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[X] ANNUAL REPORT PURSUANT TO SECTION 13 OR 15(d) OF THE SECURITIES EXCHANGE ACT
OF 1934
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[] TRANSITION REPORT PURSUANT TO SECTION 13 OR 15(d) OF THE SECURITIES EXCHANGE

ACT OF 1934
Commission File Number 0-13347
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DELAWARE 06-1582875
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Incorporation or organization Identification No.
ONE BRIDGE PLAZA, FORT LEE, NEW JERSEY 07024
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Securities registered pursuant to Section 12(g) of the Act:
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(Title of Class)
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Act. Yes [ ] No [X]
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Indicate by check mark whether the registrant (1) has filed all reports required to be filed by Section 13 or 15(d) of the
Securities Exchange Act of 1934 during the preceding 12 months (or for such shorter period that the registrant was
required to file such reports), and (2) has been subject to such filing requirements for the past 90 days. Yes [X] No [ ]

Indicate by check mark whether the registrant has submitted electronically and posted on its corporate Web site, if
any, every Interactive Data File required to be submitted and posted pursuant to Rule 405 of Regulation S-T

(§ 232.405 of this chapter) during the preceding 12 months (or for such shorter period that the registrant was required
to submit and post such files). Yes [ ] No [ ]

Indicate by check mark if disclosure of delinquent filers pursuant to Item 405 of Regulation S-K (§ 229.405 of this
chapter) is not contained herein, and will not be contained, to the best of registrant s knowledge, in definitive proxy or
information statements incorporated by reference in Part III of this Form 10-K or any amendment to this

Form 10-K. []

Indicate by check mark whether the registrant is a large accelerated filer, an accelerated filer, a non-accelerated filer,
or a smaller reporting company. See the definitions of large accelerated filer, accelerated filer and smaller reporting
company in Rule 12b-2 of the Exchange Act. (Check one):

Large accelerated filer [ ] Accelerated filer [ ]
Smaller reporting
Non-accelerated filer (Do not check if a smaller reporting company) [ ] company [X]

Indicate by checkmark whether the registrant is a shell company (as defined by Rule 12b-2 of the Exchange
Act). Yes [ ] No [X]

The aggregate market value of the registrant s voting and non-voting common equity held by non-affiliates was
approximately $7,089,301, computed by reference to the average bid and asked price of such common equity, as of
the last business day of the registrant s most recently completed second fiscal quarter.

As of March 12, 2010, there were outstanding 27,865,010 shares of the Registrant s common stock, par value $0.001
per share.

DOCUMENTS INCORPORATED BY REFERENCE

Certain information required in Part III of this Annual Report on Form 10-K is incorporated herein by reference to the
registrant s Proxy Statement for its 2010 Annual Meeting of Stockholders, which Proxy Statement will be filed within
120 days after the Registrant s fiscal year ended December 31, 2009.
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FORWARD LOOKING STATEMENTS

This document includes certain statements of Neurologix, Inc. (the _Company ) that may constitute forward-looking

statements within the meaning of Section 27A of the Securities Act of 1933, as amended, and Section 21E of the

Securities Exchange Act of 1934, as amended (the ___Exchange Act ) and which are made pursuant to the Private

Securities Litigation Reform Act of 1995. These forward-looking statements and other information relating to the

Company are based upon the beliefs of management and assumptions made by and information currently available to

the Company. Forward-looking statements include statements concerning plans, objectives, goals, strategies, future

events or performance, as well as underlying assumptions and statements that are other than statements of historical

fact. When used in this document, the words expects, anticipates, estimates, plans, intends, projects, predict
may, should, potential, continue and similar expressions are intended to identify forward-looking statements. These

statements reflect the current view of the Company s management with respect to future events and are subject to

numerous risks, uncertainties and assumptions. Many factors could cause the actual results, performance or

achievements of the Company to be materially different from any future results, performance or achievements that

may be expressed or implied by such forward-looking statements, including, among other things:

the inability of the Company to raise additional funds, when needed, through public or private equity
offerings, debt financings or additional corporate collaboration and licensing arrangements.

the inability of the Company to successfully commence and complete all necessary clinical trials for
the commercialization of its product to treat Parkinson s disease.

Other factors and assumptions not identified above could also cause the actual results to differ materially from those

set forth in the forward-looking statements. Additional information regarding factors which could cause results to

differ materially from management s expectations is found in the section entitled Risk Factors starting on page 22.

Although the Company believes these assumptions are reasonable, no assurance can be given that they will prove

correct. Accordingly, you should not rely upon forward-looking statements as a prediction of actual results. Further,

the Company undertakes no obligation to update forward-looking statements after the date they are made or to

conform the statements to actual results or changes in the Company s expectations. In this annual report on Form 10-K,
we , our and us refer to Neurologix, Inc., except as otherwise indicated or as the context otherwise requires.

3
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Item 1. Business
INTRODUCTION

The Company is a development stage company that is engaged in the research and development of proprietary
treatments for disorders of the brain and central nervous system, using gene transfer and other innovative therapies.
The Company s development efforts are currently focused on gene transfer for treating Parkinson s disease. The
Company s core technology, which it refers to as____NLX, is in the clinical development stages and was tested in the
Phase 1 and Phase 2 clinical trials to treat Parkinson s disease. Although the Company s operations and resources will
be primarily concentrated on its Parkinson s disease therapy, the Company intends to continue to develop therapies to
treat other neurodegenerative and metabolic disorders, including therapies relating to epilepsy and Huntington s
disease. Recent highlights include:

For the 12 months ended December 31, 2009, the Company reported a net loss of approximately
$13.5 million versus a net loss of $6.3 million for the 12 months ended December 31, 2008. Cash and
cash equivalents were $9.6 million at December 31, 20009.

On March 23, 2010, the Company extended the term of its consulting agreement with Dr. Martin
Kaplitt, the Company s Chairman of the Board of Directors, from January 1, 2010 to December 31,
2010.

On March 23, 2010, the Company approved an extension of the term of its amended and restated
consulting agreement with Dr. Michael Kaplitt, one of the Company s scientific co-founders and a
member of its Scientific Advisory Board (the _SAB ), from April 30, 2010 to April 30, 2011.

Effective March 10, 2010, John E. Mordock resigned as a director and as President and Chief
Executive Officer of the Company, with Clark A. Johnson, Vice Chairman of the Company s Board of
Directors, being named his successor.

In February 2010, the Company received a Notice of Allowance from the United States Patent and
Trademark Office (_USPTO ) for intellectual property central to the Company s approach for the
treatment of epilepsy. The patent allowance covers the treatment of seizures associated with temporal
lobe epilepsy (_TLE ) by direct administration of an AAV (adeno-associated virus) vector encoding
Neuropeptide Y (_NPY ) into the brain s temporal lobe. (See Business of the Company Patents and
Other Proprietary Rights ).

In January 2010, the USPTO expanded the intellectual property protections enabled by a previously
issued patent that is central to the Company s Parkinson s disease program. The new allowances
broaden the patent s coverage beyond Parkinson s disease to include the use of GADG6S5 in the
treatment of other neurological and related disorders. (See Business of the Company Patents and
Other Proprietary Rights ).

In November 2009, the Company completed all planned surgeries in its Phase 2 clinical trial of the

Company s gene transfer approach to the treatment of advanced Parkinson s disease. (See Business of
the Company Parkinson s Disease ).

Table of Contents 6
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On September 24, 2009, the Company entered into a third amendment to its Master Sponsored
Research Agreement (the _OSU Research Agreement ), dated as of May 10, 2006, as amended, with
The Ohio State University Research Foundation (_OSURF ), on behalf of Ohio State University. The

third amendment,
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among other things, extended the term of the OSU Research Agreement to November 10, 2010.

On August 31, 2009, the Company extended the term of its consulting agreement with Dr. Matthew
During, one of the Company s scientific co-founders and a member of the SAB, from September 30,
2009 to September 30, 2010.

