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Rare diseases, orphan drugs,
specialty medicines: success
brings payer scrutiny

On Rare Disease Day 2016, patients and their
organizations all over the world held activities
on the last day of February, as they’ve done
every year since 2008, to raise awareness of
the over 6,000 rare diseases and their impact
on the lives of patients.!

How well have they succeeded? Let’s take
a quick look at the current therapies for rare
diseases, their growth and costs—and then
consider how payers are reacting.

Rare diseases, when taken
together, are not that rare at all

Before the Orphan Drug Act was passed in the
US in 1983 to incentivize the development of
drugs to treat rare diseases, only 38 orphan
drugs were approved.? Among the new
drugs approved by the FDA in 2015 alone,
almost 50% (21 of 45) are orphan drugs.®
Three orphan drugs are forecast to achieve
blockbuster sales by 2020.4 Worldwide

orphan drug sales are predicted to grow to
$178 bilion and 20% of global prescription
sales by 2020 —twice as fast as the overall drug
market, with a median cost per patient almost
14 times higher.2

If there ever was a time when the individual
cost of these life-changing drugs was largely
accepted by payers, that moment has passed.
The aggregate growth of orphan drugs is
bringing payer scrutiny to treatments that may
previously have gone unexamined because
they were directed toward small populations.
As PhRMA itself has said, “Rare diseases, when
taken together, are not that rare at all.”®

Among the trends giving payers cause
for concern:

e The FDA has granted orphan designation to
over 100 drugs with existing approvals for
more common diseases®

e About 15% of orphan drugs analyzed in
one study had subsequent launches for
additional rare diseases’

e Drugs that originally targeted a very specific
subset of a population can subsequently be
expanded beyond the initial indication

— According to Mary Dorholt, clinical
practice leader at Accredo, ESI’s
specialty pharmacy, almost 20 orphan
drugs have enjoyed blockbuster sales
on expanded US indications®




The orphan “druganaut”® requires a thoughtful
and calibrated manufacturer response to
burgeoning access challenges. It's important
to payers that drug makers clearly identify
the clinical unmet need of the disease,
target only the relevant members who are
at specific risk, and show transparency
through shared planning for the approval of
broader indications.

As specialty medicines of all kinds continue
to crowd the marketplace, reimbursement
becomes more complex (a problem for
manufacturers, healthcare providers, and
patients) and distribution more limited (making
these drugs more expensive for payers).

Designed to facilitate reimbursement,
education, and adherence, as well as
provide seamless distribution, hubs are

To learn more, please contact Andrew Gottfried at
agottfried@entreehealth.com or 212-896-8026.

fast becoming a must for manufacturers
launching specialty products. Minimal
services include providing assistance for
healthcare professionals and their office
staff, supporting patients and caregivers,
and facilitating communications  with
specialty pharmacies. But today, there’s
growing pressure on manufacturer hubs to
deliver even more value. Fully integrated
digital benefits investigations and prior
authorization handling are at the top of many
prescriber wish lists, along with simplified,
HIPAA-compliant patient status tracking
and a proven ability to reduce phone
calls and treatment delays. Hubs are
quickly moving toward providing a truly
automated, single point of contact across
the spectrum of use.
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