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B enitec Biopharma has 
spent more than a 
decade working 
towards a 
transformational 

technology for medicine. Under 
the leadership of CEO Peter 
French, Benitec is now 
tantalisingly close to realising its 
ambitions to develop long-term 
treatments and cures. The CEO 
Magazine spoke with Peter about 
Benitec’s journey so far, and its 
exciting prospects for the future. 

Benitec’s gene-silencing 
technology, known as ddRNAi, is a 
powerful and unique method for 
permanently disabling the genes 
responsible for diseases. The idea 

is to give cells the ability to 
produce molecules of RNA, a 
nucleic acid implicated in the 
regulation of gene expression. 

The ddRNAi technology leverages 
RNA interference (RNAi), a 
biological process which can 
silence disease-causing genes by 
interfering with protein-producing 
molecules. The target gene might 
be a virus—as in the case of 
hepatitis—or a rogue gene from the 
original cell, as occurs with cancer. 

The medical potential of these 
innovations is staggering: 
theoretically, Benitec’s technology 
could be used to ‘turn off’ any 
gene for any human disease. 

According to Peter, gene silencing 
using RNA interference is poised 
to become a major treatment 
modality over the next five to 10 
years, and Benitec’s offering has an 
edge over competitors. 

“Unlike other drugs for these 
diseases, Benitec’s unique ddRNAi 
approach may be effective with just 
a single treatment. The therapeutic 
molecules can turn off the target 
genes permanently, for the lifetime 
of the target cells, which could 
effectively produce a single-shot 
cure.” The first diseases being 
treated in the clinic include 
hepatitis C—a viral disease that 
infects more than 150 million 
people worldwide—and HIV/AIDS.

The clinical trials demanded 
extensive preparation, including 
the submission of a 15,000-page 
report to the Food and Drug 
Administration (FDA), 
demonstrating that all safety and 
regulatory requirements had been 
addressed. Finally, in May 2014, 
the clinical trial for Benitec’s 
hepatitis C treatment was 
undertaken at Duke University’s 
Clinical Research Unit. 

The first patient was injected with 
a sub-therapeutic dose of  
ddRNAi. Six weeks on, after 
independent screening by the 
Data Safety Monitoring Board, 
extensive pathology tests showed 
no adverse effects from the 
treatment. What’s more, the results 
showed that the drug had reached 
the site of the infection and was 
producing the therapeutic 
gene-silencing molecules as 
researchers had hoped. 

According to Peter, the trial is 
expected to be completed by early 
2016. “A successful outcome in this 
is very important, first-in-man trial 
will show that the treatment is safe 
and also effective at clearing the 
virus from the liver. 

“Positive results will also validate 
the use of the ddRNAi technology 
for other diseases in Benitec’s 
pipeline, including hepatitis B, lung 
cancer, and age-related macular 

degeneration. These programs are 
still in the pre-clinical stage, but we 
are already implementing many of 
the lessons learned from the 
hepatitis C program.”

These exciting developments are 
the latest step on a 20-year 
journey, beginning with Dr Mick 
Graham in the mid 1990s. Mick 
was a research scientist at 
Australia’s national science 
agency, the Commonwealth 
Scientific and Industrial Research 
Organisation (CSIRO). At the 
time, he was experimenting with 
new ways of turning off the genes 
which cause diseases in plants, 
and believed a similar technique 
could be used to treat diseases in 
animals and humans. 

In pursuit of this vision, Mick 
departed from the CSIRO, 
eventually co-founding biotech 
company Benitec Limited. Benitec 
went through a number of ups 
and downs in the following years, 
and when Peter came on board as 
CEO he had to negotiate some 
serious challenges. 

“By June 2010, when I was 
appointed CEO, the company had 
only around US$600,000 in the 
bank, a total staff of two: myself, 
and a half-time chief financial 
officer. Benitec had no programs, 
no office, and its major US 
patent—the Graham patent—was 
under rejection at the US Patent 
and Trademark Office.”

Yet Benitec also had substantial 
assets to build on. As well as a new 
and enthusiastic board, the 
company found a very supportive 
major shareholder in Dr 
Christopher Bremner, who had 
saved the company from insolvency 
a year earlier. 

“In 2010, the board and I decided 
that the best way to demonstrate 
the power and the potential of 
ddRNAi was to develop a pipeline 
of therapeutic programs,” Peter 
says. “With no office or laboratory, 
and very limited cash resources, we 
set about building research 
collaborations with established 

academic and biotechnology 
organisations worldwide.”

Benitec sought out partners with 
experience with gene silencing who 
were leaders in their particular 
scientific fields, and shared Benitec’s 
vision of the potential of ddRNAi as 
a basis for transformational 
treatments and cures. Soon, Benitec 
was working with a range of biotech 
companies and universities on 
programs for hepatitis B, lung 
cancer, pain, and oculopharyngeal 
muscular dystrophy. 

“To assist me with running these 
programs, I brought back Dr Mick 
Graham, who had been consulting 
to Benitec on a part-time basis. He 
returned to the company to manage 
our global network, and to develop 
the DNA constructs that would be 
integral to each program.”

In 2012, Benitec Biopharma 
acquired Tacere Therapeutics, a 
US-based biotechnology company 
that had been a licensee of 
Benitec’s and was using ddRNAi in 
its hepatitis C and age-related 
macular degeneration programs. 
With Tacere came Dr David Suhy, 
who became Benitec’s senior 
vice-president of research and 
development. Peter says that David 
has been integral in taking the 
hepatitis C program to the clinic.

“If and when Benitec 
demonstrates the safety and 
efficacy of the technology in 
patients through clinical trials, it 
will be inevitable that ddRNAi 
will have a significant place in the 
future medical armamentarium.

“Our technology has the  
potential to equip doctors with  
the therapeutics they need to 
overcome a range of serious and 
life-threatening diseases that are 
currently untreatable, or  
have limited or unsatisfactory 
treatment options. This is the 
vision that drives Benitec’s board, 
management, and shareholders  
to face the challenges of  
bringing a radical and 
transformational technology to the 
medical marketplace.”  
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Developments in genetic research have the potential to revolutionise our fight against diseases. 
Now, Benitec Biopharma is on the cusp of creating a treatment for incurable diseases, using 

innovative gene-silencing technology.
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