On August 20, 2009, the Company entered into employment agreements with John E. Mordock, the
Company s then President and Chief Executive Officer, and Marc L. Panoff, the Company s Chief
Financial Officer, Treasurer and Secretary. The agreements replaced earlier agreements between the
Company and the respective officers, each dated December 4, 2007. These new employment
agreements extended the term of employment of each of the officers through December 4, 2010 and
enhanced certain terms of each of the officers severance arrangements.

On July 23, 2009, the Company entered into Amendment No. 3 to its Clinical Study Agreement (the
Clinical Study Agreement ) with Cornell University for and on behalf of its Joan & Sanford I. Weill
Medical College (_Cornell ). The Amendment extended the performance period of the sponsored
research program and eliminated from the scope of work all research and activities relating to
mechanisms by which certain gene therapy treatments may penetrate the blood-brain barrier.

On January 13, 2009, the Company entered into a License Agreement (the _Cornell License
Agreement ) with Cornell, whereby Cornell granted the Company an exclusive license for the
worldwide use of certain patents for the development of products and methods for the treatment of
psychiatric conditions. The Company anticipates using these patents to develop a product for the
treatment of depression. (See Business of the Company Other Neurodegenerative and Metabolic
Disorders ).

HISTORY

Arinco Computer Systems Inc. (formerly known as Change Technology Partners, Inc. and referred to herein as
Arinco ), the predecessor to the Company, was incorporated in New Mexico on March 31, 1978 for the principal
purpose of serving its subsidiary operations, which included the sale of telecommunications equipment and services

and the retail sales of computers. Arinco, which became a public company in 1982, did not have any business
operations from 1985 to March 2000. At that time, an investor group acquired control of Arinco and commenced a
new consulting business strategy focusing on internet, e-services and digital media solutions.

Thereafter, until approximately July 2001, the Company provided a broad range of consulting services, including
e-services and technology strategy, online branding, web architecture and design, systems integration, systems
architecture and outsourcing. However, the Company was not successful with its business strategy and therefore the
Company s Board of Directors (the ___Board ) voted to divest the Company of a majority of its then existing operations.
On September 30, 2002, the Board adopted a plan of liquidation and dissolution in order to maximize stockholder

value.

During the period from December 2001 through June 30, 2003, Canned Interactive, which designs and produces
interactive media such as digital video discs (DVDs) and web sites, primarily for entertainment, consumer goods,
sports and technology companies, was the Company s sole source of operating revenues. On June 30, 2003, the
Company sold all of the issued and outstanding shares of Canned Interactive to a limited partnership of which Canned

5
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Interactive s managing director was the general partner. With the sale of Canned Interactive, the Company ceased to
have any continuing operations.

On February 10, 2004, the Company completed a merger (the _Merger ) of a wholly-owned subsidiary with Neurologix
Research, Inc. (formerly known as Neurologix, Inc. and sometimes referred to herein as _NRI ). Following the Merger,
NRI became a wholly-owned subsidiary of the Company and stockholders of NRI received an aggregate number of

shares of common stock of the Company (the _Common Stock ) representing approximately 68% of the total number of
shares of Common Stock outstanding after the Merger.

Effective December 31, 2005, the Company completed a short-form merger whereby its operating subsidiary, NRI,
was merged with and into the Company. Following the merger, NRI no longer existed as a separate corporation. As
the surviving corporation in the merger, the Company assumed all of the rights and obligations of NRI. The
short-form merger was completed for administrative purposes and did not have any material impact on the Company
or its operations or financial statements.

BUSINESS OF THE COMPANY

The Company is a development stage company that is engaged in the research and development of proprietary
treatments for disorders of the brain and central nervous system, using gene transfer and other innovative therapies.
These treatments are designed as alternatives to conventional surgical and pharmacological treatments.

The Company s scientific co-founders, Dr. Matthew J. During and Dr. Michael G. Kaplitt, have collaborated for more
than ten years in working with central nervous system disorders. Their research spans from animal studies (for gene
transfer in Parkinson s disease, epilepsy and other disorders of the central nervous system) to the Phase 2 clinical trial
for the treatment of Parkinson s disease. They both remain as consultants to the Company and serve on the SAB.

From 1999 to 2002, the Company, through NRI, conducted its gene transfer research through sponsorship agreements

with Thomas Jefferson University (_TJU ), the Rockefeller University (_Rockefeller ) and the University of Auckland in
New Zealand (_AUL ). From October 2002 to April 2006, the Company staffed its own laboratory facilities at

Columbia University s Audubon Biomedical Science and Technology Park in New York City to manufacture the gene
transfer products required for its pre-clinical trials and to continue the research and development of additional gene
transfer products.

Currently, the Company conducts basic and applied gene transfer research through research agreements with Cornell
in a laboratory directed by Dr. Michael Kaplitt and one of the Company s scientists, and OSURF in a laboratory

directed by Dr. During and five of the Company s scientists.

The Company currently outsources the manufacture of its materials and devices to third parties for use in its clinical
trials. These third parties provide such materials and devices pursuant to directives from the Company.

Business Strategy

The Company s objective is to develop and commercialize innovative therapeutic treatments for disorders of the brain
and central nervous system, primarily gene transfer therapy. Key elements of the Company s strategy include:

Focus resources on development of the Company s NLX technology. The Company intends to focus

its research and development efforts on what it believes are achievable technologies having practical
applications. Currently, the Company
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expects to allocate the majority of its resources and efforts to the development of its first-generation
NLX product for the treatment of Parkinson s disease.

Focus on central nervous system disorders that are likely to be candidates for gene transfer. To
attempt to reduce the technical and commercial risks inherent in the development of new gene
therapies, the Company intends to pursue treatments for neurological diseases for which:

o the therapeutic gene function is reasonably well understood and has a physiological role;
o neurosurgical approaches are already established and standard,;

o animal studies have indicated that gene transfer technology may be effective in treating the
disease;

o specific clinical outcome is measurable;
o partial correction of the disease is expected to be clinically proven; and

o clinical testing can be conducted in a relatively small number of patients within a reasonably
short time period.

Establish strategic relationships to facilitate research, product development and manufacturing. The
Company continues to seek to establish collaborative research and manufacturing relationships with
universities and companies involved in the development of gene transfer and other technologies. The
Company believes that such relationships, if established, will make additional resources available to
the Company for the manufacture of gene transfer products and for clinical trials involving such
products. The Company may enter into joint ventures or strategic alliances with one or more
pharmaceutical companies or other medical specialty companies to develop, manufacture and market
its products. The Company may seek out companies that have extensive resources and knowledge to
enable the Company to develop and commercialize its products. In February 2010, the Company
retained MTS Health Partners, L.P. as a strategic advisor to complement and augment the Company s
ongoing business development efforts, including efforts to seek strategic collaborations for the
continued development and commercialization of its Parkinson s product. (See =~ Manufacturing ).

Funding Operations. The Company must continue to seek additional funds through public or private
equity offerings, debt financings or corporate collaborations and licensing arrangements, including
joint ventures and strategic alliances. (See Risk Factors The Company Does Not Have Sufficient
Funds to Continue its Operations in the Long Run or to Commercialize its Product Candidates , See
Item7  Management s Discussion and Analysis of Financial Condition and Results of Operations
Plan of Operation and Item 7  Management s Discussion and Analysis of Financial Condition and
Results of Operations Liquidity and Capital Resources ).

Technology Overview

Deoxyribonucleic acid (_DNA ) is organized into segments called genes, with each gene representing the region of
DNA that determines the structure of a protein, as well as the timing and location of such protein s production.
Occasionally, the DNA for one or more genes can be defective, resulting in the absence or improper production of a
functioning protein in the cell. This improper expression can alter a cell s normal function and may result in a disease.
One goal of gene transfer is to treat these diseases by delivering DNA containing the corrected gene into
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the affected cells. Also, gene transfer can increase or decrease the synthesis of gene products or introduce new genes
into a cell and thus provide new or augmented functions to that cell.

There are several different ways of delivering genes into cells. Each of the methods of delivery uses carriers, called

vectors, to transport the genes into cells. Similar to the relationship between a delivery truck and its cargo, the vector
(the truck ) provides a mode of transport and the therapeutic agent (the cargo ) provides the disease remedy. These
carriers can be either man-made components or modified viruses. The use of viruses takes advantage of their natural
ability to introduce DNA into cells. Gene transfer takes advantage of this property by replacing viral DNA with a
payload consisting of a specific gene. Once the vector inserts the gene into the cell, the gene acts as a blueprint
directing the cell to make the therapeutic protein.

