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Budapest, April 06th 2019 

COST Action CA17103 Delivery of RNA Therapeutics  
STSM Report 

From: Department of Ophthalmology, Semmelweis University, Budapest, Hungary  
To: Neuroscience Paris-Saclay Institute (Neuro-PSI), UMR 9197, Université Paris Sud, 
CNRS, Université Paris Saclay, Orsay, France 
Mission: March 28th to April 5th 2019 

Dear STSM coordinators, 

Through this report, I describe the activities performed during my Short Term Scientific 
Mission (STSM) in the Laboratory of Dr. Cyrille Vaillend at the Université Paris Saclay, 
Orsay (France) from March 28th to April 5th 2019. 

Data analysis and comparisons 
During the visit we evaluated electroretinographic (ERG) data previously collected by our 
groups in mouse models of Duchenne muscular dystrophy (DMD). Molecular and 
biochemical results were then compared to the ERG responses. 

Preparation of a scientific manuscript 
The results analyzed were then organized and discussed. The draft of a scientific manuscript 
showing ERG deficits in the mdx52 mouse model that holds a deletion of exon 52 in a region 
of the DMD gene known as a hotspot mutation in DMD patients has been prepared and it will 
be submitted for publication as soon as all co-authors provide their revisions and acceptances. 

Planning the next experiments 
The next experiments will explore the previously established ERG phenotype of mdx52 
mouse model for therapeutic treatment. In the context of a larger collaboration with Dr 
Goyenvalle from the University of Versailles (also part of the COST Action 17103), we 
planned experiments to be performed in July aiming to rescue dystrophins in the retina of the 
mdx52 mouse using exon skipping tools.  

Initial preparation of a grant application 
Together with Dr Goyenvalle, we describe the protocols and the tasks packages for a research 
application. The goal is to combine the specific methodological approaches to investigate the 
neurophysiological changes caused by dystrophin dysfunction with new pharmacological 
tools for RNA delivery to the central nervous system. Accordingly, ERG methods will be 
used as a functional biomarker to evaluate the efficacy of a treatment, known to rescue 
muscular function, which needs to bypass vascular barriers to target the central nervous 
system. 
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Thanks to this STSM, it was possible to establish the ERG phenotype of the mdx52 mouse 
model of DMD in order to start, in the near future, testing therapeutic interventions for the 
genetic correction of dystrophins expression. For these reasons, this STSM was perfectly 
within the scope of the COST action on the delivery of RNA therapeutics. I am very 
thankful for this great opportunity which strengthened an emerging collaboration and set the 
ground work for future fruitful joint efforts between our labs.  

Sincerely yours, 

Mirella Barboni, PhD 
Associate Scientist 
Department of Ophthalmology 
Semmelweis University 
Budapest, Hungary 

mtsbarboni@gmail.com 
+36 70 413-4954


