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Introduction and context

Introduction

The European Union's healthcare systems strive to provide high-quality, cost-effective care. This is particularly challenging
for rare or low-prevalence complex diseases, which affect the daily lives of approximately 30 million EU citizens. To address
this challenge, the European Commission launched the European Reference Networks (ERNs) initiative [1, art. 12], [2], [3].
ERNs are networks of healthcare providers across Europe designed to facilitate the cross-border exchange of knowledge
and expertise among professionals. Currently, 24 networks operate across various specialized areas of rare diseases. This
initiative is governed by a Board of Member States (BoMS) and the ERN Coordinators Group (ERN-CG).

Evolution of Indicators

At the inception of the initiative, the Board of Member States approved a core set of 16 indicators, which remained in use
from 2017 to 2023. In September 2023, following the launch of multi-year direct grants for the networks, several Key
Performance Indicators (KPIs) were added to assess the fulfilment of specific grant obligations.

Data Collection Exercises

In the initial years of the initiative, data collection was conducted biannually: once in October (covering January to June)
and once in March (covering July to December). Starting in 2024, the process was streamlined to reduce the administrative
burden. The October exercise was discontinued, and the March collection was restructured into two distinct phases, both
covering activities for the full preceding calendar year (January to December):

e  Phase 1 (January — February): Dedicated to individual Healthcare Providers (HCPs).
e  Phase 2 (March): Dedicated to the ERNs as a collective entities.
Data Collection Platform

A dedicated reporting platform was developed to simplify the data submission process. This platform has been progressively
adapted to accommodate evolving monitoring requirements. Currently, the platform is accessible to HCPs during January
and February, and to ERNs during March.

Scope of Guidance

This document provides specific guidance for Phase 2 (ERN level) of the monitoring exercise. It outlines the official names
and approved definitions for each indicator and includes a "Frequently Asked Questions" (FAQ) section. This guidance is
issued by DG SANTE, reflecting the discussions and final decisions reached within the ERN Monitoring Working Group.

Legal References

1. Directive 2011/24/EU of the European Parliament and of the Council of 9 March 2011 on the application of patients’
rights in cross-border healthcare. Available here (original) and here (consolidated).

2. Commission Implementing Decision 2014/287/EU of 10 March 2014, setting out criteria for establishing and
evaluating European Reference Networks and their Members. Available here.

3. Commission Implementing Decision (EU) 2019/1269 of 26 July 2019, amending Implementing Decision
2014/287/EU. Available here.
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https://eur-lex.europa.eu/legal-content/EN/TXT/?uri=CELEX:32011L0024
https://eur-lex.europa.eu/legal-content/EN/TXT/?uri=CELEX:02011L0024-20140101
https://eur-lex.europa.eu/legal-content/EN/TXT/?uri=CELEX:32014D0287
https://eur-lex.europa.eu/eli/dec_impl/2019/1269/oj

Glossary

To avoid confusion and guarantee the full understanding of this document and concepts addressed, the following
abbreviations and definitions apply:

HCP Healthcare provider. Any institution (hospitals in most of the cases) that provides healthcare services.

HP Healthcare professional. Any person accredited to provide healthcare services (clinicians, nurses, etc.).

ERN European Reference Network. Network of HCPs that cooperate to share knowledge and advance the state of
the art in one or more specific thematic areas. ERNs are composed of members and affiliated partners. All are
requested to participate in the yearly data collections.

CcC Clinical centre. A medical team belonging to one or more units/departments/services of one HCP and having
being appointed to one ERN.

EEA  European Economic Area consists of the Member States of the European Union plus three countries of the
European Free Trade Association (EFTA) - Iceland, Liechtenstein and Norway. All EEA members except Iceland
and Liechtenstein participate in the ERN initiative.
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ERNs intervention areas and specific objectives

The Boar

1.

Release 9.1

d of Member States approved the following seven areas of intervention for ERNs:

General organisation and coordination
Objective: To ensure that ERNs are operational and successfully carry out their organisational activities.

Patient Care
Objective: To improve access to clinical advice, diagnosis, treatment, and follow-up of patients within the ERNs.
Geographical and disease coverage.

