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Rhapsody in blue: In April, several Weill Cornell buildings were lit in blue to mark National Autism
Awareness Month. They included the Rogers building on the Westchester campus, future home
of the Institute for Brain Development.
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What's Behind

A CURE

Thanks to research breakthroughs, once-fatal or debilitating diseases are becoming manageable,
treatable—and sometimes curable—at a rate faster than ever before. How do discoveries move
from the laboratory to the patient?

Two prominent Weill Cornell faculty members—one a researcher, one a physician—describe their
work, their goals, and the ever closer link between the research lab and the doctor’s office.

INSIDE THE RESEARCH LAB

Ari Melnick, MD | Focus: Molecular Therapeutics and Personalized Medicine

Associate Professor of Medicine, Division of Hematology and Medical Oncology
Director of the Raymond and Beverly Sackler Center for Biomedical and Physical Sciences

TUMORS: WHY NO TWO ARE ALIKE

“A basic concept of human biology is that we are all
different from one another. You can tell that just by
how different each of us looks—the shape of our face,
our height, hair color, eyes. Well, it's even more different
inside our cells. That’s why tumors in each individual
behave differently.

designed drugs to block these abnormal functions. Some
of these drugs are expected to be in clinical trials by next
year. This means that the discovery of cancer biology
mechanisms can now be translated to benefit patients

in only a few years, rather than decades.

"And the wonderful part is that these small-molecule
drugs shut down the cancer cell but are fairly innocuous
to normal cells. As a result, we can treat the cancer and
achieve very powerful anti-tumor effects with

“So to be able to figure out how to treat cancers, we
first have to understand in great detail how the small
molecular 'machines’ inside of our cells work, how
their millions of gears fit together. We know that these gears
might be slightly different in each person—which is why it's so . ] AT WEILL CORNELL: INGREDIENTS FOR
important to develop personalized treatments. - bl MEDICAL DISCOVERY

1 came to Weill Cornell because it is an
outstanding place to perform this research.

almost no damage to normal tissues.”

"Our lab’s goal is to see and understand these molecules
at the nuts-and-bolts level, and to consider especially how
they rule cancer cells and make them behave in such
a dangerous fashion.”

“There is an unprecedented level of collaboration
between clinicians, researchers, pathologists, and
experts in mathematics, computational modeling,
nano-technology. That's essential, because the number
of data points we capture per patient in order to guide
diagnostic and therapeutic decisions is in the millions,
or billions.

‘DESIGNER’ MOLECULES THAT GO AFTER CANCER
“The increasing technological power to

re-design molecules and turn them into treatments
is accelerating greatly.

“For example, recent research identified mutations that
alter important regulatory factors and occur frequently colleagues in other New York research institutions
in non-Hodgkin's lymphoma and acute leukemia cells. as well as institutions around the world. The fastest
Almost immediately following these discoveries—within acceleration of bench-to-bedside discoveries will come from the
one or two years—our group and other collaborating scientists kind of research environment we have here.”

“We also enjoy a very synergistic relationship with

4 WEILL CORNELL MEDICINE



DISCOVERIW

THAT MAKE A DIFFERENCE

THE CAMPAIGN FOR WEILL CORNELL MEDICAL COLLEGE

INSIDE THE DOCTOR'S OFFICE

Gail Roboz, MD | Focus: Leukemia

Associate Professor of Medicine
Department of Medicine

FROM DEADLY TO CURABLE

"There are two subtypes of leukemia—Chronic Myeloid
Leukemia (CML) and Acute Promyelocytic Leukemia (APL)
—that have now gone from deadly to curable. And those
transitions have been because of incredible interactions
between basic scientists and clinicians.

