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EMA PoC clinical study data pilot

« The PoC pilot has been launched in September 2022, i.e. the date when clinical study
data may be submitted for the first regulatory procedure included in the PoC pilot. The
PoC pilot has initially been designed with an inclusion target of approximately ten
procedures and an estimated duration of two to three years. Building on the insights
the pilot has generated so far and captured in the pilot’s interim report (link), the pilot
is now extended until further notice. This will allow for inclusion of additional
procedures, beyond the initially targeted number of ten applications. The extension
aims to generate further learnings on the use of clinical study data in support of
regulatory assessment, with a focus on addressing remaining knowledge gaps and
further validation of the already identified benefits of clinical study data into regulatory
decision-making.



Cllnlcal study data pilot phases and timelines
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Information about the clinical study data proof-of-
concept pilot for industry

» Data standards: Data from clinical trials should comply with Clinical Data
Interchange Standards Consortium (CDISC) Analysis Data Model (ADaM) and
Study Data Tabulation Model (SDTM) study data standards. Furthermore, the
Define-XML and optionally also the Analysis Results Metadata (ARM for Define-
XML) should be submitted. Where a similar submission is planned/submitted to the
FDA or PMDA, the same data standards may be followed. There are no specific
requirements for non-interventional study data.

o0
Cd ISC Information about the clinical study data proof-of-concept pilot for industry - 0CT2024


https://www.ema.europa.eu/en/documents/other/information-about-clinical-study-data-proof-concept-pilot-industry_en.pdf

Main deliverables and achievements of 2025

Contribution of individual patient data to evidence generation

New pilot procedures onboarded in 2025

Follow-up surveys on pilot learnings run throughout 2025

Network Community on Raw Data membership expanded to include contact points
from more NCAs

Network Advisory Group on Raw Data membership expanded to include CAT, PDCO
and NDSG members

Change management intensified (several presentations to EMA/EMRN and public fora,
Industry Group focusing on Clinical Study Data and Network Advisory Group on Raw
Data meetings held) over the course of 2025

Collection of business requirements to support IT development ahead of
implementation has been endorsed by EMRN Portofolio Board in July 2025 and is
currently underway


https://www.ema.europa.eu/en/documents/work-programme/chmp-work-plan-2026_en.pdf

Danish Medicines Agency

* During 2023 and 2024 the Danish Medicines Agency conducted a pilot study in which
we explored how bioequivalence data in CDISC format could be used to assess the
bioequivalence studies included in abridged applications.

 From September 1, 2025 the Danish Medicines Agency will request submission of
bioequivalence data in CDISC format

* The submitted CDISC-data must meet the following:
v" File format: SAS Transport Format (XPORT) Version 5, Adobe Portable Document
Format (pdf), Extensible Markup Language (xml)
v' Data standards: CDISC SDTM 1.2 or higher is requested. ADaM + programming
statements for creation of ADaM data sets and analysis output (optional)
including SDTMIG & define.xml

https://laegemiddelstyrelsen.dk/en/licensing/licensing-of-medicines/marketing-authorisation/application-for-marketing-authorisation/
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FDA Study Data Standards Resources

1. FDA Data Standards Catalog
2. FDA Guidances
3. Technical Guides

4. FDA Business and Validator Rules

https://www.fda.gov/industry/fda-data-standards-advisory-board/study-data-standards-resources



https://www.fda.gov/industry/fda-data-standards-advisory-board/study-data-standards-resources

Providing Requlatory Submissions in Electronic Format -
Standardized Study Data

« Sponsors or applicants are encouraged to use the latest version
listed in the Catalog.

« However, when there are multiple versions of a standard listed,
sponsors or applicants can select the version to use for their study.

- ERSHSSAMNER, BASEILES; EERSE



https://www.fda.gov/media/82716/download

FDA Data Standards Catalog
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https://www.fda.gov/industry/fda-data-standards-advisory-board/study-data-standards-resources#6296883ac65d1

Technical Guide

* This Study Data Technical Conformance Guide (Guide) provides specifications,
recommendations, and general considerations on how to submit standardized
study data using FDA-supported data standards located in the FDA Data
Standards Catalog (Catalog).

STUDY DATA
TECHNICAL CONFORMANCE GUIDE

Technical Specifications Document

This Document 1s incorporated by reference mto the following
Guidance Document(s):

Guidance for Industry Providing Regulatory Submissions in Elecironic
Format — Standardized Study Data

For questions regarding this technical specifications document, contact CDER at
cder-edata(@fda hhs. gov or CBER at cher-edata@fda hhs gov

U.5. Department of Health and Human Services
Food and Drug Administration

Center for Drug Exaluation and Research (CDER) https://www.fda.gov/media/153632/download

Center for Biologics Evaluation and Research (CBER)
L n



https://www.fda.gov/industry/fda-data-standards-advisory-board/study-data-standards-resources#6296dacf73864

Demographics for Multiple Participations (DC)

FDA Tech conformance guide:

« For subjects with multiple enrollments within a single study, the primary enrollment
should be submitted in DM. Additional enrollments should be included in a custom
domain with a similar structure to DM. Clarifying statements in the RG would be helpful.

« For subjects with multiple screenings and no subsequent enrollment, include the primary

%cl\pleening in DM with additional screenings in a custom domain with a structure similar to

« For subjects with multiple screenings and subsequent enrollment, include the enrollment
in DM with screenings in a custom domain with a structure similar to DM.

CDISC: SDTM IG V4.0 (not yet released)
« The DC domain is created only if a study includes subjects with multiple participations.

* The DC domain includes every participation, rather than only those considered non-primary, which
means the sponsor does not have to decide which participation is “primary”.

« Participations are distinguished by values in the SUBJID variable.



LB and LC Domain (Laboratory and Conventional Laboratory)

e The LB domain should contain SI units in LBSTRESU for the SI results in the
LBSTRESC and LBSTRESN fields.

* An additional custom domain called LC structured i1dentically to LB should

contain conventional units in —-STRESU for the results in conventional units in
the —STRESC and —STRESN variables.

e If there 1s no conversion factor then the same value would appear in both LB
and LC.
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2. Validation rules




Types of Study Data Validation Rules — FDA example

* Standards Development Organizations (e.g., CDISC) provide rules that assess
conformance to 1ts published standards (See www.CDISC.org).

* FDA eCTD Technical Rejection Criteria for Study Data that assess

conformance to the standards listed in the Catalog (See section 7.1, section
8.2.2, and Appendix F).

* FDA Business and Validator rules to assess that the data support regulatory
review and analysis.
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CDISC & #H -S4 ]

e SDTM and SDTMIG Conformance Rules v2.0
e ADaM Conformance Rules v5.0
e Conformance Rules for Define-XML v2.1

cdisc


https://www.cdisc.org/standards/foundational/sdtmig/sdtm-and-sdtmig-conformance-rules-v2-0
https://www.cdisc.org/standards/foundational/adam/adam-conformance-rules-v5-0
https://www.cdisc.org/standards/foundational/define-xml/conformance-rules-define-xml-v2-1
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3. Al implementation thoughts
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Human in the loop, human takes responsibility
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