Multidisciplinary approach and sharing of knowledge within the ERN
Objective: To optimise patient outcomes by combining skills of healthcare professionals involved and resources
used.

Education and Training
Objective: To increase capacity of professionals to recognize and manage cases of rare or low prevalence complex
diseases and conditions within the scope of the ERN.

Contribution to research and innovation
Objective: To reinforce clinical research in the field rare diseases and complex conditions by collecting data and
carrying out collaborative research activities.

Clinical guidelines
Objective: To ensure that all patients referred to ERNs have access to high quality healthcare services.

Communication and dissemination within the scope of the ERN activities

Objective: To guarantee that knowledge, expertise, and awareness is spread outside the ERN so that more people
can benefit from the ERN activities.
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Official definitions of the ERN Indicators

In this section we provide the approved definition of each indicator, along with remarks and answers to frequently asked
questions.

General organisation and coordination
Ensure that ERNs are operational and successfully carry out their organisational activities.

Indicator 1.1 - Number of Member States

Official name:
Number of Member States represented in the ERN.

Official definition:
The number of countries within the EEA covered by Directive 24/201 with at least one Health Care Provider participating
as member or affiliated partner in the ERN.

Expected answer:
An integer number, provided by the EC.

Remarks and frequently asked questions:

Indicator 1.2 - Number of Members

Official name:
Number of Members of the ERN.

Official definition:
The number of clinical centres participating as members in the ERN and were officially active on the 1% day of the
reporting period.

Expected answer:
An integer number, provided by the EC.

Remarks and frequently asked questions:

Indicator 1.3 - Number of Affiliated Partners

Official name:
Number of Affiliated Partners of the ERN.

Official definition:
The number of clinical centres participating as affiliated partners in the ERN and were officially active on the 1%t day of the
reporting period.

Expected answer:
An integer number, provided by the EC.

Remarks and frequently asked questions:
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Indicator 1.4 - Number of patient organisations

Official name:
Number of patient organisations represented in the ERN.

Official definition:
The number of patient organisations represented by one or more persons actively involved in the ERN. Patient
organizations may work within an ERN in many ways to capture the voices and needs of the patients.

Expected answer:
An integer number, provided by the ERN.

Remarks and frequently asked questions:

To have a clearer idea of the participation of patients in the ERN, the following types of involvement should be, where
possible, counted and reported in the comments box of the monitoring data collection IT tool.

Examples of the types of active participation in an ERN network (and therefore should be counted towards the total number)
are:

Number of Patient associations represented:

1) asvoting members of the Board of the Network (please count the patient associations represented that are entitled
to vote in the decision-making bodies governing the ERN);

2) as Leader (or co-Leader) of specific activities of the ERN project (please count the patient associations represented
and involved in working groups, work packages, tasks, etc. as Leader or co-Leader);

3) as members of the panel involved in the production of clinical practice guidelines (please count the number of
patient associations represented during the process of creation of new clinical practice guidelines or adaptation -
both as adaptation to the countries and adaptation in lay versions - of existing clinical practice guidelines);

4) as co-designer of activities related to the Network project (please count the number of patient associations
represented and involved in the main activities of the ERN, such as co-design of surveys, training and education,
website contents, dissemination materials, etc.).

5) that are actively involved in translation of ERN documents, evaluation of patient information, and other ERN
documents, including proposing changes (to ensure they are suitable for patients or parents)

Participation of patient associations in other type of meetings directly related with the work of a given network (ePAGs
meeting, sectorial or thematic patient associations meetings, etc.) should also be counted.

e  To clarify that this indicator does not aim to count the number of meetings, nor the type of meeting in which patient
representatives are participating.

e Such active involvement would include their participation in advisory groups, committees, and any other bodies
within the organization of the network.

e This participation would normally be reflected in the membership and their attendance at the meetings (physical and
virtual) of that body.

e Inthe case of umbrella organizations (for example, EURORDIS) please count each of the umbrella organizations once
and count only once the other individual associations represented (whether that be European, national or regional).
For example: a patient representative that belongs both to EURORDIS and to a national association of disease X will
be counted as 2 patients associations.

e Patient associations represented by more than one person or in different advisory groups or committees or any other
bodies of the ERN will be counted just once.