"This is a specific chromosome that is abnormal,
which recently has been shown to respond
fantastically well to a pill. We quite easily fixed her
hemoglobin—she went from lying on the couch

and not having any energy to do anything, to being
active, enjoying life again, and feeling great with no
“This is now possible because the molecular age is here. transfusions. Just by doing a diagnostic test.
Molecular diagnostics in leukemia and in myelodysplastic
syndrome (MDS—formerly known as 'preleukemia’)
have taken off, thanks to the work in labs
such as Ari Melnick’s—where they are making
significant discoveries in this area. In bone
marrow disorders such as leukemia, there are
things we can do now to help a person that were
not even possible two or three years ago.

“Not getting a diagnosis because a person is older
is absurd. It makes no sense. Because now, for some
leukemia patients, there really are things we ought
to do that make a big difference.”

PATIENTS INVOLVED IN THEIR OWN CARE

"Patients now jump onto the Internet and they come

to my office with a list of the diagnostic tests they want

and they ask me: ‘Are you going to sequence my
genome?’

"One problem with leukemias is that the molecular
abnormalities are more heterogeneous—there’s a lot
going on. In order to crack the rest of these codes,
there needs to be constant interaction between

the scientists and the clinicians, which has been
established incredibly effectively at

Weill Cornell.”

"They know that these genome sequencing tests
—while still costing several thousand dollars—
are coming down in price in the same way that
technology breakthroughs like the iPhone came
down in price pretty quickly. The tests are becoming
much more readily available to the point where
genome sequencing is not just for the scientists—it’s
already available for the patients.

PUTTING PATIENTS FIRST

“Recently, a patient in her late 80s came to see me.
She had symptoms of leukemia—was very anemic, was
requiring significant blood transfusions, and she came to me for an

additional opinion. Because of her age, nobody would do a bone “Scientist-clinician partnerships at Weill Cornell, combined with
marrow biopsy on her to help with diagnosis—which is really such patient engagement, have put us on the cusp of new discoveries.”
a straightforward thing to do. We did the bone marrow biopsy, and

we found out that she has what is called a 5Q problem.

“Personalized medicine that felt like Star Trek
just a few years ago is becoming a reality.”

For more information and a detailed list of gift
opportunities, please contact Lucille Ferraro, Campaign
Learn more at Director, at 646-317-7387 or luf2003@med.cornell.edu.

weill.cornell.edu/campaign/research

Weill Cornell Medical College
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Leading the Way in
Electronic Health
Records

ederal and state governments have

been pushing for implementation of

electronic health records (EHRs), which
—with their potential to improve quality and
safety, and reduce costs and errors—have become
a centerpiece of efforts to reform health care. The
U.S. government is investing up to $30 billion in
physician incentives for what policymakers call
“meaningful use” of EHRs—uses that tie electron-
ic records to improvements in the quality, safety,
and efficiency of care. Indeed, many current
approaches to reform, including patient-centered
medical homes and accountable care organiza-
tions (see feature story, page 32), will be impossi-
ble without EHR systems in place.

Putting heavy emphasis on health informa-
tion technology in recent years, NYP/Weill Cor-
nell has rapidly become a leading institution in
the research, educational, and operational activi-
ties of health-care informatics and policy. In 2007,
WCMC created the Division of Quality and Med-
ical Informatics, jointly housed in the Depart-
ment of Pediatrics and the Department of Public
Health. Under the leadership of Rainu Kaushal,
MD, MPH, founding chief, and with a team of
seven full-time faculty members and a half-dozen
affiliated faculty, the Division has been at the fore-
front of health services research on how health
information technology affects health care, receiv-

WEILL CORNELL MEDICINE

Antonio M. Gotto Jr., MD, DPhil,
Dean of the Medical College

ing much federal, state, and foundational support.

The Division’s researchers evaluate various
health IT initiatives, including EHRs, electronic
prescribing, and personal health records, as well
as health-care delivery models such as the
patient-centered medical home. (A study it re-
cently released, for example, showed that in an
ambulatory setting, the use of ambulatory elec-
tronic prescribing was able to reduce prescribing
medication errors up to seven-fold.) The Division
is also heading efforts to evaluate New York
State’s $840 million initiative in health informa-
tion technology, including a statewide health
information exchange. The Division is the lead
entity in a unique academic consortium called
the Health Information Evaluation Collaborative,
which also includes Columbia University, SUNY
Albany, and the University of Rochester. In order
to further enhance our leadership position in
health-care informatics, the Medical College has
also recently established a new Center for
Healthcare Informatics and Policy (CHIP) to be
directed by Dr. Kaushal.