For its first generation of products, the Company intends to utilize exclusively the adeno-associated virus (_AAV )
vector. In 1994, Drs. Michael Kaplitt and Matthew During demonstrated that AAV could be a safe and effective
vehicle for gene transfer in the brain. Since that time, the AAV vector has been used safely in a variety of clinical gene
transfer trials.

The Company believes that the benefits of AAV vector gene transfer technology include:

Safety. AAV vectors are based on a virus that, to the Company s knowledge, has not been associated
with a human disease.

Efficiency of Delivery. AAV vectors are effective at delivering genes to cells. Once in the cell, genes
delivered by AAV vectors in animal models have produced effective amounts of protein on a

continuous basis, often for months or longer from a single administration.

Ability to Deliver Many Different Genes. The vast majority of the coding parts of genes (cDNA) fit
into AAV vectors and have been successfully delivered to a wide range of cell types.

A Simpler and Safer Option than Standard Surgery. The Company intends to administer the AAV
vector-based products in a procedure that is simpler and safer than other established neurosurgical
procedures.
Parkinson s Disease
General. Parkinson s disease is a neurodegenerative disorder; it arises from the gradual death of nerve cells in the
brain. Parkinson s disease is a progressive and debilitating disease that affects the control of bodily movement and is
characterized by four principal symptoms:
tremor of the limbs,
rigidity of the limbs,
bradykinesia of the limbs and body evidenced by difficulty and slowness of movement, and
postural instability.
Physicians and patients have long recognized that this disease, or treatment complications, can cause a wide spectrum

of other symptoms, including dementia, abnormal speech, sleep disturbances, swallowing problems, sexual
dysfunction and depression.
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Rigidity, tremor and bradykinesia result, primarily, from a loss of dopamine in two regions of the brain: the substantia
nigra and striatum (caudate and putamen). Dopamine is a neurotransmitter, a chemical released from nerve cells
(neurons), which helps regulate the flow of impulses from the substantia nigra to neurons in the caudate and putamen.
Standard therapy for Parkinson s disease often involves use of levodopa, a drug that stimulates production of
dopamine. However, over extended periods of time levodopa often declines in its effectiveness.

8
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In advanced stages of Parkinson s disease, as the disease becomes more and more debilitating, it becomes necessary to
apply a riskier and potentially more invasive medical procedure to treat the disease. It is at this juncture that surgical
procedures, including deep brain stimulators and lesioning, which target an area of the brain called the subthalamic
nucleus (_STN ), are commonly advised.

The Company believes that the glutamic acid decarboxylase (_GAD ) gene can be used to selectively mimic normal
physiology and alter the neural circuitry affected by Parkinson s disease. The Company s technology inserts a GAD
gene into an AAV vector, and this packaged vector is introduced directly into the STN. The GAD gene is responsible
for making gamma aminobutyric acid (_GABA ), which is released by nerve cells to inhibit or dampen activity. The
loss of dopamine leads to a change in the activity of several brain structures that control movement. Central to this is
the STN, which is overactive and does not receive adequate GABA, as well as targets of the STN, which are also
hyperactive and also do not receive enough GABA. The goal of this therapy is to deliver GABA to the STN in order
to re-establish the normal neurochemical balance and activity among these key structures.

The Company s gene transfer is therefore designed to reset the overactive brain cells to inhibit electrical activity and
return brain network activity to more normal levels. This in turn reduces symptoms of Parkinson s disease, including
tremors, rigidity and slowness of movement. The therapy is designed to be administered without destroying brain
tissue and without implanting a permanent medical device.

According to the National Parkinson Foundation, there are over 1 million Parkinson s disease patients in America, with
approximately 60,000 new cases diagnosed each year. While the peak onset of Parkinson s disease occurs after the age
of 65, 15% of Parkinson s disease patients are less than 50 years of age.

Product Development and Operations. In October 2006, the Company announced that it had completed its Phase 1
clinical trial of gene transfer for Parkinson s disease. The results indicated that the treatment, which was confined to
only one side of the brain, appeared to be safe and well-tolerated in patients with advanced Parkinson s disease, with
no evidence of adverse effects or immunologic reaction related to the study treatment. The trial also yielded
statistically significant clinical efficacy and neuro-imaging results. Such results were published in 2007 in two leading
peer-reviewed medical and scientific journals: The Lancet and Proceedings of the National Academy of Sciences.

A Phase 1 clinical trial is primarily designed to test the safety, as opposed to the efficacy, of a proposed treatment. The
clinical trial was conducted by Drs. Michael Kaplitt and Matthew During. As part of this clinical trial, twelve patients
with Parkinson s disease underwent surgical gene transfer at The New York Presbyterian Hospital/Weill Medical
College of Cornell University. All patients were evaluated both pre- and post-operatively with Positron Emission
Tomography (_PET ) scans and with graded neurological evaluations by Drs. Andrew Feigin and David Eidelberg of
North Shore University Hospital. The Phase 1 clinical trial was an open-label dose-escalation study with four patients
in each of three escalating dose cohorts. The third cohort of four patients received 10 times the dose of the first cohort.
The 12 patients who participated in the trial were diagnosed with severe Parkinson s disease of at least five years
duration and were no longer adequately responding to current medical therapies.

Following this Phase 1 clinical trial, the Company designed its protocol for a Phase 2 clinical trial. On December 3,
2007, the Company reviewed its Phase 2 protocol with the National Institutes of Health s Office of Biotechnology
Activities Recombinant DNA Advisory Committee (the __RAC ) in a public forum.

On December 13, 2007, the Company announced that the U.S. Food and Drug Administration (the ___FDA ) granted Fast
Track Designation for the Company s treatment of
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Parkinson s disease. Under the FDA Modernization Act of 1997, Fast Track Designation may facilitate the
development and expedite the review of a drug candidate that is intended for the treatment of a serious life-threatening
condition and demonstrates the potential to address an unmet medical need for such a condition. Fast Track
Designation will provide various means to expedite the development and review of the Company s gene transfer
procedure for Parkinson s disease, including the facilitation of meetings and other correspondence with FDA
reviewers, consideration for priority review and the ability to submit portions of a Biologic License Application
(_BLA ) early for review as part of a rolling submission. The receipt of Fast Track Designation does not, however,
assure the approval of any of the Company s study protocols or the ultimate approval of any BLA that may be
submitted by the Company to the FDA for marketing approval.

Under a manufacturing and development agreement, the Company and Medtronic, Inc. (_Medtronic ) have

co-developed a new catheter infusion device to infuse the Company s gene transfer product into the brain with respect

to the treatment of Parkinson s disease. (See =~ Manufacturing ). The FDA reviewed and approved the use of this device
in connection with the Company s Phase 2 clinical trial for its Parkinson s disease product under the Company s
investigational new drug application (_IND ). The use of such a catheter facilitates the delivery of the Company s gene
transfer treatment by neurosurgeons and simplifies the procedures for infusing the gene product into the brain. In

order for the Company to market its products, Medtronic must obtain the FDA s approval for the commercialization of
such catheter infusion device, and the Company must obtain sufficient quantities of the catheter infusion device

whether from Medtronic or another manufacturer. (See Risk Factors ).

The Company initiated its Phase 2 clinical trial for the treatment of advanced Parkinson s disease in December 2008
and completed all 44 of the planned surgeries associated with the trial in November 2009. The Company will be
evaluating the 44 trial participants that were enrolled across seven medical center sites. Half of the trial participants
were randomly selected to receive an infusion of the gene-based treatment bilaterally and the other half were
randomly selected to receive a sterile saline solution (the _Control Participants ). Trial participants are being assessed
for safety and for treatment effects by standardized Parkinson s disease ratings at multiple time points both pre and
post-procedure. The primary endpoint for the trial will be a clinical assessment of motor function at 6 months using
the Unified Parkinson s Disease Rating Scale (UPDRS). The Company expects to receive initial results, based on these
assessments, of its Phase 2 clinical trial at the end of the 6-month period following the completion of the last
participant s surgical procedure. All participants in the trial will continue to be monitored for safety for 12 months
following their respective surgical procedures. If such initial efficacy results are significantly positive and if the
12-month safety data is acceptable, then those Control Participants who continue to meet all entry, medical and
surgical criteria for the trial will be offered the opportunity to participate in the open label arm of the trial to receive a
bilateral infusion of the gene-based treatment.