Indicator 1.5 (KPI 1) — Clinical centre’s performance evaluation

Official name:
Is a system to measure the performance of the centres in place?

Official definition:
Does your ERN have a system in place to evaluate the performance of members and affiliated partners? If yes, to be
detailed per centre. Corresponds to KPI 1 as defined in the call for grants 2023-2027.
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Expected answer:
A choice between “Yes” or “No“, provided by the ERN. If the answer is Yes, the ERN must fill-in the results of the
evaluation for each centre (Excellent, Good, Needs improvement).

Remarks and frequently asked questions:

e |sthe performance evaluation the same for all ERNs? No, each ERN can decide how to organize the performance
evaluation. The final reporting scale, however, must be the same (Excellent/Good/Needs improvement).

e |sthere any recommendation for the scoring methodology? No. The scoring methodology is under the
responsibility of each ERN. The only common requirement for reporting this indicator is to be able to map the
internal score into three performance levels “Excellent”, “Good” and “Needs Improvement”.

e Our performance evaluation system has a quantitative nature instead of qualitative. Is there any guidance to map
it onto a qualitative scale? No. Each ERN is free to decide how the three levels (Excellent/Good/Needs
improvement) will map on a quantitative scale and report accordingly.
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Communication and dissemination within the scope of the ERN activities
To guarantee that knowledge, expertise, and awareness is spread outside the ERN so that more people can benefit from
the ERN activities.

Indicator 2.1 - Number of new visitors to the ERN website

Official name:
Number of new visitors to the ERN website

Official definition:
Number of new visitors to the ERN website, according to the web analytics report submitted. It is part of KPI 2 as defined
in the call for grants 2023-2027.

Expected answer:
An integer number, provided by the ERN

Remarks and frequently asked questions:

Indicator 2.2 - Number of returning visitors to the ERN website

Official name:
Number of returning visitors to the ERN website

Official definition:
Number of returning visitors to the ERN website, according to the web analytics report submitted. It is part of KPI 2 as
defined in the call for grants 2023-2027.

Expected answer:
An integer number, provided by the ERN

Remarks and frequently asked questions:

Indicator 2.3 (KPI 2) - Web statistics report

Official name:
Web statistics report.

Official definition:
Web statistics report generated by a web analytics application over the ERN website. Corresponds to KPI 3 as defined in
the call for grants 2023-2027.

Expected answer:
A file (PDF, ZIP) to upload by the ERN, containing the web analytics report of the ERN website.

Remarks and frequently asked questions:

To be able to upload the web analytics report the user must have saved the reporting dossier at least once and must have
acknowledged (tick box) that no personal data is included in the uploaded file.

Indicator 2.4 (KPI 3) - Number of relevant documents downloaded from the ERN website

Official name:
Number of relevant documents downloaded from the ERN website.
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Official definition:
Number of downloads of the most relevant and important documents (Guidelines, Training Materials, etc.). Not counting
leaflets, flyers, etc. Corresponds to KPI 3 as defined in the call for grants 2023-2027.

Expected answer:
An integer number, provided by the ERN.

Remarks and frequently asked questions:

Any deviation from the official definition must be justified in the comments box

Indicator 2.5 (KPI 4) — Number of dissemination webinars

Official name:
Number of dissemination webinars

Official definition:
Number of unique dissemination webinars (non-technical) addressing the public at large, delivered during the reporting
period. Corresponds to KPI 4 as defined in the call for the direct grants 2023-2027.

Expected answer:
An integer number, provided by the ERN.

Remarks and frequently asked questions:

Indicator 2.6 (KPI 5) — Number of attendees to dissemination webinars

Official name:
Number of attendees to dissemination webinars

Official definition:
Total number of attendees to all editions of dissemination webinars during the reporting period. Corresponds to KPI 5 as
defined in the call for the direct grants 2023-2027.

Expected answer:
An integer number, provided by the ERN.