At NYP/Weill Cornell, we have federally certi-
fied, vendor-based EHR systems in both ambula-
tory and inpatient settings. Our systems have
undergone significant refinements to optimize
performance and tailor them to our needs. They
are linked to patient portals or personal health
records—allowing patients to access their lab-
oratory values or radiology results, schedule
appointments, and conduct secure online com-
munication with their physicians.

From the beginning of their education, Weill
Cornell medical students learn to integrate
health IT fully into their future practices. We also
train our residents and attending physicians on
the best ways for EHRs to enhance clinical prac-
tice, from billing and compliance issues to creat-
ing patient discharge information.

This is an exciting time in modern medicine.
EHRs form the foundation of health-care infor-
matics, a field that offers rich potential for
numerous multi-disciplinary scientific collabora-
tions and for influencing important policy
trends. It also offers physicians new ways to help
us in our core mission: improving the health of
the patients entrusted to our care.



Research: The Engine That Propels

Us Toward the Cure

cientific research is the driving force

of medical advancement. It has fueled

the remarkable progress we have
made over the last twenty-five years in fighting
disease and prolonging life. Today, we at the
Graduate School of Medical Sciences, and the sci-
entific community at large, are on the cusp of
making profound strides in understanding and
treating many of the major diseases affecting
Americans. With technology advancing at break-
neck speed, we expect to make enormous im-
provements over the next two decades in how we
treat cancer, Alzheimer’s disease, and cardiovascu-
lar disease. We expect to see the eradication of
numerous infectious diseases affecting people
around the world.

When researchers understand the earliest
stages of disease, they gain insights into how to
fight it. That’s the essence of bench-to-bedside
research—the laboratory breakthroughs that
translate into clinical treatments that save lives. It
is this promise that drives the 500 full-time facul-
ty members currently doing investigative re-
search at Weill Cornell. In their quest to expand
human knowledge and fight disease, they coop-
erate to share new techniques and approaches,
generate ideas for animal models or reagents,
design novel experiments, and more. This spirit
of collaboration is one of our strengths.

This spring, the Medical College launched the
Research Leads to Cures initiative. In the next phase
of the $1.3 billion Discoveries that Make a Difference
campaign, its aims are to raise $225 million to sup-
port priority research programs and recruit thirty
new scientists. It is focused on eight areas: the
brain; cancer research; heart health; children’s
health; diabetes, metabolic disorders and obesity;
global health and infectious diseases; stem cell,
developmental biology, and reproductive and
regenerative medicine; and scholarships to attract
the next generation of physician-scientists.

Our scientists form a powerful nucleus of tal-
ented people working to tackle the challenges
facing us today, such as how to produce new
drugs that not only extend life expectancies but
offer higher quality of life. They are working
together to implement advances in personalized
medicine, build upon epigenomic techniques,

David P. Hajjar, PhD,
Dean of the Graduate
School of Medical Sciences

and more. In the next decade they will be
instrumental in improving how we treat symp-
toms and enhancing early detection methods.
Meanwhile, they fulfill another key role in men-
toring our graduate students and postdoctoral
fellows, in helping to shape those who will
build upon our knowledge and combat many
diseases that today may seem intractable.

Thanks to the 480,000-square-foot medical
research facility now under construction, collab-
oration among scientists in New York City and
in Ithaca will grow as well. We will soon have
the space to foster greater connections between
the two campuses in areas such as biomedical
engineering, nanoscience and nanomedicine,
and the life sciences—drawing on the strengths
of both campuses to put basic science to work at
a clinical level. This is the great promise of med-
ical science research, and of how we conduct it
at Weill Cornell. In this way, the faculty in the
Graduate School will continue to make progress
toward our goal of training the next generation
of basic and clinical scientists.

