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Disclaimer

The views expressed in this presentation are the personal views of the 
author and may not be understood or quoted as being made on behalf of, 

or reflecting the position of, the EMA and its committees and working 
parties with which the author is affiliated. The Union is not liable for any 

use that may be made with the information contained therein.

Reproduction is permitted provided the source is acknowledged.

My financial disclosure statement is in the public domain. 

Nothing relevant to the current presentation



EPTRI Scientific Meeting | 28–29 July 2026 | Warsaw, Poland

SPIRIT = Standard Protocol Items: Recommendations for
Interventional Trials

Purpose: Ensure that planned clinical trials are scientifically robust, ethical,
and fully transparent.

•Prevents bias at the design stage Forces upfront declaration of objectives,
outcomes, randomization, blinding, and analysis plans.
•Enables reproducibility Provides enough methodological detail for others to
replicate or audit the trial.
•Supports ethical review & regulatory assessment Clear intervention
description, safety monitoring, and feasibility evaluation.
•Reduces selective reporting Locks in outcomes and analyses before the trial
begins.
•Improves trial credibility Funders, regulators, and ethics committees rely on
SPIRIT to judge scientific merit.

Core Insight: SPIRIT is an anti-distortion framework — it limits analytic
flexibility and protects participants by ensuring the trial is worth running.
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CONSORT = Consolidated Standards of Reporting Trials

Purpose: Ensure that completed trials are reported transparently,
completely, and in a way that allows critical appraisal.

•Prevents biased or incomplete reporting Requires disclosure of deviations,
attrition, harms, and all prespecified outcomes.
•Enables interpretation and comparison Standardized structure (flow
diagram, baseline table, effect estimates, precision).
•Supports systematic reviews & meta-analyses Clear reporting of methods
and results reduces heterogeneity and misclassification.
•Strengthens clinical decision-making Transparent reporting prevents
misleading conclusions that could harm patients.
•Improves accountability Journals and regulators use CONSORT to ensure
trials meet scientific standards.

Core Insight: CONSORT is the public transparency layer — it prevents
distortion of evidence after the trial is completed.
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“There is a 
quantitative and 

qualitative paucity 
of well-developed 

reporting standards 
for child health 

research.”

Li Q, et al. 
J Clin Epidemiol. 2023
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Why SPIRIT-C adds value
Child-specific ethical safeguards Clear justification of risk–
benefit in minors; explicit assent/consent pathways; 
age-appropriate burden minimization.
Developmental considerations Requires detailing how growth, 
maturation, and developmental pharmacology influence
dosing, endpoints, and monitoring.
Pediatric feasibility & acceptability Mandates upfront planning 
for school schedules, caregiver involvement, hospitalizations, 
and long-term follow-up logistics.
Enhanced safety planning More granular adverse event 
monitoring, including developmental toxicities, neurocognitive
outcomes, and growth trajectories.
Appropriate endpoint selection Forces justification of 
surrogate endpoints, composite outcomes, and functional
measures relevant to children.
Equity & vulnerability safeguards Addresses inclusion of 
rare-disease populations, small-N cohorts, and children with
limited decision autonomy.
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Why CONSORT-C adds value
Transparent reporting of age-stratified outcomes Requires
disaggregation by age, developmental stage, weight bands, and
pubertal status — critical for ATMPs.
Detailed harms reporting for children Mandates explicit 
reporting of growth effects, neurodevelopmental outcomes, 
school functioning, caregiver burden, and long-term sequelae.
Clear description of pediatric recruitment & retention
Addresses challenges such as parental consent, assent
withdrawal, and attrition due to burden or disease progression.
Intervention fidelity in pediatric settings Requires reporting of 
adherence, caregiver-administered components, and
modifications needed for younger participants.
Contextualization of results for clinical practice Encourages
reporting on feasibility in real-world pediatric care pathways, 
including multidisciplinary support.
Improved interpretability for regulators & HTA bodies Provides
structured information needed for pediatric benefit–risk 
assessment, extrapolation, and modelling.
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Weighted insight
CONSORT-C prevents misinterpretation of pediatric trial results by
forcing disclosure of developmental, safety, and feasibility factors that
generic CONSORT does not capture.