Remarks and frequently asked questions:
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Multidisciplinary approach and sharing of knowledge within the ERN
To optimise patient outcomes by combining skills of healthcare professionals involved and resources used.

Indicator 3.1 (KPI 6) - Number of new patients

Official name:
Number of new patients referred to the Health Care Providers of the ERN, with the diagnosis of a disease or condition that
falls within the scope of the ERN

Official definition:

The number of patients attending the ERNs’ Health Care Providers for the first time during the reporting period, with a
confirmed diagnosis of a disease or condition falling within the scope of the ERN, whatever their age and sex. Includes
visits to outpatient’s clinics, hospital discharges and emergencies, coming from national and international referrals.

Expected answer:
An integer number, provided by each HCP during stage 1 of the data collection and validated by the ERN in stage 2.

Remarks and frequently asked questions:

e What is a new patient? New patients are those that have attended or been referred to the healthcare provider,
within the specified timeframe and having a confirmed diagnosis of a rare disease. These patients should not
have been previously included in the patient information system of the healthcare provider. It refers to the
aggregated number of new patients, regardless of age and sex.

e What about undiagnosed conditions? Patients who have not obtained a diagnosis yet should not be considered.

e Is more better? No. In several instances, the number of new patients seen each year for some rare diseases will
be very low. The intention of this data collection process is to establish a baseline for each ERN, rather than
comparing numbers between ERNs.

e What about recurrent patients? There are important differences between the ERNs on the type of contact with
the healthcare provider. Some ERNs are mainly having outpatient visits while others are mainly focusing on
hospital discharges. In any case, patients that have been previously included in the patient information system of
the healthcare provide shall not be counted.

e Isit possible for the ERN to report this indicator on behalf of each clinical centre? It’s possible but should be
avoided. The objective of dividing the data collection in two stages was to encourage the HCPs to a greater
participation. Consequently, the ERNs are encouraged not to submit on behalf of their HCPs, even if that practice
is technically possible.

Indicator 4.1 (KPI 7) — Patients enrolled in CPMS

Official name:
Number of patients enrolled in the IT platform for cross-border clinical discussions (the CPMS platform) during the
reporting period.

Official definition:
The number of patients enrolled in the CPMS during the reporting period, regardless of the status of the case discussions.
Corresponds to KPI 7 as defined in the call for grants 2023-2027.

Expected answer:
An integer number, provided by the EC, broken down by type of enrolling institution (by members, by affiliated partners,
by guests).

Remarks and frequently asked questions:
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Indicator 4.2 (KPI 8) — Participation in the new CPMS development

Official name:
Active participation in the new CPMS development, testing and roll-out.

Official definition:
The participation of the ERN in the development, testing and roll-out of CPMS 2.0, measured by the participation of the
ERN in the meetings of the CPMS 2.0 Business Implementation Group during the reporting period.

Expected answer:
A percentage, provided by the EC. (100% = ERN participated in all meetings of the BIG during the reporting period)

Remarks and frequently asked questions:

Indicator 4.3 (KPI 9) — Pilot schema for reimbursements

Official name:
Implementation of a pilot schema for reimbursement and drafting of recommendations for improvement.

Official definition:
Does your ERN have a system in place to reimburse the contribution of HCPs to case discussions? Corresponds to KPI 9 as
defined in the call for grants 2023-2027.

Expected answer:
A choice between “Yes” or “No“, provided by the ERN.

Remarks and frequently asked questions:
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Contribution to research and innovation
To reinforce clinical research in the field of rare diseases and complex conditions by collecting data and carrying out
collaborative research activities.

Indicator 5.1.a — Clinical trials

Official name:
Number of Clinical Trials involving ERN members in at least two Member States.

Official definition:

The number of clinical trials that meet all the following criteria:
*  Trial is registered in euclinicaltrials.eu or clinicaltrials.gov
*  Trial was actively recruiting during at least a part of the reporting period
*  Trial involves ERN members from at least two different Member States
*  Active patient enrolment during the reporting period

Expected answer:
An integer number, provided by the ERN.

Indicator 5.1.b — Studies

Official name:
Number of Observational prospective studies, observational cohort or case-control studies and case-series studies
involving ERN members in at least two Member States.