In December 2009, the Data Monitoring Committee (the _DMC ), a group of independent medical experts, selected by
the Company, who are responsible for reviewing and evaluating the safety data generated from the Company s Phase 2
clinical trial, recommended no modifications to the clinical trial. This recommendation was based on the DMC s
review of all safety data from the first 20 patients enrolled in the clinical trial with at least one month of data.

The Company is currently taking steps to move toward a pivotal trial for the treatment of Parkinson s disease, and
hopes to be in a position to file its protocol with the FDA in 2010 or 2011. The Company s conduct of such a trial will
require, among other things, approval by the FDA and adequate funding. Currently, the Company estimates that the
pivotal trial could be completed in 2013 and the estimated total direct costs to reach that milestone are expected to be
between $20 million and $40 million. (See Risk Factors and Item7  Management s Discussion and Analysis of
Financial Condition and Results of Operations ).
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Epilepsy

General. Epilepsy, a group of diseases associated with recurrent seizures, is caused by periodic episodes of repetitive,
abnormal electrochemical disturbance in the central nervous system, beginning in the brain. Generalized seizures
happen when massive bursts of electrical energy sweep through the entire brain at once, causing loss of consciousness,
falls, convulsions or intense muscle spasms. Partial or focal seizures happen when the disturbance occurs in only one
part of the brain, affecting the physical or mental activity controlled by that area of the brain. Seizures may also begin
as partial or focal seizures and then generalize.

According to the Epilepsy Foundation (USA) (the _EF ), epilepsy affects more than 3 million Americans of all ages and
backgrounds, making it one of the most common neurological diseases in this country. Approximately 200,000 new
cases of seizures and epilepsy occur each year, with approximately 80% of epileptic Americans below age 65. Despite
optimal medical (drug) treatment, as many as 30% to 40% of people with epilepsy continue to have seizures and are
potential candidates for surgery, including gene transfer.

Product Development and Operations. Over the past several years, the Company has completed multiple pre-clinical
trials in rodents and two non-human primate studies to evaluate the toxicity and efficacy of using its gene transfer
technology in the brain for the treatment of epilepsy. The Company s approach is based on the use of the
non-pathogenic AAV vector, delivered using standard neurosurgical techniques. Other studies have demonstrated that
NPY, a 36-amino acid peptide which acts to dampen excessive excitatory activity and prevents seizures in multiple
animal models, had efficacy in preventing the development of spontaneous seizures that occur after a prolonged
episode of status epilepticus, a life-threatening condition in which the brain is in a state of persistent seizure. The
Company s proposed treatment uses gene transfer technology to deliver genes into the brain which restore the chemical
balance, but only in the areas in which the disease process is occurring.

In December 2006, the Company submitted an IND to the FDA for permission to begin a Phase 1 clinical trial in TLE.
The proposed clinical protocol for this study was presented to the RAC on September 23, 2004 and was reviewed
favorably.

On December 4, 2007, the Company announced the receipt of a grant from the Epilepsy Research Foundation, a joint
venture of three non-profit epilepsy organizations the Epilepsy Therapy Project, EF, and Finding a Cure for Epilepsy
and Seizures formed to identify and accelerate the development of promising epilepsy research. The grant will help
fund the Company s clinical epilepsy research.

In January 2008, the Company announced that as a result of comments from, and discussions with, the FDA, the
Company would need to conduct an additional pre-clinical trial in non-human primates prior to commencing a Phase 1
clinical trial. The non-human primate study would be designed to confirm the safety of the administration and use of
the AAV containing NPY.

In February 2010, the Company received a Notice of Allowance from the USPTO for intellectual property covering
the use of NPY for the treatment of TLE. The Company believes that this Notice of Allowance will protect the
Company s intellectual property rights with respect to the use of NPY for the treatment of TLE.

The Company s timetable for commencement of a Phase 1 clinical trial for its TLE product has been delayed, with any

such commencement being subject to, among other things, the successful completion of the additional pre-clinical

trial, the availability of funding, approval by the FDA and procurement of certain intellectual property licenses. (See
Risk Factors ). The Company cannot predict the timing for the conduct of additional trials or for a filing for the FDA s

approval of the epilepsy product.
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Huntington s Disease

General. Huntington s disease is a devastating, hereditary, degenerative brain disorder for which there is, at present, no
effective treatment or cure. Huntington s disease slowly diminishes the affected individual s ability to walk, think, talk
and reason. Early symptoms of Huntington s disease may affect cognitive ability or mobility and include depression,
mood swings, forgetfulness, clumsiness, involuntary twitching and lack of coordination. As the disease progresses,
concentration and short-term memory diminish and involuntary movements of the head, trunk and limbs increase.
Walking, speaking and swallowing abilities deteriorate and eventually a person is unable to care for himself or herself.
Ultimately, death occurs due to complications such as choking, infection or heart failure.

According to the Huntington s Disease Society of America, Huntington s disease is recognized as one of the more
common genetic disorders. More than a quarter of a million Americans have Huntington s disease or are atrisk of
inheriting the disease from an affected parent. Huntington s disease typically begins in mid-life, between the ages of 30
and 50 and affects males and females equally. Each child of a person with Huntington s disease has a 50 percent
chance of inheriting the fatal gene. Everyone who carries the gene will develop the disease.

Product Development and Operations. In November 2005, the Company announced findings from pre-clinical studies
which showed that a form of the gene XIAP (X-linked Inhibitor of Apoptosis Protein or _dXIAP ) may prevent the
progression of Huntington s disease. The Company further investigated the neuroprotective effects of dXIAP by
injecting pre-symptomatic rodents with AAV vectors encoding dXIAP into the striatum, an area of the brain normally
affected in patients with Huntington s disease. In the study, rodents injected with this vector experienced significant
reversal of motor dysfunction to the motor function level of normal rodents, while there was no improvement in the
motor function of rodents treated with a control vector. dXIAP also improved the function of the diseased neurons in
culture. Furthermore, no adverse effects due to dXIAP overproduction were observed.

In August 2008, the Company entered into a license agreement with Aegera Therapeutics Inc. (_Aegera ) (the Aegera
License Agreement ) whereby the Company was granted an exclusive license for the worldwide rights, excluding
China, for the use of dXIAP for therapeutic or prophylactic purposes in the treatment of Huntington s disease.

In September 2009, the Company received orphan drug designation from the FDA for its Huntington s disease product.

The Company s development of this therapy for Huntington s disease is currently in the pre-clinical phase. The
Company reviewed and analyzed its initial pre-clinical results and determined that additional pre-clinical testing is
required prior to seeking regulatory clearance to commence a Phase 1 clinical trial for this therapy. The timing of such
trial is subject to the completion of additional pre-clinical testing, the availability of funding, the availability of the
AAYV vector and an infusion system and to receipt of applicable regulatory approvals. (See Risk Factors The
Company Cannot Ensure that it will be Able to Pursue Further Trials for its Product Candidates or the Timing of any
Future Trials ).

Other Neurodegenerative and Metabolic Disorders

The Company has also undertaken efforts to develop gene transfer for the treatment of other neurodegenerative and
metabolic disorders, including depression and metabolic syndrome or genetically-based obesity. The Company is also
continuing its research and development of gene transfer for the treatment of these disorders. Since the Company s

primary focus remains the development of its product for the treatment of Parkinson s disease, the Company expects
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that these other treatment candidates will remain in research and pre-clinical phases for the next several years.

