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Our Lead Product Candidate: GT-02287 for the Treatment of GBA1 Parkinson’s disease  

Our Research Programs Using SEE-Tx® Platform 



Our Platform for Computational Target and Drug Discovery 

Overview 

Allosteric Binding Site Identification 

Advantages of Targeting Allosteric Binding Sites  



Identification of Structurally Targeted Allosteric Regulators (“STARs”) – Our Molecular Hypothesis  

Allosteric Regulators Cover Several Mechanisms of Action   

Enzyme Misfolding and Disease  



 

Limitations of Current Therapies for the Treatment of LSDs  



Our Pipeline of STARs 

Our Product Pipeline 

Overview of GBA1 Parkinson’s Disease  

GBA1



Overview of Gaucher Disease

Preclinical Characterization of Lead Compound GT-02287 for the Treatment of GBA1-related Diseases 



 Activity in Biophysical and Cell-based Assays  

Toxicology and Safety  

Pharmacokinetics  

In-Vivo Pharmacology in PD Animal Models 



Results of the CBE/PFF Mouse Model 

 

 

 

Results of the Rotenone Rat Model 

 



 
In Vivo Pharmacology in GD Animal Models  

Results of the CBE Mouse Model 

Iba-1 levels in brains of CBE-injected mice treated with GT-02329                             Motor Function 



in vitro

Overview of Krabbe Disease 

Preclinical Characterization of GALC Lead Compounds 

Biological Activity 



In Vitro Characterization of STARs for the Treatment of GM1 Gangliosidosis

in 
vitro

Primary Screening

Allosteric Regulators in Oncology



 
Target Selection Strategy  

 
Our Oncology Programs
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Preclinical Studies and Clinical Trials for Drugs 

• Phase 1

• Phase 2

• Phase 3



U.S. Marketing Approval for Drugs 



Orphan Drug Designation and Exclusivity 



Expedited Development and Review Programs for Drugs 



U.S. Post-Approval Requirements for Drugs 
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Other Regulatory Matters 



Healthcare Reform 
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Other Healthcare Laws and Regulations 





Data Privacy and Security 

Coverage and Reimbursement  

Government Regulation of Drugs Outside of the United States 





EU Post-Approval Requirements 



Orphan designation in the EU 

Conduct of clinical trials in the EU 



The position in the United Kingdom 



Convenio General de la Industria Quimica”



Investing in our securities involves a high degree of risk. You should carefully consider the following risks and other 
information in this Annual Report in evaluating us and our Common Stock. Any of the following risks could materially 
and adversely affect our results of operations, our financial condition, and the market price of our Common Stock. 
Although the risk factors are grouped by general category, many of the risks described in a given category relate to 
multiple categories. The risks described below are not the only ones that we face. Additional risks not presently known 
to us or that we currently deem immaterial may also affect our business, operating results, prospects or financial 
condition. See “Cautionary Statement Regarding Forward-Looking Statements” in this Annual Report. If any of these 
risks actually materialize, our business, prospects, financial condition and results of operations could be seriously 
harmed. This could cause the trading price of our common stock to decline, resulting in a loss of all or part of your 
investment. 



We have a history of operating losses and expect to incur losses for the foreseeable future. We may never generate 
revenues or, if we are able to generate revenues, achieve profitability. 



We have a limited operating history and we expect a number of factors to cause our operating results to fluctuate 
on a quarterly and annual basis, which may make it difficult to predict our future performance. 
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We may conduct certain of our clinical trials for our product candidates outside of the U.S. which, among other 
risks, exposes us to the possibility that the FDA and other foreign equivalents may not accept data from such trials, 
in which case our development plans will be delayed, which could materially harm our business.  
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If preclinical studies or clinical trials for our product candidates cannot be initiated or completed or if they are 
delayed or unsuccessful, we will be unable to meet our future development and commercialization goals. 
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The disorders we seek to treat have low prevalence and it may be difficult to identify patients with these disorders, 
which may lead to delays in enrollment for our trials or slower commercial revenue if approved, and we may also 
face enrollment challenges as a result of other factors. 
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Our product candidates are novel and still in development. If we are unable to successfully develop, receive 
regulatory approval for and commercialize our current or future product candidates, our business will be harmed. 

We have not tested any of our product candidates in clinical trials. Success in early preclinical studies or clinical 
trials may not be indicative of results obtained in later preclinical studies and clinical trials. 



The approach we are taking to discover and develop our product candidates is novel and may never lead to 
marketable products. 

We may expend our limited resources to pursue a particular product candidate or indication and fail to capitalize 
on product candidates or indications that may be more profitable or for which there is a greater likelihood of 
success. 



Clinical trials required for our product candidates are expensive and time-consuming, and their outcome is 
uncertain. 

We have limited experience as a company conducting clinical trials and may be unable to complete pivotal clinical 
trials for any product candidates we may develop. 
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We are subject to extensive and costly government regulation. 

If we decide to pursue a Fast Track Designation for some of our product candidates, it may not lead to a faster 
development or regulatory review or approval process. 