Official definition:

The number of unique prospective controlled or uncontrolled observational cohort studies (including ERN registry studies)
that involve data collection by ERN members from at least two Member States, with active patient enrolment or follow-up
during at least a part of the reporting period.

Expected answer:
An integer number, provided by the ERN.

Remarks and frequently asked questions for 5.1a and 5.1b:

e Please provide as evidence on the ERN website the reference for each trial coming from clinicaltrials.gov or
euclinicaltrilsas.eu.

e The clarification of possibilities and limits regarding the cooperation with Industry is not a concluded process. This
impacts the involvement of healthcare providers as ERN members in Industry driven studies, because ERNs do
not have a clear view about how this kind of collaboration can be run. For this reason, do not count Industry
driven studies in the collection of data until one day the situation is clarified by the Board of Member States.

e In some cases, observational cohort studies are conducted, although not purely prospective in design but with a
retrospective or mixed cohort design (with both retrospective and prospective phases). They are used with
appropriate methodologies to anticipate on the limitations of the study designs.

e Case-control studies and case series are used for the identification of new genetic predispositions or (genetic) risk
factors, which is an important aspect of research in the field of (unexplained) hereditary or genetic diseases.

e Considering the evidence-based medicine pyramid, these study designs score lower however they do contribute
to the relevant evidence for certain aspects of the work of some ERNs and can be counted.

Indicator 5.2 — Accepted peer-reviewed publications

Official name:
Number of accepted peer-reviewed publications.
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Official definition:
The number of accepted peer-reviewed publications that meet all the following criteria:

*  Concerns diseases or disease groups within the scope of the ERN

e  Are peer-reviewed original publications (not reviews)

*  The manuscript was published or accepted for publication during the reporting period
* Thelournalis listed in PubMed

e The authorship includes ERN representatives from at least two EU member States

*  ERN explicitly acknowledged in the publication

Expected answer:
An integer number, provided by the ERN.

Remarks and frequently asked questions:

*  The acknowledged ERN support can be financial - e.g. “This work is supported by the ERN XXX, project YYY,
partially funded by the European Union under grant ZZZ ....” - or non-financial — e.g. . “This work is supported (not
financially) by the ERN XXX...”. The latter case could be, for example, ERNs that are involved in European projects
where ERN clinicians have been involved in publications, but no ERN funding has been used.

* The same publication can only be reported once. For example, if an eligible publication is accepted for publication
in December 2024 and published in February 2025 the ERN must choose under which reporting period it will be
reported: either 2024 or 2025 but not both.

Indicator 5.3 (KPI 10) — New patients uploaded to the ERN registry(ies)

Official name:
Number of new patients uploaded to the ERN registry(ies)

Official definition:
The number of new unique patients uploaded to the ERN managed registry or registries during the reporting period.
Corresponds to KPI 10 as defined in the call for the direct grants 2023-2027.

Expected answer:
An integer number, provided by the ERN.

Remarks and frequently asked questions:

Indicator 5.4 (KPI 11) — Percentage of patients uploaded to the registry(ies)

Official name:
Percentage of the ERN patients referred to the ERN during the reporting period that were uploaded to the registry(ies).

Official definition:
Percentage of the ERN patients referred to the ERN during the reporting period that are uploaded to the ERN managed
registry or registries. Corresponds to KPI 11 of the call for grants 2023-2027.

Expected answer:
A percentage, provided by the ERN.

Remarks and frequently asked questions:

Indicator 5.5 (KPI 12) — Mapping of the registries/data sources

Official name:
Mapping of the registries/data sources in all the clinical centres of the ERN

Official definition:
Does your ERN have the mapping of the registries/data sources in all the clinical centres? Corresponds to KPI 12 as defined
in the call for grants 2023-2027.
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Expected answer:
A choice between “Yes it’s done”, “Partially done” or “Not yet done”, provided by the ERN.

Remarks and frequently asked questions:

Indicator 5.6 (KPI 13) — Metadata provided to JRC

Official name:
Metadata of the registries/data sources provided to the Joint Research Centre

Official definition:
Did your ERN provide the metadata of the registries/data sources to the Joint Research Centre? Corresponds to KPI 13 as
defined in the call for grants 2023-2027.