In January 2009, the Company and Cornell entered into the Cornell License Agreement which resulted from the
ongoing research and development relationship between the Company and Cornell under the Clinical Study
Agreement. Pursuant to the terms of the Cornell License Agreement, Cornell granted the Company an exclusive
license for the worldwide use of certain patents for the development of products and methods for the treatment of
psychiatric conditions.

Patents and Other Proprietary Rights

The Company believes that its success depends upon its ability to develop and protect proprietary products and
technology. Accordingly, whenever practicable, the Company applies for patents in the United States (and, in some
instances, foreign patents as well) covering those developments that it believes are innovative, technologically
significant and commercially attractive to its field of operations. At present, it holds the license to 17 issued

U.S. patents and 8 foreign patents, as well as more than 20 pending U.S. and foreign patent applications. In addition,
the Company owns 2 issued U.S. patents, 11 U.S. pending patent applications and 10 foreign patent applications. All
of the above patents cover gene transfer technologies and delivery mechanisms for gene transfer.

Exclusive patent licenses were granted by Rockefeller and TJU pursuant to research agreements that the Company had
with these institutions and by Aegera pursuant to the Aegera License Agreement and Cornell pursuant to the Cornell
License Agreement. Non-exclusive patent licenses were granted pursuant to agreements the Company has with
Rockefeller, Yale University and Diamyd Therapeutics AB (_Diamyd ).

All of such licenses granted to the Company cover patent rights and technical information relating to its gene transfer
products and its NLX technology. Under the licenses granted by Rockefeller, TJU, the Rockefeller-Yale Agreement
(as defined below) and Cornell, Drs. Michael Kaplitt and Matthew During, the Company s founders, are entitled to
receive, and have received, certain amounts out of the payments made by the Company to Rockefeller, TJU, Yale
University and Cornell pursuant to such licenses. (See Note 3 to Financial Statements).

In August 2002, the Company entered into a license agreement with Rockefeller and Yale University (the
Rockefeller-Yale Agreement ) whereby the universities granted to the Company a nonexclusive license to certain
patent rights and technical information. An initial fee of $20,000 was paid to each of the two universities pursuant to
the agreement, and the Company pays an annual maintenance fee of $5,000 per year to each university. In addition,
the Company must make additional payments upon reaching certain milestones. The Company has the right to

terminate the agreement at any time on 3 months notice. (See Note 10 to Financial Statements).

On July 2, 2003, the Company entered into the Clinical Study Agreement with Cornell to sponsor the Company s
Phase 1 clinical trial for the treatment of Parkinson s disease. Under this agreement, the Company paid Cornell
$36,000 when each patient commenced treatment and $23,000 annually for the services of a nurse to assist in the
clinical trial. The Company fulfilled its obligation under this portion of the agreement in May 2006 when the last
patient to participate in the Phase 1 clinical trial completed its one-year follow-up. On September 24, 2004, the parties
amended the Clinical Study Agreement to provide for research covering the development of gene transfer approaches
to neurodegenerative disorders, including Parkinson s disease, Huntington s disease, Alzheimer s disease and epilepsy
(the _Scientific Studies ). On March 2, 2007, the parties entered into Amendment No. 2 to the Clinical Study
Agreement, among other things, to extend the agreement until August 31, 2008 and to further expand the scope of
work to cover research and activities relating to mechanisms by which certain gene therapy treatments may penetrate
the blood-brain barrier (_Blood-Brain Barrier Research ). On July 23, 2009, the
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parties entered into Amendment No. 3 to the Clinical Study Agreement to eliminate all Blood-Brain Barrier Research
from the scope of work and to extend the performance period of the sponsored research program until terminated by
the Company upon 30 days prior written notice or by Cornell if circumstances beyond Cornell s reasonable control
preclude continuation of the Scientific Studies.

This sponsored research under the Clinical Study Agreement is funded by the Company and is being conducted in
Cornell s Laboratory of Molecular Neurosurgery under the direction of Dr. Michael Kaplitt. The Company is required
to pay Cornell $135,000 per year for the duration of the Scientific Studies. (See Note 10 to Financial Statements).
Pursuant to the terms of the Cornell License Agreement, the Company agreed to continue to provide research support
to Cornell under the Clinical Study Agreement until the expiration of the Cornell License Agreement.

Effective May 2006, the Company entered into a Sponsored Research Agreement (_Research Agreement ) with OSURF
which provides for research covering the development of gene transfer approaches to neurodegenerative disorders,
including Parkinson s disease, epilepsy, Huntington s disease and Alzheimer s disease, as well as gene transfer
approaches to pain, stroke, neurovascular diseases and other research. The Company has first right to negotiate with
OSUREF, on reasonably commercial terms, for an exclusive, worldwide right and license for commercial products
embodying inventions conceived under the Research Agreement if there is involvement from employees of OSURF.

The term of the Research Agreement, as amended in September 2009, runs through November 10, 2010.

The Company entered into a Sublicense Agreement, effective as of August 4, 2006, with Diamyd (the _Sublicense
Agreement ). Pursuant to the Sublicense Agreement, Diamyd granted to the Company a non-exclusive worldwide
license to certain patent rights and technical information for the use of a gene version of GAD 65 in connection with
the Company s gene transfer treatment for Parkinson s disease. The Company paid Diamyd an initial fee of $500,000
and will pay annual license maintenance fees and certain milestone and royalty payments to Diamyd, as provided for
in the Sublicense Agreement. The Sublicense Agreement will terminate upon the last to occur of: (a) expiration of the
last to expire patent covered by the Sublicense Agreement; (b) such time as any claims under a properly filed patent
application have been fully prosecuted; or (c) 17 years. However, either party may terminate earlier pursuant to the
terms of the Sublicense Agreement.

On August 28, 2008, the Company entered into the Aegera License Agreement whereby Aegera granted the Company
an exclusive license for the worldwide rights, excluding China, for the use of the XIAP gene (x-linked inhibitor of
apoptosis protein) for therapeutic or prophylactic purposes in the treatment of Huntington s disease. Under the terms of
the Aegera License Agreement, the Company paid Aegera an initial fee and, during the term of the Aegera License
Agreement, the Company will pay to Aegera an annual license maintenance fee and certain milestone and royalty
payments, as provided for in the Aegera License Agreement. The Company may terminate the Aegera License
Agreement upon 90 days written notice to Aegera.

On January 13, 2009, the Company entered into the Cornell License Agreement whereby Cornell granted the
Company an exclusive license for the worldwide use of certain patents for the development of products and methods
for the treatment of psychiatric conditions. Under the terms of the Cornell License Agreement, the Company paid
Cornell an initial fee and, during the term of the Cornell License Agreement, will pay to Cornell an annual license
maintenance fee and certain milestone and royalty payments as provided for in the Cornell License Agreement. The
Cornell License Agreement will terminate on the expiration date of the longest-lived patent rights covered thereunder
unless earlier terminated by Cornell or the Company pursuant to the terms thereof. In addition, the Company agreed to
continue to provide research support to Cornell under the Clinical Study Agreement during the term of the Cornell
License Agreement.
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In addition to patents, the Company relies on trade secrets, technical know-how and continuing technological
innovation to develop and maintain its competitive position. The Company requires all of its employees to execute
confidentiality and assignment of invention agreements. These agreements typically provide that (i) all materials and
confidential information developed or made known to the individual during the course of the individual s relationship
with the Company are to be kept confidential and not disclosed to third parties except in specific circumstances and
(ii) all inventions arising out of the relationship with the Company shall be the Company s exclusive property. While
the Company takes these and other measures to protect its trade secrets, such measures do not ensure against the
unauthorized use and/or disclosure of its confidential information.

In February 2010, the Company received a Notice of Allowance from the USPTO for intellectual property covering
the use of NPY for the treatment of TLE. The Company believes that this Notice of Allowance will protect the
Company s intellectual property rights with respect to the use of NPY for the treatment of TLE.

In January 2010, the USPTO expanded the intellectual property protections enabled by a previously issued patent that

is central to the Company s Parkinson s disease program. The new allowances to the U.S. Patent entitled Glutamic acid
decarboxylase (GAD) based delivery systems, broaden the patent s coverage beyond Parkinson s disease to include the
use of a gene called GADGS in the treatment of other neurological and related disorders.

