
Coordinateur du projet Pays participants

ASCENT-PSC Atlas for Single-

Cell Exploration of Novel 

Therapeutics in PSC

Targeting PSC using Human Pre-clinical Models and Spatial 

Transcriptomics

Sonya MacParland CA , DE, FR, NL, NO, TR

CDKure-DBA Pre-clinical development of CDK8/19 Inhibitors to Restore 

Erythropoiesis in Diamond-Blackfan Anemia.

Johan Flygare CZ, DE, FR, IT, SE , TR

GRIN-TREAT Exploring Mechanisms and Therapies for GRIN Neurodevelopmental 

Disorders

Amy Ramsey CA , CZ, FR, IL, IT

HypoGluTx Repurposing glutamatergic synapse therapies across rare 

neurodevelopmental disorders

Xavier Altafaj ES , FR, NL, PL, PT

IMMUNE-AI Development and validation of an AI-Integrated multiomics algorithm 

for preclinical therapy optimisation in patients with Primary Immune 

Regulatory Disorders (PIRDs)

Joris van Montfrans BE, CH, DE, FR, NL , TR

MT2-ASD Melatonin MT2-Selective Agonists as a Novel Treatment for Fragile X 

Syndrome (FXS) and Phelan-McDermid Syndrome (PMS)

Gabriella Gobbi CA , FR, IT, SE

RADICAL-CDG Repurposing medication, Advancing delivery, and Deploying Innovative 

Chemistry to Aid the Lives of patients with Congenital Disorders of 

Glycosylation

Gert Matthijs BE , CZ, DE, ES, IT, NL

TREAT-DFNA9 Towards clinical translation of RNA therapeutics for late-onset 

sensorineural hearing impairment DFNA9

Erik de Vrieze BE, DE, FR, NL , PL

TREATMAMOPATHY Preclinical validation of a novel drug for treating Wolfram syndrome and 

Type 2A Charcot-Marie-Tooth disease.

Benjamin Delprat BE, DE, EE, FR , IT

TREATYNG TREating Arrhythmogenic cardiomyopathy by TargetIng neuropeptide-Y 

signaliNG

Tania Zaglia ES, DE, FR, IT , NL

VALUEKCNQ VALidating the efficacy of a repUrposEd KCNQ opener in models of 

developmental and epileptic encephalopathies

Ole Pless BE, DE , FR, IT

Paris, le 5 décembre 2025

La Présidente-Directrice Générale 

Claire GIRY
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