Expected answer:
A choice, by the ERN, between “Yes it’s provided”, “Partially provided” or “Not yet provided”.

Remarks and frequently asked questions:

Indicator 5.7 (KPI 14) — Registry interoperability

Official name:
Participation in the interoperability of registries

Official definition:
Does your ERN participate in the implementation of interoperability of registries? Corresponds to KPI 14 as defined in the
call for grants 2023-2027.

Expected answer:
A choice, by the ERN, between “Yes”, “Partially” or “No”.

Remarks and frequently asked questions:

Indicator 5.8 (KPI 15) — Use of SPIDER

Official name:
Implementation of pseudonymisation, data linkage and data transfer services in line with the SPIDER Joint Research
Centre recommendations.

Official definition:
Does your ERN implement pseudonymisation, data linkage and data transfer services in line with the SPIDER Joint
Research Centre recommendations? Corresponds to KPI 15 as defined in the call for grants 2023-2027.

Expected answer:
A choice, by the ERN, between “Yes”, “Partially” or “No”.

Remarks and frequently asked questions:

Indicator 5.9 (KPI 16) — Use of Orphacodes

Official name:
Use of Orphacodes to code/classify patient cases

Official definition:

Acknowledgement that the clinical centre uses orphacodes to code/classify patient cases in the local medical record
system, regardless of using other types of coding (e.g. for reimbursements). Applicable to ERNs for which the use of
orphacodes is a relevant goal; otherwise, not applicable.
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Expected answer:
A choice, between “Yes”, “No” or “Not applicable” by the Centres, during stage 1 of the exercise, validated by the ERNs in
stage 2.

Remarks and frequently asked questions:
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Education and Training
To increase capacity of professionals to recognize and manage cases of rare or low prevalence complex diseases and
conditions within the scope of the ERN.

Indicator 6.1 (KPI 17) — Accredited educational/training activities

Official name:
Number of accredited education/training activities.

Official definition:
The total number of unique accredited education/training activities that meet all following criteria:

*  specifically addressing rare diseases and complex conditions covered by the ERN

* aimed at healthcare professionals and/or patients

* delivered during the reporting period

* created by the ERN coordination team, ERN Members, Affiliated Partners or ePAGs/POs
* delivered to an international audience

*  supported from budgeted ERN resources (staff time or event-related costs)

Activities can be either virtual or physical. Corresponds to KPI 17 of the call for grants 2023-2027.

Expected answer:
An integer number, provided by the ERN.

Remarks and frequently asked questions:
e The accreditation body shall have recognized capacity to issue educational credits.
e The credits should be aimed at healthcare professionals, member or non-members of the Networks.
e If an educational activity with the same content is delivered multiple times during the reporting period, this
should be counted only once, although the number of trainees should be aggregated.

Indicator 6.2 (KPI 18) — Trainees who completed accredited training

Official name:
Number of trainees who completed accredited training

Official definition:
The total number of of trainees who completed accredited training. Can be online or physical. CME and ECTS credits are
both eligible. Corresponds to KPI 18 as defined in the call for grants 2023-2027.

Expected answer:
An integer number, provided by the ERN.

Remarks and frequently asked questions:

Indicator 6.3 (KPI 19) — Countries of trainees who completed accredited training

Official name:
Number of countries of origin of trainees who completed accredited training.

Official definition:
Number of countries of origin of trainees who completed accredited training. Corresponds to KPI 19 as defined in the call
for grants 2023-2027.

Expected answer:
An integer number, provided by the ERN.

Remarks and frequently asked questions:
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Indicator 6.4 (KPI 20) — Non-accredited educational/training activities

Official name:
Number of non-accredited education/training activities.

Official definition:
The total number of unique non-accredited education/training activities that meet all following criteria:

* specifically addressing rare diseases and complex conditions covered by the ERN

* aimed at healthcare professionals and/or patients

* delivered during the reporting period

* created by the ERN coordination team, ERN Members, Affiliated Partners or ePAGs/POs
* delivered to an international audience

* supported from budgeted ERN resources (staff time or event-related costs)

Activities can be either virtual or physical. Corresponds to KPI 20 of the call for grants 2023-2027.

