, including the involvement of countries with different income levels in developing and implementing
effective solutions.

Forum participants discussed how the provisions of the WHO resolution could be adapted to the CIS countries, taking
into account regional contexts. More than 60 presentations were delivered, with 2 plenary sessions and 10 specialized
sessions covering key aspects of care organization for patients with rare diseases, government policy, orphan drug
development, health technology assessment, healthcare integration, pharmaceutical access, and prospects for
international cooperation.



Identified Systemic Challenges

In the regulatory and legal framework for the provision of care
and pharmaceutical access for patients with rare diseases:

Absence of national plans/strategies for rare diseases in CIS countries.

As of today, none of the CIS countries has adopted explicit national plan or strategy aimed at
comprehensively addressing the challenges of rare disease patients. This significantly limits the
coordination of government efforts, impedes the establishment of common goals and priorities, and
reduces the coherence and effectiveness of implemented measures. Without a strategic approach,
sustainable mechanisms for monitoring, evaluation, and policy adjustment cannot be established.
Resource allocation also becomes inefficient — between regions, levels of care, disease categories, and
stages of patient management. As a result, efforts remain fragmented, short-term, and lack sustainability
and continuity.

Absence of harmonized criteria and legally defined rare disease lists.

CIS countries lack a harmonized approach to defining rare diseases. In several countries, including
Armenia, Azerbaijan, Kyrgyzstan, Tajikistan, and Uzbekistan, the legal framework is under development:
definitions and rare disease lists are either absent or applied inconsistently. Other countries apply
different quantitative and qualitative criteria, leading to fragmented approaches.

This disunity hinders the development of comparable and justified decisions in pharmaceutical policy,
including inclusion in national formularies, determination of indications, and demand forecasting. It also
limits opportunities for inter-country cooperation, clinical data sharing, harmonized patient management,
and building a joint evidence base for policymaking.

Lack of unified criteria and procedures for granting orphan status to medicinal products in the

EAEU.

Several EAEU countries lack national procedures for determining orphan drug status. While the EAEU
framework allows national-level recognition of orphan status, the common drug registration procedure
applies across the Union. This limits participation by some countries and, consequently, patient access,
due to the absence of necessary definitions and procedures in their national regulations. The lack of a
unified procedure delays the submission of orphan drug dossiers and often forces applicants to exclude
certain countries from their registration applications.

Absence of sustainable and legally enshrined funding mechanisms for rare disease care within
UHC.
Most CIS countries do not have legal or regulatory acts defining stable, long-term funding sources for rare
disease care. Funding is often ad hoc — regional budgets, temporary programs, or individual decisions —
making it unpredictable and limiting coverage. This fragmentation reduces equity in access to diagnostics
and therapy, disrupts continuity (especially during transitions such as reaching adulthood), and hinders
long-term care planning.
The absence of centralized funding and joint procurement mechanisms also impacts system efficiency. It
prevents pooled demand and optimal pricing for costly orphan drugs that require specific budgeting and
procurement strategies due to low disease prevalence.

Limited legal and methodological frameworks for implementing flexible models of pharmaceutical
access.
Most CIS countries lack legally defined mechanisms to fund rare disease treatment before inclusion in
official formularies or completion of standard HTA procedures. Even when accelerated registration
pathways exist, reimbursement remains rigid and does not allow for payment based on individual
indications or urgent need.
Risk-sharing agreements, outcome-based contracts, and managed access programs are rarely applied. No
legal basis exists for post-marketing data collection, outcome monitoring, or dynamic adjustment of
financing conditions.
This limits the ability to respond flexibly to patient needs, reduces procurement efficiency for high-cost
drugs, and restricts access to innovative therapies in clinically justified cases, especially in severe,
progressive, and disabling diseases.



In approaches to care organization and workforce capacity

Lack of an institutionalized network of orphan centers and standardized approaches to the

organization of specialized care.

Most CIS countries lack a formalized system of designated orphan centers operating under unified
standards, legal definitions, and sustainable financing. Existing practices are fragmented, based on
individual institutions without official status, coordination, or standardized requirements for structure,
staffing, equipment, and functions. National approaches for creating and developing such centers are not
defined, hindering the formation of effective infrastructure. Patient referral pathways are also
underdeveloped: there are no approved algorithms for patient routing, criteria for referrals to specialized
facilities, or mechanisms for coordination across levels of care. This leads to diagnostic delays, uneven
access, and reduced system efficiency.

Insufficient transition mechanisms between pediatric and adult care systems.
In many CIS countries, there is no formally defined mechanism to transition patients with rare diseases
from pediatric to adult healthcare. The lack of agreed-upon pathways, continuity in treatment strategies,
and coordination between institutions results in care disruption, reduced access to therapy, and loss of
clinical information. This is particularly critical for chronic progressive conditions, where uninterrupted
care directly impacts outcomes and quality of life.

