
At Entrada Therapeutics, we believe we have discovered a potential solution.

Duchenne Muscular Dystrophy 
Development Program
At Entrada Therapeutics, we are establishing a new class of medicines with the potential to reach and engage 
previously inaccessible and undruggable disease-causing targets within cells to make a meaningful difference, 
including for individuals living with Duchenne muscular dystrophy.

Duchenne is a rare, genetic disease that causes progressive 
muscle degeneration and weakness throughout the body.

Oligonucleotides offer a therapeutic approach to treat 
genetic disorders such as Duchenne. However, they often 
cannot effectively reach the disease-causing targets inside 
cells and fail to widely distribute across muscle tissue. 

At Entrada, we aim to address these historical 
limitations with our EEV-Oligonucleotide for 
the potential treatment of Duchenne. 

Duchenne causes progressive loss of muscle function throughout the body.

Currently approved oligonucleotide-based therapies for Duchenne seek to improve dystrophin 
production, but to date, have not shown considerable increases in dystrophin production.2-5

Heart

Respiratory 
muscles

Skeletal 
muscle

DUCHENNE MUSCULAR DYSTROPHY

~30,000 people in the U.S.  
and Europe have Duchenne.1

Earlier stages of the disease: 

• Loss of strength of large, proximal skeletal 
muscles—those closest to the body’s core.

• Reduced strength of lower-body muscles, 
causing difficulty standing, climbing 
stairs and maintaining balance.

Later stages of the disease: 

• Dependent upon a wheelchair  
for mobility.

• Heart and respiratory muscles 
are affected, contributing to 
morbidity and mortality.

Duchenne is caused by mutations in the DMD gene, which leads to inadequate production  
of dystrophin, a protein essential to maintaining the structural integrity and function  
of muscle cells.

PROPRIETARY ENDOSOMAL ESCAPE VEHICLE (EEV™)-OLIGONUCLEOTIDE

Oligonucleotide,
a molecule designed to 
address the underlying 
genetic cause of Duchenne

An EEV from our library 
of proprietary peptides. 
The cyclic structure ensures 
rigidity and stability.

We are developing ENTR-601-44, an oligonucleotide conjugated to our proprietary EEV, for the potential 
treatment of the roughly 7.5% of individuals with Duchenne who are exon 44 skipping amenable.6

EEV = Endosomal Escape Vehicle



In preclinical studies, we have observed that our EEV-Oligonucleotide approach has promoted enhanced exon skipping and 
dystrophin production:

• Near complete correction  
in skeletal muscles

• Significant dystrophin production  
in the heart muscle 

• Wide distribution of dystrophin 
production throughout the muscle

WE’VE DESIGNED OUR EEV-OLIGONUCLEOTIDE TO ADDRESS  
THE UNDERLYING GENETIC CAUSE OF DUCHENNE.

With our proprietary EEV-Oligonucleotides, we aim to promote the skipping of specific exons to allow muscle cells to produce 
functional dystrophin. 
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HEALTHY INDIVIDUAL INDIVIDUAL WITH DUCHENNE EEV-OLIGONUCLEOTIDE APPROACH
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Normal dystrophin function 
All exons are present in pre-mRNA. This 
produces a complete mRNA, which leads  
to a fully functional dystrophin protein.

pre-mRNA 
Mutated or missing exon
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Reading frame disrupted, leading  
to incomplete sequence
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Lack of functional dystrophin 
Mutations or deletions of one or more 
exons in the pre-mRNA result in an 
incomplete mRNA sequence. The resulting 
dystrophin protein is not functional. 

pre-mRNA 
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Reading frame restored 
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Restoring functional dystrophin 
EEV-Oligonucleotides enable skipping of 
the mutated or missing exon(s). Dystrophin 
protein created from the resulting mRNA 
is slightly shortened but still functional. 
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At Entrada Therapeutics, we are driven to transform 
the lives of patients by establishing EEV-therapeutics 
as a new class of medicines and become the world’s 
foremost intracellular therapeutics company.

To learn more about how we are working to make 
intracellular therapeutics a reality for Duchenne  
and other conditions, visit entradatx.com.

EEV = Endosomal Escape Vehicle

http://entradatx.com