JOHN ABBOTT

Bench to bedside: In the

lab of neurology and
neuroscience professor M.
Elizabeth Ross, MD ’79, PhD
’82, PhD candidate Jason
Gray uses mouse models to
study the genes that cause
birth defects—and how envi-
ronmental factors, like levels
of folic acid, can affect them.
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News Briefs

Nathan Elected to National
Academy of Sciences

icrobiology and immunology chair Carl Nathan,

MD, is among the seventy-two new members

elected to the National Academy of Sciences this
spring. Membership is one of the highest honors available to an
American scientist; of the approximately 2,000 living Academy
members, more than 180 have won Nobel Prizes. Established in
1863, it serves to “investigate, examine, experiment, and report
upon any subject of science or art” whenever called upon by the
government. Nathan, the R. A. Rees Pritchett Professor of Micro-
biology and director of the Abby and Howard P. Milstein Program
in Chemical Biology and Infectious Diseases, has served on the
Weill Cornell faculty since 1985. He was inducted into the
Academy at its annual meeting in April.

Nathan studies host-pathogen reactions with an interdiscipli-
nary team that seeks to bring immunology, microbiology, biochem-
istry, structural biology, and chemical biology to bear on
tuberculosis. “Each one of Dr. Nathan’s many unique research con-
tributions has significantly deepened our understanding of the
immune system and its interaction with pathogens,” says David
Hajjar, PhD, dean of the Graduate School and the Frank H. T.
Rhodes Distinguished Professor of Cardiovascular Biology and
Genetics. “In particular, his investigations into the mechanisms of
tuberculosis have the potential to overcome the problem of anti-
biotic drug resistance and transform the way the disease is treated.”

Tuberculosis is a major cause of death around the world, with as
many as one-third of the world’s population infected with the bac-
terium; about 9.4 million develop the disease each year and 1.7
million succumb, mainly in developing countries. Says Dean
Antonio Gotto, MD: “Dr. Nathan’s pioneering work in immunolo-
gy, microbiology, infectious disease, and global health has long
been a source of pride for Weill Cornell.”

Lachs Gives Senate Testimony on Elder Abuse

In March, Mark Lachs, MD, co-chief of the Division of Geriatrics
and Gerontology, testified on an expert panel on elder abuse con-
vened by the U.S. Senate Special Committee on Aging. The hearing,
“Justice for All: Ending Elder Abuse, Neglect, and Financial Ex-
ploitation,” included testimony from actor Mickey Rooney, who
described suffering emotional abuse and financial exploitation at
the hands of a family member.

In his testimony, Lachs presented the results of a recent study

8 WEILL CORNELL MEDICINE
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Carl Nathan, MD

that interviewed more than 4,000 elders in the metro area about
their personal experiences with abuse. It found that 7.2 percent
had suffered some form of mistreatment in the past year; the most
common form was financial exploitation (about 4 percent) followed
by physical abuse (about 2 percent). “If that’s not worrisome
enough,” Lachs, the Irene F. and |. Roy Psaty Distinguished Pro-
fessor of Medicine, said in an essay in the Huffington Post, “I think
the most compelling finding from the study is the fact that for
every case we identify, we miss about twenty-three.”

Fins Honored with New Davis Professorship

Joseph Fins, MD ’86, chief of the Division of Medical Ethics, has
been named the first E. William Davis Jr., MD, Professor of Medical
Ethics. An internationally renowned medical ethicist and pioneer in
the field of neuroethics and disorders of consciousness, Fins has won
numerous awards and more than twenty competitive grants. He was
a member of the White House Commission on Complementary and
Alternative Medicine Policy under President Bill Clinton and cur-
rently serves on the New York State Task Force on Life and the Law.
Last year he was elected to the Institute of Medicine of the National
Academies, one of the highest honors in medicine.