Limited workforce capacity and lack of systematic specialist training.
A significant shortage of healthcare professionals with expertise in rare diseases persists across most CIS
countries. Rare disease topics are not integrated into core and postgraduate education, and structured
continuing education programs and unified professional standards are lacking. This limits access to
qualified care, delays diagnosis, and compromises care quality, especially in remote areas.

Insufficient intersectoral integration in the provision of comprehensive care.
Providing comprehensive care for patients with rare diseases requires coordination among medical,
social, educational, and rehabilitation sectors. However, in most countries, such mechanisms are informal,
unregulated, and dependent on individual initiatives. The lack of integrated models limits the ability to
create personalized care pathways, coordinate support services, and deliver consistent assistance to
families, especially in cases of severe and disabling diseases.



In pharmaceutical access and health technology assessment (HTA):

High cost of therapy and limited evidence base hinder funding decisions.
Orphan drugs are typically high-cost due to complex development processes, small patient populations,
and limited demand. Moreover, evidence on their effectiveness and safety is often limited or derived from
conditions not reflective of real-world clinical practice. This complicates decisions on public reimbursement,
particularly in resource-constrained countries.

Absence of institutionalized HTA systems in some CIS countries.
As of the Forum, countries such as Azerbaijan, Armenia, Kyrgyzstan, Tajikistan, and Uzbekistan did not have
officially established and operational HTA bodies. This hampers evidence-based decision-making for
pharmaceutical reimbursement and prevents the development of transparent, sustainable policies for
orphan technologies.

Methodological limitations of existing HTA systems in countries where they do exist.
Even in CIS countries with functioning HTA systems, traditional methodologies are often used that are not
tailored to the specifics of orphan drugs. There are no differentiated willingness-to-pay thresholds or
reference ICER values, and advanced tools such as Multi-Criteria Decision Analysis (MCDA) are not applied.
As a result, key value components of orphan drugs — unmet medical need, disease burden, and equity
considerations — are not adequately captured.

Absence of systems for collecting and analyzing real-world evidence (RWE).
CIS countries lack systematic mechanisms for collecting and analyzing RWE, including data on clinical
effectiveness, safety, treatment adherence, and patient quality of life. This limits the ability to revise funding
decisions, adapt clinical guidelines, implement outcome-based payment models, and conduct
post-marketing surveillance — particularly important for advanced and gene or cell therapies.

Lack of coordination and harmonized approaches to evaluating orphan technologies.
In countries with HTA systems (e.g., Belarus, Kazakhstan, Russia), there is no inter-country coordination or
methodological alignment. This results in duplicated efforts, inefficiencies, and inconsistent access to
orphan medicines. Harmonized frameworks, as seen in the EU HTA collaboration, could enhance efficiency,
enable mutual recognition or adaptation of HTA outputs, and create a shared evidence base for
negotiations with manufacturers.

Absence of coordination in the development and manufacturing of orphan drugs within CIS and
BRICS.
Despite shared regional needs, there are no joint initiatives to support the development, registration, and
localization of orphan drug production. This limits opportunities for import substitution, scientific
collaboration, and pharmaceutical resilience.

Underutilization of joint procurement and price negotiation potential.
CIS countries act independently in procurement despite common needs. The lack of mechanisms for
demand aggregation and joint manufacturer negotiations (as practiced in the EU, Beneluxa, Valletta
Declaration, and the Nordic Pharmaceutical Forum) prevents better pricing and supply conditions,
especially for costly therapies for small patient cohorts. Consolidated demand would enhance procurement
efficiency and access sustainability.

Absence of forecasting and strategic planning mechanisms for orphan drug needs.
Most countries lack medium- and long-term forecasting tools for orphan drug demand and budget
planning. Horizon scanning is not systematically conducted; registries, demographic and epidemiological
data, and technology trends are underutilized. This limits the ability to create sustainable funding
programs, expand therapy to new patients in time, and prepare health systems for innovation.



In international cooperation within EAEU, CIS, and BRICS frameworks:

Lack of coordination and harmonization in regulation, HTA, and pharmaceutical access
for rare diseases.
Countries operate in isolation when recognizing orphan status, approving drugs, determining funding
mechanisms, and defining medical need. This prevents mutual recognition of decisions, knowledge
exchange, approach unification, and resource pooling. Regional mechanisms could strengthen
development, production, and procurement efficiency.

Limited integration into international research, technology, and clinical initiatives.
BRICS countries are only marginally involved in joint research programs, international registries, clinical
networks, data-sharing initiatives, and cross-border pilot projects. This restricts access to global expertise,
joint research opportunities, and technical support.

