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This presentation contains forward looking statements that involve risks and uncertainties. Although 
we believe that the expectations reflected in the forward looking statements are reasonable at this time, 
Benitec can give no assurance that these expectations will prove to be correct. Actual results 
could differ materially from those anticipated. Reasons may include risks associated with drug 
development and manufacture, risks inherent in the regulatory processes, delays in clinical trials, risks 
associated with patent protection, future capital needs or other general risks or factors. 
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Welcome 
 

 

Dr Peter French, CEO  

Benitec Biopharma Ltd 
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Agenda 

Å Overview 

Å Cancer-associated pain update 

Å Hepatitis B update 

Å OPMD program commencement 

Å Lung cancer update  

Å HIV/AIDS trial update 

Å IP Summary 

Å Questions 
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Benitec Background 

ÁDNA-directed RNA interference (ddRNAi) is a novel technology platform 

capable of achieving long-term targeted gene silencing. 

ÁBenitec is developing a range of products that utilize the ddRNAi technology to 

treat and cure life threatening severe conditions in infectious disease, 

cancer, and CNS. 

ÁOver the  last six months, functional gene silencing constructs for all of 

these programs have been created and characterised. Preclinical in vivo 

studies proving the safety and efficacy of the products are in progress. 

ÁBenitecôs technology platform is applicable to a large number of other 

therapeutic areas  In which up-regulation of a gene is associated with a 

disease or disorder, including genetic diseases. Benitec has commenced a 

muscular dystrophy program. 
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Benitecôs Novel  

RNA Interference Technology 

ddRNAi Mechanism of Action Benitec technology 

ddRNAi DNA 
construct 

Sources:  Zou W et al., Intrathecal Lentiviral-Mediated RNA Interference Targeting PKC ɹAttenuates Chronic Constriction InjuryςInduced Neuropathic Pain in Rats.  Human Gene 
Therapy.  22:465ς475 (April 2011) 

Benitecôs ddRNAi technology platform utilizes a vector to express shRNA molecules which silence a targeted 

gene of interest. 

ÁThe ddRNAi-based product contains a novel 

gene construct that codes for and expresses a 

short hairpin RNA (shRNA) molecule intended 

to silence the selected gene of interest. 

ÁThe expressed shRNA integrates into the hostôs 

native RNAi process where it is separated into 

single strands and binds to the target mRNA. 

ςThis results in cleavage of the target RNA 

and silencing of the gene of interest. 

ddRNAi Mechanism of Action 
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Indication Discovery Pre- clinical 
Human 
Clinical 

Collaborator/ 
Licensee 

Collaboration Status 

Cancer-
associated 
pain 

University of 
Queensland 
(Australia) 

Benitec has contracted with TetraQ to generate data to be able to 
conduct a clinical trial on terminally ill cancer patients suffering 
from pain. 

Drug 
resistant 
lung cancer 

University of New 
South Wales 
(Australia) 

Researchers are collaborating with Benitec to develop a ddRNAi-
based therapy to overcome chemotherapy resistance in non-small 
cell lung cancer. 

Hepatitis B Biomics (China) 
Benitec is working with Biomics to develop ddRNAi candidates for 
hepatitis B silencing for preclinical testing and a China-based clinical 
trial. 

Oculo-
pharyngeal 
muscular 
dystrophy 

Royal Holloway, 
University of 

London 

Benitec is working with researchers at RHUL and at the Institut de 
Myologie in Paris to treat and cure OPMD sufferers using ddRNAi-
modified muscle stem cells 

Licensed program 

Benitec has a pipeline of ddRNAi-based therapeutics targeted for indications where their technology provides 

a significant competitive advantage. 

Benitec funded programs Partnered program 

ddRNAi Product 

Development Timeline 


