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Doctor Enil Kakkis, called a Rock Star of Science’ by GQ, was already a-pioneer in his
fieldwhen he launched the EveryLife Foundation. Though few directly beneft from hus work,
he's their savior— his life and career ave devoted to treating and curing the rarest of diseases.

RARE BRE

By Rob Rogers
Marin Independent Journal

NLY ONE OUT OF EVERY 100,000

people on Earth is born with muco-

polysaccharidosis I, or MPS-I, a ge-
netic disorder that can cause organ damage
in affected children.

It’s a much rarer condition than birth
disorders such as cystic fibrosis, which af-
fects about one out of 2,000 children, or
Down syndrome, which affects about one
in 900. As a result, it’s much more difficult
for researchers to find funding for studies of
drugs that could help or even cure children
with these conditions — or to locate test

See KAKKIS, page 2

ryLife Foundation, or to make a donation, call 884-0562 or visit www.kakkis.org. For more
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information on MPS-I and other rare diseases. visit the Natinnal Nrnanizatinn far Rara Nicnrdare a wnsns:
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Dr. Emil Kakkis
of Novato
brought a Fender
Strato-caster
(top) with him
to GQ’s ‘Men of
the Year’ issue
shoot, getting

it signed by
rock stars and
other scientists.
At left, Kakkis
stands over the
shoulder of a
rapper.
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From page 1
subjects for those studies,

Novato’s Dir. Emil Kak-
kis is trying to change
ihat.

“About 25 million people
have one of a few thousand
different rare diseases,”
said Kakkis, 50, who
helped develop & treabment
“for MPS-1, and whose
HveryLife F{)unddtmn 18
‘dedicated m fmdmg and
funding cures for rare
conditions. “A lot of those

.1 diseasey affect less than
Lo _’b 000 ‘pecple. Only about
B percent ‘of those diseases
have treatments.”

- Kakkis, who appears in
the Decemﬁer issue of (:Q
as one of the magazine’s
“Rock Stars of Science,”
has devoted his career io
understanding diseases
most people have never
heard of - including 11
vears with the Novaio
biotech firm BioMarin,
where he served as chief
medical officer. Kakkis
left BioMarin lasi vear to
iead the EverylLife Foun-
dation, and is preparing to
launch his own company,
Ultragenics, in January.

“He was one of the true
piloneers of the company
who drove it to where i
is today,” said BioMarin
spokesman Bol Purcell.
“His work led to the devel-
opment of Aldurazyme and
Naglazyme, treatments for
the rare diseases gener-
ally known as MPS-1 and
MPS-V1”

Working on rare diseas-
es “gives you the chance to

start from nowhere, and
end up treating someone
inagig niu‘am way in just
a few years,” Kakkis said,
“There aren’t many places
in medicine where you can
malke the transition from
bench to )udxxde in just a
few years.”.

Kakkis began hlﬂ work
with MPS-1in 1993 while
a researcher at the Uni-
versity of California at
Los Angeles. There, he
assisted lead researcher
Elizabeth Neufeld in iden-

tifying the ¢ auses of the

disease. 0

“Twas on'a iellowehxp {or
a project that cloned the
gene that’s responsible {m
the gene,” Kakkis said. “It
was the last hit of informa»
tion required 10 be able to
work on g treabment that
became Aldurazyme.”

Despite the project’s

success, Kakkis was dig-

heartened by the difficulty.

it ook o bring the treat-
ment of MPS-1 to market.

“Even after (Neufeld)
had spent 30 vears work.
ing on this treatment, no
one wanied to invest in
its development,” Kakkis
said. “How many scientists
have a shot at developing a
treatment? I had the feel-
ing that T couldn't Jet this
die,”

A chance encounter
at a medical conference
put Kakkis in touch with
Mark and Jeanne Dant,
a Texas couple whose
9-year-old son, Ryan, was
suffering from the disease.
The couple’s efforts helped

(2008, -Sen

raise money toward the
trials and studies needed
to submit Aldurazyme for
Food and Drug Adminis-
tration approval.

Kakkis' Bverviife
Foundation now works to
coordinate the efforts of
families like the Dants.

“My foundation has 155
organizations endorsing
our campaign, and the

" majority are small grgani-
zations with the name of o
particular patient, such as

‘Hunter's Hope' or ‘Bave
Cassie,” Kakkis said.
“They're all families tak-
ing the future into their
own hands, and trving to
drive the research through
hake sales, writing grants
and {iling dm uments with
the FDA”

The foundation has also
worked with Congress and
the FIDA to change the way
the FDA evaluates treat-
ments for rare diseases. In

n. Sam Brown-
back, R-Kansas, and Sen.
Sherrnd Brown, -Ohio,
sponsored an amendmentd
to the 2010 and 2011 FDA
appropriations bills that
requires the agency £o ore-
ate a team to re-evaluate
that regulatory process.
“He's been sort of a kin-
dred spirit in many ways
over the years, and {here
have been severs] issues
related to advocacy on
behalf of people with rare
diseases where we have
found ourselves on the

, same wave length,” said

Mary Dunkle, vice prest-
dent for communications
at the National Organiza-

' mdavels Kakk

_-ward to houng, fhc

: Devoted to treating, curing rarest of diseases

tion for Rare Dizorders,
where Kakkis served as
a member of the hoard of
directors.,

Kakkis grew up in the
Los Angeles area and did
his undergraduate work at
Pomona College. His work
with BloMarin brought
him to Navaio in.1998, to-

class, wnrkm;'ui
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“Ryan Dant, a I;iewi e
Texas Rangers Tan, Mwe
tothe World Seriesind -
got to see the game the
Rangers won” on Oct: 30,
Kakkis said, “He’s 27 now,
He was 9 when I treated
hiny. He would have died
by his teenage years had
he not been treated. The
fact that he made it to
that game is really the
success that comes from
working hard, developing
treatments and not saying
no when you need to get
something done.”

Contact Rob Rogers via e-mait at
rrogers@marinij.com
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“If the vote doesn’t go
correctly on Monday night,

we're going to position our- .

selves with a referendum as
well as a lawsuit,” said Riil
Daniels, owner of United
Markets and a member
of the opposition group
Keep it Local San Rafael.
“1 don't fee! they've done

member.

The letter called green-
house gas impacts and traf-
fie projections included the
study flawed,

" But City Attorney Rob
Epstein said he doesn’t be-
lieve there’s any basis for a
fawsuit at this point..

“At this junciure and

pending a counci! decision

dum fto voters,
“Conventional wisdom is
we need 4,500 signatures
in order to make absolute-
Iy positive that we hit the
(2,144}, Moran said. “Will
it be daunting? I'm sure.”
Daniels noted that Tar-

- - get opponents have already
collected around 2,000 sig-

natures as part of a petition

Referendum, suit threatened if store is approved

Robyn Letters, Opinion
Studies’ prineipal.

The margin of error was
abrout 5.3 percent for the
iarfrm sample size.

“We have all along felt
twmcndnu.& community
support for this project,
and if’s gratifying to see
that the objective data re-
flects that sunnort.” Plante



