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Strides have been 
made in improving 
cancer outcomes with 
the cancer death rate 
down 25% since its 

peak in 1991, making nearly 
one in 20 Americans a cancer 
survivor. 
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Some of the most 
well-known drug 
repurposing cases 
happened by 
accident, but today, 

the industry is increasingly 
taking a more strategic 
approach. 
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Rare disease R&D 
is growing faster 
than any other area, 
bringing hope to 
many of the millions 

of patients suffering with one of 
around 7,000 diseases.
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Letter from the Editor

What’s old is new again 
This month’s cover story addresses an interesting take on science, or 
rather repurposing scientific R&D in a different way. For a whole host 
of reasons — patent cliffs, increasing discovery and development costs, 
mergers and acquisitions — companies are becoming more strategic 
about repurposing existing and shelved products  to build their pipelines 
and get as much value as possible out of their time and money invest-
ments in R&D. 

According to infectious disease specialist Dr. 
Judy Stone in a report for Forbes, there are about 
2,000 shelved drugs in the industry, including 
1,500 FDA-approved drugs that were put aside 
because they were deemed not profitable enough. 
These drugs represent a ripe opportunity for com-
panies that are eager to pursue their possibility for 
other indications. Developing a drug from this ap-
proach is much less costly and more time efficient. 
Dr. Stone says through repurposing a company 

could potentially develop a drug in 18 months to 36 months and for less 
than $250,000. 

And this strategy is not just being pursued by big pharma companies 
such as Astellas, Novartis, AbbVie, and Pfizer, but patient organiza-
tions, consultants, and academia are all taking steps forward to use this 
strategy, sometimes called rediscovery research, to find treatments from 
existing drugs to fill other unmet medical needs. 

One of those unmet needs is in the rare disease space. Rare disease or-
ganizations have a vested interest in repurposing due to the large unmet 
need in the field; currently, more than 70% of rare disease patients 
receive off-label therapies. As such, researching the thousands of shelved 
or failed drugs looking for a new indication in rare disease is gaining 
traction in this space.

As International Rare Disease Day — Feb. 29 — approaches, it’s 
important to remember that there are between 300 million and 400 mil-
lion patients suffering from 6,000 to 7,000 different rare diseases. Yet, 
millions of people with rare diseases struggle to access diagnosis, treat-
ment, and care — indeed, 95% of rare diseases do not have a single FDA 
approved drug treatment. In the United States alone that means more 
than 30 million people living with rare diseases have few to no options. 

As noted in this month’s Rare Disease Showcase, there is positive 
news. According to a 2019 study published by Tufts University, rare 
disease drug development is one of the fastest-growing areas in R&D, 
accounting for as much as one-third of products in the R&D pipeline. 
And in 2018, BIO reported that there were 595 companies developing 
orphan therapies, and almost every pharmaceutical company has, or is 
opening, a rare disease division. 

We will be tracking #rarediseaseday, hopefully you will be too. We 
would be happy to share your rare story with our audience.

Taren Grom
Editor
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