The Company s intellectual property rights may be called into question, subject to litigation or forfeited in certain
situations. (See Risk Factors The Company s Intellectual Property Rights may be Called into Question or Subject to
Litigation and Risk Factors If the Company Fails to Meet Certain Milestones Related to its Intellectual Property
Licenses with Third Parties, the Company Could Forfeit License Rights That Are Important to its Business ).

Manufacturing

The Company, or third parties retained by it, will need to have available, or develop, capabilities for the manufacture

of components and delivery systems utilized in the Company s products, including all necessary equipment and
facilities. In order to receive approval by the FDA and commercialize its product candidates, the Company must

develop and implement manufacturing processes and facilities that comply with governmental regulations, including

the FDA s Good Manufacturing Practices(_ GMP ). As discussed below, the Company manufactured its own AAV and
other components for its Phase 1 clinical trial for Parkinson s disease and contracted and oversaw a third party
manufacturer for the production of its Phase 2 clinical trial for Parkinson s disease and its previously planned Phase 1
clinical trial for epilepsy. All products have been reviewed by the Company and the third party manufacturer and
subsequently were submitted to the FDA for review. The large scale manufacture and development of components and
systems will require both time and significant funding. (See Risk Factors The Company Does Not Have any
Experience in Manufacturing Product for Commercial Sale and Risk Factors The Company s Ability to Manufacture
Product Depends upon FDA Approval and Access to Third-Party Manufacturing Facilities ).

The Company s adeno-associated virus glutamic acid decarboxylase (the__AAVGAD ) for Parkinson s disease, as well as
other product candidates for its other therapies, is a biological product requiring manufacture in specialized facilities.

As the Company s development programs advance through the phases of clinical development, the regulatory

requirements increase for manufacture of these products. The Company is planning to continue manufacturing product
consistent with current GMP as defined by the FDA and commensurate with the clinical phase of development and
commercial release. The Company does not currently own any such facilities, and it is evaluating whether it will seek

to establish such capabilities on its own or instead will contract with third parties for such manufacturing.
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The Company contracted with Cincinnati Children s Hospital Medical Center ( CCHMC ) for the production of the
AAYV viral vectors to be used in the Company s Phase 2 clinical trial for Parkinson s disease and Phase 1 clinical trial
for epilepsy. The agreement required CCHMC to produce such vectors in accordance with current GMP for the
corresponding clinical phase of development. The products have been released by CCHMC and the Company, and the
products have been filed with the FDA in connection with the Company s submitted clinical protocols. The AAV
vector for the Phase 2 clinical trial for Parkinson s disease was produced and was supplied by CCHMC as approved by
the FDA. The Company does not expect that CCHMC will manufacture the AAV viral vectors for a Phase 3 clinical
trial for Parkinson s disease.

Currently, there is no commercial product available for infusion of gene therapeutics or other biological agents into
the brain and all clinical trials to date, including the Company s Phase 1 clinical trial for Parkinson s disease, have
utilized either experimental devices created specifically for the particular trial or have used technologies which were
not designed for use in the brain. Under a manufacturing and development agreement with Medtronic (the
Manufacturing and Development Agreement ), the Company s scientists, along with Medtronic s engineers, developed a
novel catheter infusion device for infusing gene therapies into the brain. The Company used this device in its Phase 2
clinical trial for Parkinson s disease and plans to use it in follow-on clinical studies. In order for the Company to
market its products, the FDA s approval is required for use of such catheter infusion device. As of December 31, 2009,
the Company had paid $850,000 to Medtronic under the Manufacturing and Development Agreement and purchased
the catheter infusion devices used in its Phase 2 clinical trial for Parkinson s disease pursuant to an addendum to the
Manufacturing and Development Agreement. While Medtronic is not obligated to manufacture and supply such
device for a Phase 3 clinical trial for Parkinson s disease or for commercialization of the Parkinson s product,
Medtronic has indicated its intent to manufacture and supply such device for a Phase 3 clinical trial for Parkinson s
disease, subject to the execution and delivery of a definitive agreement satisfactory to Medtronic. If Medtronic does
not elect to manufacture and supply the device for such Phase 3 clinical trial, the Company will have to utilize
alternative manufacturers and suppliers for such device. (See Risk Factors The Company s Ability to Manufacture
Products Depends upon FDA Approval and Access to Third-Party Manufacturing Facilities ).

The Manufacturing and Development Agreement provides Medtronic with rights of first offer and first refusal

involving the distribution or commercialization of any of the Company s gene therapies for Parkinson s disease or TLE.
These rights granted to Medtronic will have an impact on the Company s negotiations with respect to strategic
collaborations for the further development and funding of the Company s Parkinson s product, including the conduct of
a Phase 3 clinical trial and the future manufacture and marketing of a commercial product. (See Risk Factors The
Company Does Not Have Sufficient Funds to Continue its Operations in the Long Run or to Commercialize its

Product Candidates ).

The Company continues to seek manufacturing capabilities for its AAV vectors and catheter infusion devices in
connection with a potential pivotal trial for the treatment of Parkinson s disease and for use in its other gene therapy
products. At the present time, the Company is evaluating whether it will seek to establish such capabilities on its own
or instead will contract with third parties for such manufacturing. (See Risk Factors The Company Does Not Have
any Experience in Manufacturing Products for Commercial Sale ).

Competition

The Company is aware of other companies currently conducting clinical trials of gene transfer products in humans to
treat Parkinson s disease, and recognizes that it faces intense competition from pharmaceutical companies,
biotechnology companies, universities, governmental entities and other healthcare providers developing alternative

treatments for Parkinson s
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disease, Huntington s disease and epilepsy. At this time, the Company is not aware of any new developments with
respect to these trials or with respect to the trials described below. Alternative treatments include surgery, deep brain
stimulator implants and the use of pharmaceuticals. The Company may also face competition from companies and
institutions involved in developing gene transfer and cell therapy treatments for other diseases, whose technologies
may be adapted for the treatment of central nervous system disorders. Some companies, such as Genzyme Corp.
(_Genzyme ), Cell Genesys, Inc., and Targeted Genetics Corporation, have significant experience in developing and
using AAV vectors to deliver gene transfer products.

Oxford Biomedica (_Oxford ), a gene therapy company using the lentivirus to deliver therapeutic genes, announced
results from the first six patients in its Phase 1/2 trial of its proprietary gene therapy, ProSavin, for the treatment of
Parkinson s disease. Oxford indicated that all six patients showed improved motor function at six months and that the
safety profile of ProSavin had been maintained at six months with no evidence of adverse events or immunologic
reactions to the treatment. Oxford is in the first stage of its clinical trial in France, an open-label dose escalation study
designed to evaluate at least two dose levels of ProSavin in cohorts of three patients each. If such trial is successful,
Oxford has stated it will commence a Phase 3 clinical trial.

Ceregene, Inc. (_Ceregene ), an affiliate company of Cell Genesys, Inc., announced, in November 2008, that its Phase 2
clinical trial for Parkinson s disease failed to demonstrate an appreciable difference between patients treated with AAV
expressing the neurturin gene (a nerve growth factor) versus those in the control group. In May 2009, Ceregene

reported additional findings from the trial and in September 2009 commenced a new Phase 1/2 clinical trial for
Parkinson s disease administering the same gene into an additional target in the brain. In June 2007, Ceregene
announced that it had entered into a partnership with Genzyme for the development and commercialization of its
Parkinson s indication. Under this partnership, Genzyme gained all marketing rights outside of the U.S. and Canada to
Ceregene s Parkinson s indication. The Company is unaware of Ceregene s future plans with regard to this indication.

Genzyme purchased the AAV gene transfer assets of Avigen, Inc. (_Avigen ) in December 2005, including Avigen s
AV201, an AAV vector containing the gene for AADC (aromatic amino acid decarboxylase) which is delivered
directly to the part of the brain that requires dopamine to control movement. In August 2004, Avigen announced that
the FDA had authorized it to initiate a Phase 1/2 clinical trial of gene transfer for the treatment of Parkinson s disease
using AV201. Avigen commenced such trial, with its first patient undergoing gene transfer surgery in December 2004,
and Genzyme has since taken over the control of the study. In May 2008, Genzyme published interim results of the
trial in Neurology. According to the conclusions of the publication, Genzyme s gene therapy approach has been well
tolerated thus far and shows PET evidence that the AADC gene is evident in the brain. This study is separate and
distinct from Ceregene s study discussed above.