If we decide to seek Orphan Drug Designation for some of our product candidates, we may be unsuccessful or 
may be unable to maintain the benefits associated with Orphan Drug Designation, including the potential for 
supplemental market exclusivity. 

We do not have, and may never obtain, the regulatory approvals we need to market our product candidates. 



Our product candidates may cause serious adverse events (“SAEs”) or undesirable side effects which may delay or 
prevent marketing approval, or, if approval is received, require them to be taken off the market, require them to 
include safety warnings or otherwise limit their sales. 
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Even if approved, our products will be subject to extensive post-approval regulation. 



Even if we obtain regulatory approval to market our product candidates, our product candidates may not be 
accepted by the market. 
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We will need to raise additional capital, which may cause dilution to our stockholders, restrict our operations or 
require us to relinquish rights to our technologies or product candidates, and additional capital may not be available 
on favorable terms or at all, which may force us to  delay, reduce the scope of or eliminate our research and 
development programs, reduce our commercialization efforts or curtail our operations.   
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We face intense competition in the markets targeted by our product candidates. Many of our competitors have 
substantially greater resources than we do, and we expect that all of our product candidates under development 
will face intense competition from existing or future drugs. 



Competition and technological change may make our product candidates and technologies less attractive or 
obsolete. 

Our business and operations may be adversely affected by health epidemics or pandemics. 



We rely on a license to use the technology that is material to our business and if the agreements underlying the 
licenses were to be terminated or if other rights that may be necessary for commercializing our intended products 
cannot be obtained, it would halt our ability to market our products and technology, as well as have an immediate 
material adverse effect on our business, operating results and financial condition. 

Our success depends substantially upon our ability to obtain and maintain intellectual property protection 
relating to our products and technologies. 

If we fail to protect our intellectual property rights, our ability to pursue the development of our technologies and 
products would be negatively affected. 



We may be involved in lawsuits to protect or enforce our patents, which could be expensive and time consuming. 



inter partes

If we infringe the rights of third parties, we could be prevented from selling products or forced to pay damages and 
defend against litigation. 



We intend to rely on third parties to conduct, supervise and monitor our clinical trials, and if those third parties 
perform in an unsatisfactory manner, it may harm our business. 

We intend to rely on third parties to manufacture the compounds used in our studies, and we intend to rely on them 
for the manufacture of any approved products for commercial sale. If these third parties do not manufacture our 
product candidates in sufficient quantities and at an acceptable cost, clinical development and commercialization 
of our product candidates could be delayed, prevented or impaired. 



Failure by our third-party manufacturers to comply with the regulatory guidelines set forth by the FDA with respect 
to our product candidates could delay or prevent the completion of clinical trials, the approval of any product 
candidates or the commercialization of our products. 



Corporate and academic collaborators may take actions to delay, prevent, or undermine the success of our products. 

Data provided by collaborators and others upon which we rely that has not been independently verified could turn 
out to be false, misleading, or incomplete. 

If we fail to establish marketing, sales and distribution capabilities, or fail to enter into arrangements with third 
parties, we will not be able to create a market for our product candidates. 



If any of our existing or future collaborative partners do not satisfy their obligations, or if we are unable to enter 
into collaboration agreements with partners on favorable terms, we will be unable to develop our partnered product 
candidates. 

We  face risks in connection with existing and future collaborations with respect to the development, manufacture 
and commercialization of our product candidates. 



We previously identified material weaknesses in our internal control over financial reporting and may identify 
additional material weaknesses in the future or otherwise fail to maintain an effective system of internal controls, 
which may result in material misstatements of our financial statements or cause us to fail to meet our periodic 
reporting obligations.  

 

Global and macroeconomic conditions, including economic, political and social instability could adversely affect 
our revenue, financial condition, or results of operations. 

 

We will need to expand our operations and increase the size of our company, and we may experience difficulties in 
managing growth. 
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We depend upon our key personnel and our ability to attract and retain qualified employees. 

Under applicable employment laws, we may not be able to enforce covenants not to compete and therefore may be 
unable to prevent our competitors from benefiting from the expertise of some of our former employees. 



If we are unable to hire additional qualified personnel, our ability to grow our business may be harmed. 

Our relationships with customers, physicians, and third-party payors will be subject, directly or indirectly, to federal 
and state healthcare fraud and abuse laws, false claims laws, health information privacy and security laws, and 
other healthcare laws and regulations. If we are unable to comply, or have not fully complied, with such laws, we 
could face substantial penalties. 
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Coverage and adequate reimbursement may not be available for our current or any future product candidates, 
which could make it difficult for us to sell profitably, if approved. 



Healthcare legislative reform measures may have a negative impact on our business and results of operations. 



If we obtain approval to commercialize any approved products outside of the United States, a variety of risks 
associated with international operations could materially adversely affect our business. 
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We are subject to U.S. and certain foreign anti-corruption, anti-money laundering, export and import controls, and 
sanctions laws and regulations.  Non-compliance with such laws can subject us to criminal and/or civil liability 
and harm our business. 