Absence of coordination in orphan drug development, registration, and localization within
CIS and BRICS.
Despite shared pharmaceutical infrastructure, there are no concerted efforts to jointly plan demand, align
production initiatives, or simplify cross-border registration and localization processes.

Underutilization of potential for cross-country demand consolidation.
CIS and BRICS countries have not implemented joint demand and pricing negotiation mechanisms for
orphan drugs, despite similar disease and therapeutic profiles. Disjointed procurement strategies weaken
negotiating power and lead to higher drug prices. Regional consolidation mechanisms would improve
efficiency and access.

Lack of accessible and transparent data systems.
Up-to-date, open, and comparable data on rare disease patients, specialist centers, laboratories, and
available therapies are lacking across the CIS. This hinders management decisions, need forecasting, and
international collaboration.



Recommendations

Based on the outcomes of the Il CIS Orphan Forum held on June 26-27, 2025 in Moscow, and in line with the
provisions of WHO Resolution WHA78.11, Forum participants recommend the following:

To government authorities and relevant ministries of the CIS countries:

Develop and adopt national strategies and action plans for rare diseases, defining priorities, sustainable
financing mechanisms, target indicators, and monitoring systems.

Establish and institutionalize orphan centers with defined functions, structure, patient routing
protocols, and mechanisms for transition between pediatric and adult healthcare systems.

Consider the creation of a unified procedure for granting orphan drug status at the EAEU level, modeled
on the existing process for drugs of special significance.

Develop legal frameworks and support the expansion of screening programs, including neonatal and
selective screening, within national programs.

Strengthen human resource capacity by integrating rare disease topics into medical education,
retraining, and professional development programs.

Promote cross-border telemedicine consultations and remote collaboration between orphan centers in
CIS countries to improve access to expert care, exchange best practices, and support joint clinical
decision-making.

Establish a coordinated CIS-level approach to workforce development, including specialist training, joint
educational programs, and internships based on regional centers of excellence.

Create or formalize institutional HTA mechanisms in countries where they are absent, and ensure their
integration into decision-making for market access, reimbursement, and funding of orphan medicines.

Improve HTA methodologies for orphan drugs by incorporating international experience and the
specifics of rare diseases. This includes MCDA tools, differentiated cost-effectiveness thresholds,
patient-reported outcomes (PROs), and participatory processes involving patients and experts.

Establish systematic RWE data collection and analysis mechanisms to inform funding decisions,
pricing, clinical guideline updates, and outcome-based reimbursement models.

Introduce horizon scanning and strategic planning tools for orphan drug demand forecasting, covering
3-10 year technology adoption timelines and healthcare system readiness.

Secure legal foundations for sustainable and equitable rare disease care funding that ensures
continuity of access throughout the life course.

Centralize orphan drug procurement to improve efficiency, secure favorable pricing, and reduce
administrative costs, particularly for high-cost therapies targeting small patient populations.

Develop and implement legal frameworks for innovative reimbursement models such as managed
entry agreements, outcome-based payment, and risk-sharing schemes to facilitate access to advanced
therapies.

Explore joint demand consolidation for orphan drugs within the EAEU, CIS, and BRICS to strengthen
negotiating power and harmonize procurement policies.

Consider including a dedicated section on rare diseases in the CIS Model Law on Pharmaceutical
Provision, establishing definitions, inclusion criteria, and principles for evaluating orphan drugs.



To the CIS expert and professional community:

Develop methodological approaches for comparative clinical assessment of orphan drugs, considering
international practices and CIS-specific contexts.

Propose a unified HTA methodological framework for CIS countries that accommodates adaptation of
global standards and procedures.

Prepare and disseminate educational and methodological materials for healthcare professionals on
diagnostics, patient pathways, treatment monitoring, and patient engagement.

Initiate the creation of professional expert networks and thematic working groups within the CIS and
BRICS for data sharing, methodological harmonization, expert reviews, and coordinated policymaking.

To the CIS Orphan Consortium:

Conduct regular monitoring and analytical reviews of rare disease legislation, care organization, and
HTA practices across CIS countries, with proposals for harmonization and progress tracking.

Consider participating in the development of the WHO-led Global Action Plan on Rare Diseases on
behalf of the CIS regional expert community.

Launch a unified CIS information portal on rare diseases, containing data on patient numbers, care
centers, registered drugs, clinical guidelines/protocols, and treatment availability.

To international organizations, including the World Health
Organization (WHO):

Consider including CIS Orphan Consortium representatives in the expert group shaping the Global
Action Plan on Rare Diseases.

Provide technical and methodological support to CIS countries in developing national plans, screening
programs, and monitoring systems.

Support the inclusion of CIS countries in international rare disease initiatives and projects.

Forum participants expressed their readiness for continued
collaboration and committed to advancing the initiatives
outlined in this resolution to improve the quality and
accessibility of care for patients with rare diseases.