Many of the Company s competitors have significantly greater research and development, marketing, manufacturing,
financial and/or managerial resources than the Company enjoys. Moreover, developments by others may render the
Company s products or technologies noncompetitive or obsolete.

Government Regulation

All of the Company s potential products must receive regulatory approval before they can be marketed. Human
therapeutic products are subject to rigorous pre-clinical and clinical testing and other pre-market approval procedures
administered by the FDA and similar authorities in foreign countries. In accordance with the Federal Food, Drug and
Cosmetics Act, the FDA exercises regulatory authority over, among other things, the development, testing,
formulation, manufacture, labeling, storage, record keeping, reporting, quality control,
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advertising, promotion, export and sale of the Company s potential products. Similar requirements are imposed by
foreign regulatory agencies. In some cases, state regulations may also apply.

Gene transfer is a relatively new technology that has not been extensively tested or shown to be effective in humans.
The FDA reviews all product candidates for safety at each stage of clinical testing. Safety standards must be met
before the FDA permits clinical testing to proceed to the next stage. Also, efficacy must be demonstrated before the
FDA grants product approval. The approval process and ongoing compliance with applicable regulations after
approval is time intensive and involves substantial risk and expenditure of financial and other resources. (See Risk
Factors The Company is Subject to Stringent Regulation; FDA Approvals ).

Pre-clinical trials generally require studies in the laboratory or in animals to assess the potential product s safety and
effectiveness. Pre-clinical trials include laboratory evaluation of toxicity; pharmacokinetics, or how the body
processes and reacts to the drug; and pharmacodynamics, or whether the drug is actually having the expected effect on
the body. Pre-clinical trials must be conducted in accordance with the FDA s Good Laboratory Practice regulations
and, before any proposed clinical testing in humans can begin, the FDA must review the results of these pre-clinical
trials as part of an IND.

If pre-clinical trials of a product candidate, including animal studies, demonstrate safety, and laboratory test results are
acceptable, then the potential product may undergo clinical trials to test the therapeutic agent in humans. Human
clinical trials are subject to numerous governmental regulations that provide detailed procedural and administrative
requirements designed to protect the trial participants. Each institution that conducts human clinical trials has an
Institutional Review Board or Ethics Committee charged with evaluating each trial and any trial amendments to
ensure that the trial is ethical, subjects are protected and the trial meets the institutional requirements. These
evaluations include reviews of how the institution will communicate the risks inherent in the clinical trial to potential
participants, so that the subjects may give their informed consent. Clinical trials must be conducted in accordance with
the FDA s Good Clinical Practices regulations and the protocols established by the Company to govern the trial
objectives, the parameters to be used for monitoring safety, the criteria for evaluating the efficacy of the potential
product and the rights of each participant with respect to safety. FDA regulations require the Company to submit these
protocols as part of the application. FDA review or approval of the protocols, however, does not necessarily mean that
the trial will successfully demonstrate safety and/or efficacy of the potential product. (See Risk Factors The Company
is Subject to Stringent Regulation; FDA Approvals ).

Institutions that receive National Institutes of Health (_NIH ) funding for gene transfer clinical trials must also comply
with the NIH Recombinant DNA Guidelines, and the clinical trials are subject to a review by the RAC. The outcome

of this review can be either an approval to initiate the trial without a public review or a requirement that the proposed
trial be reviewed at a quarterly committee meeting. A clinical trial will be publicly reviewed when at least three of the
committee members or the Director of the Office of Biotechnology Activities recommends a public review. The

review by the RAC may also delay or impede the Company s clinical trials. (See Risk Factors The Company s
Research Activities are Subject to Review by the RAC ). On December 3, 2007, the Company reviewed its Parkinson s
disease Phase 2 protocol with the RAC in a public forum. In December 2008, the Company initiated its Phase 2

clinical trial for the treatment of advanced Parkinson s disease.

Clinical trials are typically conducted in three phases and may involve multiple studies in each phase. In Phase 1,
clinical trials generally involve a small number of subjects, who may or may not be afflicted with the target disease, to
determine the preliminary safety profile of the treatment. In Phase 2, clinical trials are conducted with larger groups of
subjects afflicted with the target disease in order to establish preliminary effectiveness and optimal dosages and to
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obtain additional evidence of safety of the treatment. In Phase 3, large-scale, multi-center, comparative clinical trials
are conducted with subjects afflicted with the target disease in order to provide enough data for the statistical proof of
efficacy and safety of the treatment required by the FDA and other regulatory agencies for market approval. The
Company reports its progress in each phase of clinical testing to the FDA, which may require modification,

suspension or termination of the clinical trial if it deems that patient risk is too high. The length of the clinical trial
period, the number of trials conducted and the number of enrolled subjects per trial vary, depending on the Company s
results and the FDA s requirements for the particular clinical trial. Although the Company and other companies in its
industry have made progress in the field of gene transfer, it cannot predict what the FDA will require in any of these
areas to establish to its satisfaction the safety and effectiveness of the product candidate. (See Risk Factors The
Company is Subject to Stringent Regulation; FDA Approvals ).

If the Company successfully completes clinical trials for a product candidate, it must obtain FDA approval or similar
approval required by foreign regulatory agencies, as well as the approval of several other governmental and
nongovernmental agencies, before it can market the product in the United States or in foreign countries. Current FDA
regulations relating to biologic therapeutics require the Company to submit an acceptable BLA to the FDA to receive
the FDA s approval before the Company may commence commercial marketing. The BLA includes a description of
the Company s product development activities, the results of pre-clinical trials and clinical trials and detailed
manufacturing information. Unless the FDA gives expedited review status (which the Company has been granted by
the FDA with regards to Parkinson s disease), this stage of the review process generally takes at least one year. Should
the FDA have concerns with regard to the potential product s safety and efficacy, it may request additional data, which
could delay product review or approval. The FDA may ultimately decide that the BLA does not satisfy its criteria for
approval and might require the Company to do any or all of the following:

modify the scope of its desired product claims;
add warnings or other safety-related information; and/or
perform additional testing.

Because the FDA has not yet approved any gene transfer products, it is not clear what, if any, unforeseen issues may
arise during the approval process. The Company expects the FDA s regulatory approach to product approval, and its
requirements with respect to product testing, to become more predictable as its scientific knowledge and experience in
the field of gene transfer increases. Adverse events in the field of gene transfer or other biotechnology-related fields,
however, could result in greater governmental regulation, stricter labeling requirements and potential regulatory
delays in the testing or approval of gene transfer products. (See Risk Factors Events in the General Field of Gene
Transfer may Affect the Company s Ability to Develop its Products ).

Once approved by the FDA, marketed products are subject to continual review by the FDA, which could result in
restrictions on marketing a product or in its withdrawal from the market, as well as potential criminal penalties or
sanctions. (See Risk Factors Once Approved by the FDA, the Company s Products Would Remain Subject to
Continual FDA Review and Risk Factors The Company May Face Liability Due to its Use of Hazardous Materials ).

Employees
As of December 31, 2009, the Company had twelve full-time employees, of which eight are directly involved in its
research and development activities, including product development, manufacturing, regulatory affairs and clinical

affairs. Four of the Company s employees have Ph.D. degrees, with expertise in virology, protein chemistry and
molecular biology. The
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Company s employees are not subject to any collective bargaining agreements, and the Company regards its relations
with its employees to be good.

Scientific Advisory Board

The Company has assembled the SAB to advise the Company on the selection, implementation and prioritization of
its research programs. The SAB, which currently consists of the following seven scientists, did not meet in 2009 and
met one time in 2008.

Paul Greengard, Ph.D. Dr. Greengard has been a member and the chairman of the SAB since July 2003.