  

 

 

  

Product liability lawsuits against us could cause us to incur substantial liabilities and could limit commercialization 
of any product candidates that we may develop.  
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We are subject to stringent and evolving U.S. and foreign laws, regulations, rules, contractual obligations, policies 
and other obligations related to data privacy and security. Our actual or perceived failure to comply with such 
obligations could lead to regulatory investigations or actions; litigation; fines and penalties; disruptions of our 
business operations; reputational harm; loss of revenue or profits; and other adverse business consequences. 



If our information technology systems or data, or those of third parties upon which we rely, or our data are or were 
compromised, we could experience adverse consequences resulting from such compromise, including but not 
limited to regulatory investigations or actions; litigation; fines and penalties; disruptions of our business 
operations; reputational harm; loss of revenue or profits; and other adverse consequences. 





The market price for our common stock has been and likely will continue to be volatile, and your investment in 
our securities could decline in value. 
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We incur and will continue to incur increased costs as a result of operating as a public company, and our 
management will be required to devote substantial time to new compliance initiatives and corporate governance 
practices. 



We are an “emerging growth company,” and the reduced reporting requirements applicable to emerging growth 
companies may make our common stock less attractive to investors. 

Our ability to use our net operating loss carryforwards and certain other tax attributes may be limited.  

Changes in tax laws or regulations that are applied adversely to us or our customers may have a material adverse 
effect on our business, cash flow, financial condition, or results of operations. 
 



We do not anticipate paying dividends on our common stock and, accordingly, stockholders must rely on stock 
appreciation for any return on their investment. 

Sales of a substantial number of shares of our common stock by our existing stockholders in the public market 
could cause our stock price to fall. 

The rights of the holders of our securities may be impaired by the potential issuance of preferred stock. 

If securities or industry analysts do not publish research or reports about our business, or if they change their 
recommendations regarding our stock adversely, our stock price and trading volume could decline. 



Anti-takeover provisions in our organizational documents and Delaware law might discourage or delay attempts to 
acquire us that you might consider favorable. 

•

•

•

Our Amended Charter provides that the Court of Chancery of the State of Delaware will be the sole and exclusive 
forum for substantially all disputes between us and our stockholders and federal district courts will be the sole and 
exclusive forum for Securities Act claims, which could limit our stockholders’ ability to obtain a favorable judicial 
forum for disputes with us or our directors, officers, or employees. 

Provisions in our organizational documents regarding exculpation and indemnification of our directors and 
officers may result in substantial expenditures by us and may discourage lawsuits against our directors and officers. 









   
 

Collaboration with Zentalis  

Revenue 

Operating Expenses 



Research and Development Expenses 

•

•

•

•



General and Administrative Expenses 

Other Financial Income (Expense) 

Comparison of the Years Ended December 31, 2022 and 2021 

 



Comparison of the Years ended December 31, 2022 and 2021 

Revenues 

Research and Development Expenses 

General and Administrative Expenses 

Interest income, net 

Income tax 



   
 

Cash Used in Operating Activities 



Cash Used in Investing Activities 

Cash Used/Provided by Financing Activities 

•

•

•

•

•

•

•

•



•

•

Accrued Expenses 



Pension obligations 

 

Share-based compensation 

  

Research Grants 



















1.    Nature of the business and basis of presentation 

Operations and business 

Risks and uncertainties 

Going concern 



Basis of presentation 

Reverse Stock Split  



Initial Public Offering  

Segment information 

2.    Summary of significant accounting policies 

Foreign currency translation 

Use of Estimates 



Cash and cash equivalents 

Marketable Securities 

Concentrations of credit risk 

 

Property and equipment 



Capitalized Software Development Costs 

Impairment of long-lived assets 

Patents 

Leases 

Accounts Payable 

Payables for Social Security Charges 

Accrued expenses 



Pension obligations 

Equity-based Compensation and Warrants 



Revenue Recognition 

Research grants 

Research and development expenses 

General and administrative expenses 



Income taxes 

Fair value measurements 

•

•

•

Comprehensive income/(loss) 

Net loss per share 

COVID-19 Pandemic 



Recently issued accounting pronouncements 

3.    Research Grants  

4.     Cash, cash equivalents and restricted cash 



5.    Marketable Securities 

Marketable securities available for sale 

6.    Prepaid Expenses and Other Current Assets 



7.    Property and Equipment, net 

8.    Operating lease; Right of use (“ROU”) assets 





9.    Accounts Payable 

10.    Other current liabilities and deferred income 



11.    Pension obligations 





12.    Loans 



13.    Fair value measurement 

14.    Common Stock, Preferred Stock and Warrants 



15.    Equity Incentive Plans 



Stock Option Grants 



Restricted Stock Units and Performance Stock Units 

16.    Collaboration Agreement 



17.    Income taxes 



Deferred tax assets related to: 

Deferred tax liabilities 



18.    Net loss per common share 

19.    Related Parties 



•
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20.    Other Information 
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Code of Ethics 







Principal Executive Officer

Principal Financial Officer

Principal Accounting Officer







(Principal Executive Officer)



(Principal Financial Officer)



(Principal Executive Officer)

(Principal Financial Officer)