Expected answer:
An integer number, provided by the ERN.

Remarks and frequently asked questions:
e If an educational activity with the same content is delivered multiple times during the reporting period, this
should be counted only once, although the number of trainees should be aggregated.

Indicator 6.5 (KPI 21) — Trainees who completed non-accredited training

Official name:
Number of trainees who completed non-accredited training

Official definition:
The total number of trainees who completed non-accredited training. Can be online or physical. Corresponds to KPI 21 as
defined in the call for grants 2023-2027.

Expected answer:
An integer number, provided by the ERN.

Remarks and frequently asked questions:

Indicator 6.6 (KPI 22) — Countries of trainees who completed non-accredited training

Official name:
Number of countries of origin of trainees who completed non-accredited training.

Official definition:
Number of countries of origin of trainees who completed non-accredited training. Corresponds to KPI 22 as defined in the
call for grants 2023-2027.

Expected answer:
An integer number, provided by the ERN.

Remarks and frequently asked questions:
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Clinical guidelines
To ensure that all patients referred to ERNs have access to high quality healthcare services.

Indicator 7.1 (cfr. KPI 23 and 24) — Clinical Practice Guidelines and Decision-making Tools
appraised for adoption

Official name:
Number of Clinical Practice Guidelines (CPG) and other types of Clinical Decision-making Tools (CDMT), appraised for
adoption by the ERN for diseases within the scope of the ERN.

Official definition:
The number of Clinical Practice Guidelines (CPG) and other types of Clinical Decision-making Tools (CDMT), appraised for
adoption by the ERN that meet all the following criteria:

e Cover disease(s) within the scope of the ERN and applying to patients from all Member States
* Notinitiated by the ERN but appraised for adoption by the ERN

* Developed according to an evidence based recognized methodology

¢ Involving ERN HCPs from at least two different states within the ERN

The appraisal can be in progress or finalised during the reporting period. Is related to KPI 23 and 24 as defined in the call
for grants 2023- 2027.

Expected answer:
An integer number, provided by the ERN.

Remarks and frequently asked questions: The data collection tool automatically calculates KPI 23 and KP124 based on the
values reported in indicators 7.1 and 7.2.

Indicator 7.2 (cfr. KPI 23 and 24) — Clinical Practice Guidelines and Decision-making Tools
written and released

Official name:
Number of Clinical Practice Guidelines and other types of Clinical Decision-making Tools written and released by the ERN.

Official definition:
The number of Clinical Practice Guidelines (CPG) and other types of Clinical Decision-making Tools (CDMT), developed,
updated, and released by the ERN that meet all the following criteria:

e Cover disease(s) within the scope of the ERN and applying to patients from all Member States
* Notinitiated by the ERN but appraised for adoption by the ERN

* Developed according to an evidence based recognized methodology

* Involving ERN HCPs from at least two different states within the ERN

The appraisal can be in progress or finalised during the reporting period. Is related to KPI 23 and 24 as defined in the call
for grants 2023- 2027.

Expected answer:
An integer number, provided by the ERN.

Remarks and frequently asked questions:
The data collection tool automatically calculates KPI 23 and KPI 24 based on the values reported in indicators 7.1 and 7.2.
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Annex 1
Core set of Indicators (in use from 2017 to 2024)

Objective 1: To ensure that ERNs are operational and successfully carry out their activities

1.1 Number of Member States represented in the ERN
1.2 Number of members of the ERN
1.3 Number of affiliated partners of the ERN
14 Number of patient organisations represented in the ERN
Objective 2: To improve access to clinical advice, diagnosis, treatment, and follow-up of patients
2.1 Number of new patients referred to the Health Care Providers of the ERN, with the diagnosis of a disease or
condition that falls within the scope of the ERN
2.2 Number of patient cases discussed in the CPMS
Objective 3: To optimise patient outcomes by combining healthcare professionals' skills & resources used
3.1 Number of CPMS discussions started produced during the reporting period
3.2 Days between enrolment in the CPMS and multidisciplinary clinical advice