Dr. Greengard receives an annual fee of $25,000 for his participation in the SAB. Dr. Greengard is the Vincent Astor
Professor and Chairman of the Laboratory of Molecular and Cellular Neuroscience at Rockefeller. Dr. Greengard was
awarded the 2000 Nobel Prize in Physiology or Medicine. Dr. Greengard received a Ph.D. in biophysics from Johns
Hopkins University. Prior to joining Rockefeller in 1983, Dr. Greengard was the director of biochemical research at
the Geigy Research Laboratories and simultaneously Professor of Pharmacology and Professor of Psychiatry at the
Yale University School of Medicine. Dr. Greengard is an elected member of the U.S. National Academy of Sciences
and its Institute of Medicine and of the American Academy of Arts and Sciences. He is also a foreign member of the
Royal Swedish Academy of Sciences and a member of the Norwegian Academy of Science and Letters.

Andrew J. Brooks, Ph.D. Dr. Brooks has been a member of the SAB since January 2002. Dr. Brooks receives an
annual fee of $12,000 for his participation in the SAB. Dr. Brooks is currently the Director of the Bionomics Research
and Technology Center (_BRTC ) at the Environmental and Occupational Health Science Institute of the University of
Medicine and Dentistry of New Jersey (_UMDNI ). He is also the Associate Director of Technology Development at
Rutgers University s Cell and DNA Repository and an Associate Professor of Environmental Medicine and Genetics at
UMDNUJ. Dr. Brooks is a molecular neuroscientist whose research focuses on deciphering the molecular mechanisms
that underlie memory and learning. These studies investigate gene-environment interactions in the context of aging,
neurodegenerative disease and neurotoxicant exposure. Previously, Dr. Brooks was the Director of the Center for
Functional Genomics in the Aab Institute for Biomedical Science at the University of Rochester from which he also
received his Ph.D.

Matthew J. During, M.D., D.Sc. Dr. During, one of the Company s scientific co-founders, has been a member of the
SAB since October 1999. Dr. During receives an annual fee of $175,000 as a consultant to the Company (see Notes 3
and 10 to Financial Statements), but does not receive an additional fee for his participation in the SAB. Dr. During is
currently Professor of Molecular Virology, Immunology and Medical Genetics, Neuroscience and Neurosurgery at the
Ohio State Medical School where he directs neuroscience and neurosurgical gene transfer programs. He is also a
Professor of Molecular Medicine and Pathology at AUL. From June 2004 to February 2006 he was the Research Lab
Director of the Department of Neurological Surgery at Cornell University. He served as Director of the CNS Gene
Therapy Center and Professor of Neurosurgery at Jefferson Medical College from 1998 through 2002. From 1989
through 1998, Dr. During was an Assistant then Associate Professor of Neurosurgery at Yale University where he
directed a translational neuroscience program and headed Yale s first gene transfer protocol. Dr. During received his
M.D. and D.Sc. from the AUL School of Medicine and did further postgraduate training at M.L.T. from 1985 to 1987,
Massachusetts General Hospital and Harvard Medical School from 1986 to 1989 and Yale University from 1988 to
1989.

Michael G. Kaplitt, M.D., Ph.D. Dr. Kaplitt, one of the Company s scientific co-founders, has been a member of the
SAB since October 1999. Dr. Kaplitt receives an annual fee of $175,000 as a consultant to the Company (see Notes 3

and 10 to Financial Statements), but
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does not receive an additional fee for his participation in the SAB. Dr. Kaplitt is Associate Professor and
Vice-Chairman for Research, Department of Neurological Surgery at Weill Medical College of Cornell University. He
is also a Clinical Associate Attending, Department of Neurosurgery at Memorial-Sloan Kettering Cancer Center, and
Adjunct Faculty at Rockefeller University. Dr. Kaplitt graduated magna cum laude with a Bachelor s degree in
Molecular Biology from Princeton University. He received a Ph.D. in Molecular Neurobiology from Rockefeller in
1993 and his M.D. from Cornell University School of Medicine in 1995. He completed his neurosurgical residency
training at the New York Hospital Cornell Medical Center in 2000 and a Fellowship in Stereotactic and Functional
Neurosurgery at the University of Toronto, Toronto Ontario, Canada in 2001. Dr. Kaplitt is the son of Dr. Martin
Kaplitt.

Daniel H. Lowenstein, M.D. Dr. Lowenstein has been a member of the SAB since January 2005. Dr. Lowenstein
receives an annual fee of $12,000 for his participation in the SAB. Dr. Lowenstein is Professor and Vice Chairman in
the Department of Neurology at the University of California, San Francisco (_UCSF ), Director of the UCSF Epilepsy
Center and Director of Physician-Scientist Training Programs for the UCSF School of Medicine. He received his
M.D. degree from Harvard Medical School in 1983. Dr. Lowenstein established the UCSF Epilepsy Research
Laboratory, and was the Robert B. and Ellinor Aird Professor of Neurology from 1998 to 2000. He then joined
Harvard Medical School as the Dean for Medical Education and Carl W. Walter Professor of Neurology for two and a
half years, and in 2003, moved back to UCSF in his current position. During 2004, he served as the President of the
American Epilepsy Society. His research interests have included the molecular and cellular changes in neural
networks following seizure activity and injury, and the clinical problem of status epilepticus. More recently, he has
turned his attention to the genetics of epilepsy, and he is leading the Epilepsy Phenome/Genome Project, a large,
national study aimed at identifying the genes responsible for the more common forms of epilepsy. Dr. Lowenstein has
received several national awards for excellence in teaching and numerous academic honors and awards, including the
American Epilepsy Society s 2001 Basic Research Award. Among his numerous publications, he has authored
approximately 80 papers in peer-reviewed journals, 80 research abstracts and 43 review articles, editorials and book
chapters.

Andres M. Lozano, M.D., Ph.D. Dr. Lozano has been a member of the SAB since April 2001. Dr. Lozano receives an
annual fee of $25,000 for his participation in the SAB. He is currently Professor of Neurosurgery and holds the
Ronald Tasker Chair in Stereotactic and Functional Neurosurgery at The University of Toronto. Dr. Lozano received
his M.D. from the University of Ottawa and a Ph.D. from McGill University. He completed a residency in
Neurosurgery at the Montreal Neurological Institute prior to joining the staff at the University of Toronto. Dr. Lozano
is the Past President of each of the American Society for Stereotactic and Functional Neurosurgery and the World
Society for Stereotactic and Functional Neurosurgery.

Eric J. Nestler, M.D., Ph.D. Dr. Nestler has been a member of the SAB since May 2004. Dr. Nestler receives an
annual fee of $12,000 for his participation in the SAB. Dr. Nestler s research focuses on better understanding the
molecular mechanisms of addiction and depression in animal models, and using this information to develop improved
treatments for these disorders. He has authored or edited seven books and published more than 375 articles and
reviews relating to the field of neuropsychopharmacology. From 1992-2000, he was Director of the Abraham Ribicoff
Research Facilities and of the Division of Molecular Psychiatry at Yale University. From 2000-2008, he served as
Professor and Chairman of the Department of Psychiatry at The University of Texas Southwestern Medical Center at
Dallas. In 2008, he moved to the Mount Sinai School of Medicine in New York, where he is now Chairman of the
Department of Neuroscience and Director of the Mount Sinai Brain Institute. Dr. Nestler s awards and honors include
the Pfizer Scholars Award (1987), Sloan Research Fellowship (1987), McKnight Scholar Award (1989), Efron Award
of the American College of Neuropsychopharmacology (1994), Pasarow Foundation Award for Neuropsychiatric
Research (1998), Fondation Ipsen
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Prize in Neural Plasticity (2008), and the Patricia Goldman-Rakic Award from NARSAD (2008). He is a member of
the Institute of Medicine (elected 1998) and a fellow of the American Academy of Arts and Sciences (elected 2005).

Item 1A. Risk Factors
RISK FACTORS

The following sets forth some of the business risks and challenges facing the Company as it seeks to develop its
business:

The Company is Still in the Development Stage and Has Not Generated any Revenues.

From inception through December 31, 2009, the Company has incurred net losses of approximately $47.8 million and
negative cash flows from operating 