
Developing tissue specific antisense oligonucleotide-delivery to refine
treatment for Duchenne muscular dystrophy
Jirka, S.

Citation
Jirka, S. (2017, July 4). Developing tissue specific antisense oligonucleotide-delivery to refine
treatment for Duchenne muscular dystrophy. Retrieved from
https://hdl.handle.net/1887/51132
 
Version: Not Applicable (or Unknown)

License: Licence agreement concerning inclusion of doctoral thesis in the
Institutional Repository of the University of Leiden

Downloaded from: https://hdl.handle.net/1887/51132
 
Note: To cite this publication please use the final published version (if applicable).

https://hdl.handle.net/1887/license:5
https://hdl.handle.net/1887/license:5
https://hdl.handle.net/1887/51132


 
Cover Page 

 
 

 
 
 

 
 
 

The handle http://hdl.handle.net/1887/51132  holds various files of this Leiden University 
dissertation 
 
Author: Jirka, Silvana 
Title: Developing tissue specific antisense oligonucleotide-delivery to refine treatment 
for Duchenne muscular dystrophy 
Issue Date: 2017-07-04 

https://openaccess.leidenuniv.nl/handle/1887/1
http://hdl.handle.net/1887/51132


Developing tissue specific antisense 
oligonucleotide-delivery to refine treatment 

for Duchenne muscular dystrophy

By Silvana Jirka



Developing tissue specific antisense 
oligonucleotide-delivery to refine treatment 

for Duchenne muscular dystrophy

Proefschrift

ter verkrijging van  
de graad van Doctor aan de Universiteit Leiden,  

op gezag van Rector Magnificus prof.mr. C.J.J.M. Stolker,  
volgens besluit van het College voor Promoties  

te verdedigen op 4 juli 2017  
klokke 15:00 uur

door 
Silvana Maria Gerarda Jirka 

geboren te Apeldoorn in 1984

Cover design: Vincent Smeenk

Illustrations: Vincent Smeenk

Layout: Remco Peereboom

Printed by: Off Page

ISBN: 978-94-6182-808-8

The studies described in this thesis have been performed at the Leiden 
University Medical Centre, department of Human Genetics. The work was 
financially supported by a grant from the Prinses Beatrix Spierfonds, the 
Netherlands (grant W-OR13-06).

copyright©2017 S.M.G Jirka. All rights reserved. No part of this thesis may 
be reproduced or transmitted in any form or by any means, without prior 
permission in writing of the author.



Promotoren:  Prof .Dr. G.J.B. van Ommen 
Prof. Dr. A. Aartsma-Rus

Co-Promotor Dr. P.H.A. ‘t Hoen

Leden promotiecommissie:  Prof. Dr. M. Goumans 
Prof. Dr. M. Gait1 
Prof. Dr. J. Kuiper2

1Medical research council, Laboratory of Molecular Biology, Cambrige UK

2Leiden University, Leiden academic centre for drug research, Leiden the 
Netherlands

TABLE OF CONTENTS

General introduction 7

Update on RNA-targeting therapies for 
neuromuscular disorders 
Curr Opin Neurol 2015, 28:515–521 51

Peptide conjugation of 2’-O-methyl phosphorothioate 
antisense oligonucleotides enhances cardiac uptake  
and exon skipping in mdx mice 
Nucleic Acid Ther. 2014 Feb;24(1):25-36 67

Phage display screening without repetitious selection 
rounds 
Anal Biochem. 2012 Feb 15;421(2):622-31 95

Cyclic peptides to improve delivery and exon skipping 
of antisense oligonucleotides for Duchenne muscular 
dystrophy 
Submitted 119

 Evaluation of 2’-deoxy-2’-fluoro antisense  
oligonucleotides for exon skipping in Duchenne  
muscular dystrophy  
Mol Ther Nucleic Acids. 2015 Dec 1;4:e265 151

General discussion 171

Summary 179

Samenvatting 183

Curriculum Vitae 189

List of Publications 191

Acknowledgements 194

Chapter 1

Chapter 2 
 

Chapter 3 
 
 

Chapter 4 
 

Chapter 5 
 
 

Chapter 6 
 
 

Chapter 7 
 
Chapter 8

Chapter 9