The new professorship was created in honor of E. William Davis
Jr., MD ’51, who was instrumental in creating NYP/Weill Cornell’s
ethics committee in 1994, when Fins was named its founding chair.
Formerly a professor of clinical obstetrics and gynecology at the
Medical College, Davis is vice president for medical affairs emeritus
at NewYork-Presbyterian Hospital. Says Fins: “It is truly a singular
honor having a professorship named in honor of Dr. Davis, a per-
son who is especially beloved at the medical center for his dignified
manner and discernment.”



Former Health Commissioner Daines Dies

Former New York State health commis-
sioner Richard Daines, MD 78, passed
away suddenly at his home in Stan-
fordville, New York, on February 26. He
was sixty. Previously the chief executive
of St. Luke’s-Roosevelt Hospital Center
in Manhattan, Daines was appointed
health commissioner by Governor Eliot
Spitzer in 2007. During his tenure, he
advocated for a tax on soft drinks and
other sugary beverages—ultimately,
after contentious debate, it was not
enacted—and helped develop public
policy on the swine flu epidemic. He
created an office of health information technology within the
Health Department and, in a move that sparked controversy,
tried to reduce Medicaid costs by consolidating and closing nurs-
ing homes and hospitals.

Daines stepped down from the statewide post in January and
was about to become a visiting scholar at the New York Academy
of Medicine. “Richard Daines was an outstanding physician, a
proud Cornell alumnus, a loving husband and parent—including

Richard Daines, MD '78

DANIEL BARRY/THE NEW YORK TIMES/REDUX

NYP Ranked Tops in Metro Area

NewYork-Presbyterian Hospital has been ranked number one in the
metro area by U.S. News and World Report. Released in March, the
magazine’s rankings of sixty-six hospitals across the U.S. considered
such factors as reputation and mortality rates. NYP was among the
top ten hospitals nationwide—and the only one to be highly rated
in all sixteen clinical specialties. According to NYP president and
CEO Herbert Pardes, MD, the honor “reflects our continued com-
mitment to provide our patients with the most effective and com-
passionate care—from everyday illnesses to some of the most
complex and life-threatening conditions.”

Lyden Co-edits First Textbook on Metastasis

In April, Cambridge University Press published Cancer Metastasis:
Biologic Basis and Therapeutics, the first textbook on the subject. It
was co-edited by David Lyden, MD, PhD, the Stavros S. Niarchos
Associate Professor in Pediatric Cardiology and a professor of cell
and developmental biology. “This groundbreaking new text com-
prehensively covers the process underlying cancer metastasis and
the clinical treatment of metastatic disease,” Lyden says. “The inter-
nationally renowned authors of this book have summarized the
state-of-the-art research in the metastasis field.”

father of two Cornellians—and a dedicated
public servant who cared deeply about public
health and the future of health care within
our state,” said Cornell president David
Skorton, MD. “With his passing, New York
State has lost a great leader, and we at Cornell
have lost a dear friend.”

Madoff Named Chief of
Interventional Radiology

An expert in the emerging field of interven-
tional oncology has been named chief of
interventional radiology at NYP/Weill Cornell
and a professor of radiology at the Medical
College. David Madoff, MD, who comes to
Weill Cornell from M. D. Anderson Cancer
Center in Houston, is a leading academic prac-
titioner of interventional radiology, which
uses minimally invasive, image-guided tech-
niques to diagnose and treat a wide range of
disorders.

Madoff’s area of expertise is interventional
oncology, including catheter-based and abla-
tive treatments for solid organ malignancies,
particularly primary and metastatic liver can-
cer therapy. He has participated in numerous
clinical trials for liver cancer treatment, which
include novel strategies for drug and radiation
delivery. He is an authority in preoperative
portal vein embolization, a technique used to
improve the safety of major liver surgery by
stimulating the growth of healthy tissue.
Madoff is the editor of a textbook on the
topic, Venous Embolization of the Liver:
Radiological and Surgical Practice, which will be
published later this year.

TIP OF THE CAP TO...

