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ASX Announcement 
26 September 2023 

 

New Preclinical Data for ATL1102 in Limb Girdle Muscular Dystrophy R2 
Shows Promising Evidence of Activity 

 
 
Antisense Therapeutics Limited [ASX:ANP | US OTC:ATHJY | FSE:AWY], a biotechnology company focused 
on the development of novel therapies for rare diseases, is pleased to share new data from a research 
collaboration investigating ATL1102 in the treatment of limb girdle muscular dystrophy R2. 
 
Key Points 
 

• Limb girdle muscular dystrophy R2 (LGMDR2), also known as dysferlinopathy, is a rare genetic 
condition leading to a reduction or absence of the protein dysferlin in muscle fibres. Patients with 
LGMDR2 experience progressive muscle wasting, as well as inflammation, fibrosis, and fat 
accumulation in muscle. 

• Antisense’s investigational drug, ATL1102, has been shown to reduce inflammation and fat in 
Duchenne muscular dystrophy by targeting CD49d, a protein involved in the activity of the immune 
system1. 

• Since February 2023, the company has been engaged in a research collaboration with the Murdoch 
Children’s Research Institute (MCRI), based in Melbourne, Australia, to investigate potential 
applications of ATL1102 in LGMDR2. 

• In a mouse model of LGMDR2, treatment with ATL1102 partially normalised the function and 
physiology of the calf muscles to those of healthy animals. 

• These data add to previous data suggesting potential applications for ATL1102 in this disease, and 
the company will discuss options for how best to move forward with its partners and collaborators. 

 
“This promising work adds to the growing body of data supporting a role for ATL1102 in muscular 
dystrophies,” commented Antisense CEO, Dr James Garner. “The drug appears broadly active as an anti-
inflammatory agent across a growing field of disease areas2,3, and each new data point helps to validate 
our belief in its potential. We look forward to continuing this work with our collaborators as we seek to 
make ATL1102 available to the widest range possible of patients who may benefit.” 
 
The lead scientist on the project is Dr Peter Houweling, a Team Leader in the Muscle Research group at 
the Murdoch Children’s Research Institute. Dr Houweling is an extensively published scientist with a 
specialist interest in myopathies and muscle physiology.  
 
LGMDR2 is a rare genetic condition resulting in a reduction or absence of the protein dysferlin in muscle 
fibres. Unlike Duchenne muscular dystrophy, patients with LGMDR2 typically present later in life, most 
commonly between the ages of 10 and 30, and the disease affects males and females in approximately 

 
1 V Limmroth et al. (2014) Neurology 83(20):1780-1788 
2 IR Woodcock et al. (2022) medRxiv 2022.01.16.22269029 
3 Y Duchartre et al. (2015) Blood 126(23):3807 

https://n.neurology.org/content/83/20/1780.short
https://www.medrxiv.org/content/10.1101/2022.01.16.22269029v1.full-text
https://ashpublications.org/blood/article/126/23/3807/92958/A-Novel-CD49d-Targeting-Antisense-ATL1102
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equal proportion. There are no FDA-approved therapies for LGMDR2. The disease may not be life 
shortening, but it is profoundly debilitating. 
 
In June 2022, Antisense reported the results of a pilot study in a preclinical model representing the early 
stages of this disease4. The present study builds on those promising results by investigating a longer 
duration of treatment (sixteen weeks versus six weeks in the earlier study, both administered once weekly) 
in older animals (nine months of age versus five months in the earlier study) with more advanced disease. 
The present study includes 30 animals with a model of the disease, compared to 12 healthy (‘wildtype’) 
mice. Because CD49d, the target of the drug, is structurally different in a mouse compared to that of a 
human, a murine (mouse) equivalent to ATL1102 is used for the experiments. 
 
This mouse model investigated the calf muscles of the animal, including the soleus and gastrocnemius, 
as well as the quadriceps muscle of the thigh. In the disease model, the soleus muscle is enlarged, and 
the gastrocnemius muscle is smaller, in comparison to healthy mice. Treatment with the tested dose 
regimen appeared to cause a trend towards partial normalisation in the size of the gastrocnemius muscle. 
In addition, the function of the soleus muscle, as measured through fatigability and recovery, also 
demonstrated a return towards the normal values seen in healthy animals. 
 
In addition, the researchers examined twitch kinetics, which measures how the muscles ordinarily contract 
and relax. In the disease model, calf muscle twitch kinetics are increased in comparison to healthy mice. 
Treatment with the murine version of ATL1102 appeared to partially restore this aspect of muscle 
behaviour to normal levels in one of the two muscle groups studied. Effects of the murine version of 
ATL1102 on the levels of fat in the quadriceps muscle (adiposity), and on the biochemical parameters of 
the muscle tissue, remain under investigation.  
 
Next Steps 
 
Dr Houweling and team anticipate further analyses in due course, which the company plans to submit for 
presentation at a future scientific conference or for publication in a peer-reviewed scientific journal.  
 
ATL1102 is currently the subject of an ongoing international phase IIb clinical trial in Duchenne muscular 
dystrophy, with data anticipated in 2H CY2024. 
 

~ ENDS ~ 
 
 
 
 
 
This announcement has been authorised for release by the Board. 
 
About Antisense Therapeutics Limited [ASX: ANP | US OTC: ATHJY | FSE: AWY] is a publicly listed biotechnology company 
developing and commercializing antisense pharmaceuticals for rare diseases with significant unmet medical need. The company’s 
lead program is ATL1102, an antisense inhibitor of the CD49d receptor, which is currently the subject of an ongoing international 
Phase IIb trial for non-ambulant subjects with Duchenne Muscular Dystrophy. The drug previously reported highly promising 
results from an exploratory Phase II trial in non-ambulant subjects with DMD.  
 
For more information, please contact info@antisense.com.au 

 
4 www.antisense.com.au/wp-content/uploads/2022/10/ASX-22_20-June_New-Muscle-Disease-Indication-for-ATL1102-

%E2%80%93-Limb-Girdle-Muscular-Dystrophy-R2.pdf  
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