3.2.3) non-urgent cases

3.2.b) urgent cases
Objective 4: To increase the capacity of professionals to recognize and manage cases of rare and complex
conditions and diseases within the scope of the ERN

4.1 Number of education/training activities not accruing higher education credits aimed at healthcare professionals
delivered by the coordination teams or HCP members of the ERN
4.2 Number of formal educational activities that are accruing higher educational credits aimed at healthcare

professionals delivered by the coordination teams or HCP members of the ERN

Objective 5: To reinforce clinical research in the field of rare and complex conditions and diseases by collecting
data and carrying out research activities

5.1 5.1.a) Number of Clinical Trials involving ERN members in at least two Member States

5.1.b) Number of Observational prospective studies / Observational cohort or case-control studies / Case-series
studies involving ERN members in at least two Member States

5.2 Number of accepted peer-reviewed publications in accredited scientific journals falling within the scope of the ERN
and acknowledging the ERN.

Objective 6: To ensure that patients referred to ERNs have equal access to high and quality healthcare services

6.1 Number of Clinical Practice Guidelines and other types of Clinical Decision-making Tools, adopted for diseases
within the scope of the ERN
6.2. 6.2.a) Number of new Clinical Practice Guidelines written by the ERN and released during the reporting period

6.2.b) Number of other types of new Clinical Decision-making Tools (clinical consensus statements or consensus
recommendations), written by the ERN and released during the reporting period

Objective 7: To guarantee that knowledge, expertise and awareness is spread outside the ERN so that more
people can benefit from the ERN activities

7.1 Number of congresses/conferences/meetings at which the ERN activities and results were presented
7.2 Number of individual ERN website hits
Objective 8: Complex and long-term indicators which need further development
8.1 Level of patient satisfaction (still to be developed)
8.2 Integration in the national health systems of Member States (still to be developed)

This set of indicators was in use until the data collection of 2023 (reporting period Jan-Dec 2022). As of the data collection
of 2024 (reporting period Jan-Dec 2023) a new set of indicators is adopted, which includes the original core set with minor
adaptations and the new KPIs used for grant reporting. This became known as the extended set of indicators.
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Annex 2
ERN Grants KPIs

To facilitate reporting, reference to all 24 KPIs are included in the new data collection forms.

Release 9.1

KPI Designation
1 ERN Member Performance Indicator Score
2 | ERN website statistics
3 | Number of relevant documents downloaded from the ERN website
4 | Number of dissemination webinars
5 | Number of attendees to dissemination webinars
6 | Number of new patients referred to the HCPs of the ERN with the diagnosis of
a disease or condition that falls within the scope of the ERN
7 Number of patient cases discussed in the IT platform for cross-border clinical
discussions (new CPMS)
8 | Active participation in the new CPMS development, testing and roll-out
9 Implementation of the pilot scheme for reimbursement and drafting of
recommendations for improvement
10 | Number of new patients uploaded to the ERN registry
11
12 | Mapping of the registries/data sources in all the clinical units constituting each
ERN (i.e., provide a list of the existing patient data sources in the clinical units
of the ERN that are relevant for the ERN work on registries)
13 | Metadata of the registries/data sources provided to the Directory of Registries
and Central Metadata Repository of the Joint Research Centre
14 | Design, proposition and implementation of a practical technical model to
connect and make registries interoperable (using the European Rare Diseases
Registry Infrastructure, tools and services)
15 | Implementation of pseudonymisation, data linkage and data transfer services
in line with JRC recommendation (SPIDER)
16 | Mapping of the use of orphacodes in all clinical units
17 | Number of accredited Training Courses developed by the ERN
18 | Number of trainees who completed accredited Training
19 | Number of countries of origin of trainees who completed accredited
20 | Number of non-accredited training courses developed by the ERN
21 | Number of trainees who completed the training
22 | Number of countries of origin of trainees who completed the Training
23 | Number of Clinical Practice Guidelines developed, updated, or appraised
24 | Number of Clinical Decision Support Tools developed, updated, or appraised
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