WCMC-Q students Abdulhadi Al Saei
13, Arnab Chowdhury ’13, and Sanah
Sadiq '13, winners of the Qatar National
Research Fund’s Undergraduate Research
Experience Programme competition for
their project on public perception of
Down syndrome in Qatar.

Physiology and biophysics professor
Olaf Andersen, MD, winner of the Dis-
tinguished Service Award from the Bio-
physical Society.

James Bernat, MD ’73, a professor of
neurology and medicine at Dartmouth,
winner of the President’s Award from
the American Academy of Neurology.

N. Reed Dunnick, MD ’69, radiology
chair at the University of Michigan,
given honorary membership in the
American Society of Radiation Oncology.

Anne Gershon, MD ’64, director of
Columbia’s Division of Pediatric In-
fectious Diseases, winner of Weill Cor-
nell’s Distinguished Alumni Award.

Radiology and medicine professor
Stanley Goldsmith, MD, elected to the
board of directors of the Lymphatic
Research Foundation.

Roderick King, MD ’92, on the faculty in
the Department of Global Health and
Social Medicine at Harvard, named a
Fulbright Nexus Scholar.

Professor of clinical medicine Anne
Moore, MD, medical director of the
Weill Cornell Breast Center, winner of
the New York Academy of Medicine’s
Academy Plaque for Exceptional Service.

Pablo Rodriguez del Pozo, MD, PhD,
JD, associate professor of public health
at WCMC-Q, given the Humanism in
Medicine Award by this year’s graduat-
ing class at the Qatar campus.

The Sackler Institutes at Weill Cornell and
Columbia University, which have awarded
the Mortimer D. Sackler Prize for Distin-
guished Achievement in Developmental
Psychobiology to Fernando Nottebohm,
PhD, head of the Laboratory of Animal
Behavior at Rockefeller University.

Vice chair of child and adolescent psy-
chiatry John Walkup, MD, winner of the
Blanche F. Ittleson Award for Research in
Child Psychiatry from the American
Psychiatric Association.
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WCMC-Q Hosts Diabetes Conference

In March, more than 650 scientists, physicians, and other health-
care professionals met in Doha, Qatar, for the XVII International
DALM (Drugs Affecting Lipid Metabolism) Symposium on Diabetes,
Obesity, and the Metabolic Syndrome. The event—which marked
the first time the symposium was held outside the United States or
Italy since its inception in 1960—was hosted by the Qatar
Foundation, WCMC-Q, and the Giovanni Lorenzini Medical
Foundation. The program featured keynote presentations by inter-
national experts as well as panel discussions on such topics as
lifestyle and dietary modifications for at-risk patients; economic and
public health challenges; and treatment of women, young people,
and the elderly. “As Qatar’s only medical college,” says WCMC-Q
dean Javaid Sheikh, MD, “we welcome the opportunity to help
bring scientists and physicians together to focus on significant
issues in patient care here and around the world.”

SHRINK
RAP

Alumna’s Book Explains How
Psychiatrists Work

Dinah Miller, MD ’88, has co-authored a

general-audience book aimed to help

laypeople understand psychiatry. Published

by Johns Hopkins University Press, Shrink 4

Rap addresses such issues as how psy-

chotherapy works and what happens on a

psychiatric unit. It uses patient vignettes to

describe how psychiatrists deal with chal-

lenges from the mundane (how much to charge) to the controver-
sial (involuntary hospitalization). The book is based on a blog and
podcast series by Miller, who has a private practice and serves as a
consulting psychiatrist for the Johns Hopkins Hospital Community
Psychiatry Program, and coauthors Annette Hanson, MD, and
Steven Roy Daviss, MD.
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FROM THE BENCH

New Guidelines for
Evaluating Stroke Care

Neurology professor Dana Leifer, MD, has helped
develop new guidelines for metrics to monitor and
improve the quality of care at stroke centers. The
guidelines, published in Stroke: Journal of the
American Heart Association, include tracking the
percentage of ischemic stroke patients identified
as eligible for the clot-busting drug tPA and treat-
ed within sixty minutes of arrival; tracking the
time from hospitalization to blood vessel repair
for patients with ruptured aneurysms; and per-
forming a ninety-day follow-up to assess outcomes
in ischemic stroke patients.