Weighted insight
SPIRIT-C reduces protocol ambiguity in pediatric ATMP trials, where
small sample sizes, long-term risks, and developmental variability make
generic SPIRIT insufficient.
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Reporting of paediatric randomised controlled trials aimed at improving 
health outcomes in children and adolescents aged 0-19 years

- SPIRIT-Children and Adolescents (SPIRIT-C) 2026
- 17 new reporting items for paediatric trial protocols (4 youth generated 

items and 6 youth endorsed items)

- CONSORT-Children and Adolescents (CONSORT-C) 2026
- 13 new reporting items for paediatric trial reports (1 youth generated 

item and 6 youth endorsed items)
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SPIRIT 2025 SPIRIT-C 2026 extension:

#9a: Scientific 
background and 
rationale, including 
summary of relevant 
studies (published and 
unpublished) examining 
benefits and harms for 
each intervention

9a.1*† Describe the 
prevalence/incidence of the disease 
or condition in children/adolescents

9a.2† Describe the potential for 
extrapolation from other paediatric 
populations or adult data, or why 
extrapolation is not considered 
appropriate

9a.3* Include a description of the 
research question or aim with a 
justification for undertaking the trial 
in  children/adolescents

SPIRIT-C 
#9a.1-2-3 
Background 
and rationale
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SPIRIT 2025 SPIRIT-C 2026 extension:

#15a Intervention and 
comparator with sufficient 
details to allow replication 
including how, when, and 
by whom they will be 
administered. If relevant, 
where additional materials 
describing the 
intervention and 
comparator (e.g., 
intervention manual) can 
be accessed

15a.1*† Describe whether there is an 
intervention dose and/or formulation 
appropriate for the trial population, and 
if there are any adjustments made based 
on age, weight, or body surface area

15a.2† Give rationale for adapting 
interventions used in other paediatric 
populations or adults for the present trial

15a.3*† Describe whether the trial 
interventions will be delivered with help 
from a support person

SPIRIT-C 
15a.1-2-3: 
Intervention 
and 
comparator
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SPIRIT 2025 SPIRIT-C 2026 extension:

#17 How harms 
are defined and 
will be assessed 
(e.g., 
systematically, 
non-
systematically)

17.1*† Describe whether 
trial interventions and/or 
procedures will induce fear, 
pain, distress, or are 
invasive, and what 
measures are taken to 
mitigate this
17.2 Describe all efforts to 
reduce the 
child/adolescent’s risk 
associated with trial 
participation

SPIRIT-C 
#17.1-2: 
Harms
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CONSORT-C 12a.1: Methods – Eligibility criteria

CONSORT 2025: CONSORT-C 2026 extension:

#12a: Eligibility criteria for 
participants

#12a.1: Provide a justification for 
including multiple age groups of 
children/adolescents at different 
developmental stages, and address 
potential age or development-
related differences in treatment 
effects
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CONSORT 2025: CONSORT-C 2026 extension:

#13: Intervention and 
comparator with sufficient 
details to allow replication. If 
relevant, where additional 
materials describing the 
intervention and comparator 
(eg, intervention manual) can be 
accessed

#13.1: Describe whether there is 
an intervention dose and/or 
formulation appropriate for the 
trial population, and if there were 
any adjustments made based on 
age, weight, or body surface area

CONSORT-C 13.1: 
Methods - Intervention and comparator
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Eptri’s contribution

Key advantages from a methodological point of view:
1.Improved transparency

• accelerating translation of effective interventions into clinical 
practice

2.Improved reproducibility
• better study replication

3.Improved usability
• facilitates applicability of trial results for decision-making and 

pediatric policy
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barriers, shortages, training needs, improvements (SPIRIT) 
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burdens, training, implementation (CONSORT)  
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