Information ‘Towers’ for
Earthquake Response

According to a study by researchers at Weill
Cornell and the University of California, Davis,
information technology could improve patient out-
comes following an earthquake. Senior author
Nathaniel Hupert, MD, associate professor of pub-
lic health and co-director of the Cornell Institute
for Disease and Disaster Preparedness, advocates
the use of “control towers” as telemedicine hubs
to manage communication between first respon-
ders and medical professionals. Computer simula-
tions show that such towers increase the odds
that critically injured victims would get timely
care and survive; they also reduce patient waiting
times and decrease overall hospitalizations. The
work, published in the Journal of Medical Systems
in March, employed applied engineering methods
normally used to analyze queuing systems like
telephone call centers and road traffic.

WEILL CORNELL MEDICINE

Zebrafish Aid Melanoma Work

The humble zebrafish is offering new hope for
patients with melanoma, the aggressive skin can-
cer that is responsible for some 8,700 deaths each
year in the U.S. In a study featured on the cover
of the March 24 issue of Nature, Weill Cornell
researchers screened more than 3,000 zebrafish
and found a gene, SETDB1, that dramatically
increases melanoma formation. The same gene
appears to be overly expressed in humans, playing
a role in up to 70 percent of malignant
melanomas—and offering a potential target for
future drugs. “People are surprised when I tell
them I use zebrafish to do cancer research,” says
assistant professor of medicine Yariv Houvras, MD,
PhD. “It is still amazing to me that the same
genes that cause cancer in humans also cause
cancer in fish. The zebrafish is an amazing organ-
ism because we can do complex genetic studies,
and the fish has many of the same organs and tis-
sues that we have.”

Receptor Key to Alzheimer’s
Damage Identified

In the Proceedings of the National Academy of
Sciences, Weill Cornell researchers have described a
single receptor that may be key to the vascular
damage in the brain associated with Alzheimer's
disease. According to lead investigator Costantino
Tadecola, MD, the findings could have “broad bio-
logical and clinical implications,” with the receptor,
(D36, offering a potent drug target. In recent
years, scientists have begun to understand how
constricted blood flow plays a role in worsening
dementia. “Now we know that when amyloid-beta
particles—the presumed culprit in Alzheimer's dis-
ease—build up in the blood and brain, CD36 sets

off a response that ends up damaging the vessels,
which reduces blood flow,” Iadecola says. “This is
like what happens in an ischemic stroke in that the
brain does not receive sufficient nourishment,
except that in Alzheimer’s disease brain vessels are
not blocked. In Alzheimer's disease there is suffi-
cient blood flow to maintain a low level of brain
activity, but not enough to provide the extra ener-
gy that the brain needs when it becomes more
active.” The researchers found that when they dis-
abled CD36 in experimental animals, the vessels
supplied nutrition to Alzheimer's-affected neurons
and improved their function.

Gene Therapy Reduces
Parkinson’s Symptoms

A Phase 2 clinical trial of gene therapy for
Parkinson’s disease has shown promising results.
In Lancet Neurology, Michael Kaplitt MD 95, PhD,
and colleagues reported that the therapy, NLX-
P101, dramatically reduces movement impairment
in Parkinson’s patients by normalizing chemical
signaling.“This not only confirms the results of
our Phase 1 trial performed at NewYork-
Presbyterian/Weill Cornell,” says Kaplitt, vice
chairman for research in the Department of
Neurological Surgery, “but also represents a major
milestone in the development of gene therapy for
a wide range of neurological diseases.” The current
study involved forty-five patients with moderate
to advanced disease not adequately controlled
with conventional therapies; half received the
gene therapy, half a placebo. The researchers
found that half of those who received the therapy
showed dramatic improvements in symptoms, com-
pared with just 14 percent of the control group.
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