
 
 

ORYZON presents final data on the Phase I trial with ORY-

2001 at the Alzheimer’s Association International 

Conference (AAIC-2017) 

 

 Excellent safety data profile on 106 healthy volunteers  
 The molecule is brain penetrant 
 Data allows establishment of a safe administration scheme for long term 

efficacy studies 

 

BARCELONA, SPAIN and CAMBRIDGE, MA, July 24, 2017 – Oryzon Genomics (ISIN Code: ES0167733015, 

ORY), a public clinical-stage biopharmaceutical company leveraging epigenetics to develop therapies in 

diseases with strong unmet medical need, presented last week final data on the First in Human clinical 

trial of ORY-2001 at the Alzheimer’s Association International Conference (AAIC-2017), which took place 

from 16 to 20 July in London (United Kingdom). Oryzon’s communication, on poster session S8, was 

entitled “First-in-Human Phase I Results Show Safety, Tolerability and Brain Penetrance of ORY-2001, an 

Epigenetic Drug Targeting LSD1 and MAO-B” and was presented by Dr. Tamara Maes, Chief Scientific 

Officer, and Dr. Roger Bullock, Chief Medical Officer of the company. 

ORY-2001, a dual LSD1/MAO-B inhibitor, is a novel epigenetic drug for the treatment of 

neurodegenerative diseases and the second compound the company has moved into clinical trials. ORY-

2001 has provided robust preclinical therapeutic activity, restoring memory and other parameters in 

SAMP-8 mice, a model for accelerated aging and Alzheimer’s disease, as well as in other models. LSD1 is 

a protein that participates in transcription regulation complexes; its modulation can be used to tweak 

transcriptional imbalances in neurodegenerative disease and redress neuroinflammation and cognitive 

deficit.  

The Phase I trial, carried out at the Drug Research Center of the Santa Creu I Sant Pau Hospital Research 

Institute (CIM-Sant Pau), has evaluated the safety, tolerability, pharmacokinetics and 

pharmacodynamics of ORY-2001. The controlled administration to healthy volunteers of ascending, first 

single (SAD) and then multiple doses (MAD) of ORY-2001 has successfully completed without significant 

clinical changes detected. Tests have included a comprehensive panel of laboratory tests, vital signs, 

electrocardiograms, physical examinations and monitoring of adverse events. With the approval of the 

Spanish Medicines Agency (AEMPS), an additional cohort of volunteers was added to be administered at 

a higher dose of ORY-2001 to complete the hematological safety profile of the product, as well as two 

additional cohorts to determine the levels of the drug in cerebrospinal fluid. A total of 106 volunteers, 

young and old, have participated in the study. 

The safety data have been fully satisfactory without significant clinical changes. Tolerance observed in 

the elderly is similar to that of young volunteers. Pharmacokinetic behavior has been linear with 

different doses and the half-life of the drug allows ORY-2001 to be effectively administered with a single 

daily oral dose. Brain exposure was determined by measuring drug levels in cerebrospinal fluid at two 

different doses. The pharmacodynamics of peripheral target engagement of ORY-2001 to LSD1, analyzed 



 
 
using a patented proprietary assay developed by the company, showed a time and dose dependent 

profile that can be correlated to the pharmacokinetics data. In summary, this Phase I study has provided 

detailed information that allows modeling of the dose response in human vs preclinical species and the 

establishment of a safe administration scheme for long term Phase II efficacy studies of ORY-2001 in 

patients with neurodegeneration and neuroinflammation. The company aims to file the corresponding 

CTA/INDs in the second semester of 2017.  

Dr. Carlos Buesa, CEO of Oryzon, commented: “The results of this study are very positive and 

informative. Oryzon is leading the epigenetic approach to the treatment of neurodegenerative diseases 

and we are firmly committed to trying to help patients afflicted by these terrible diseases with our novel 

drugs. The company's recent funding last April allows us to move forward rapidly in the next Phases II 

and we are going to focus very strongly on this execution in the coming months". Dr. Roger Bullock, 

Chief Medical Officer of Oryzon and a well-known international field specialist, has stated: ”This is an 

exciting moment for Oryzon. We now have shown brain target engagement and know the appropriate 

doses ready for the next phase II studies. This whole new approach to preserving neuronal function 

through epigenetic mechanisms is based on cutting edge science and I am very proud to be involved in 

bringing these important studies into the clinical arena”. 

About Oryzon  
Founded in 2000 in Barcelona, Spain, Oryzon (ISIN Code: ES0167733015) is a clinical stage 
biopharmaceutical company considered as the European champion in Epigenetics. The company has one 
of the strongest portfolios in the field. Oryzon’s LSD1 program is currently covered by + 20 patent 
families and has rendered two compounds in clinical trials. In addition, Oryzon has ongoing programs for 
developing inhibitors against other epigenetic targets. The company has a strong technological platform 
for biomarker identification and performs biomarker and target validation for a variety of malignant and 
neurodegenerative diseases. Oryzon’s strategy is to develop first in class compounds against novel 
epigenetic targets through Phase II clinical trials, at which point it is decided on a case-by-case basis to 
either keep the development in-house or to partner or outlicense the compound for late stage 
development and commercialization. The company has offices in Barcelona and Cambridge, 
Massachusetts. For more information, visit www.oryzon.com.  
 
 
FORWARD-LOOKING STATEMENTS  
This communication contains forward-looking information and statements about Oryzon Genomics, S.A., including 
financial projections and estimates and their underlying assumptions, statements regarding plans, objectives and 
expectations with respect to future operations, capital expenditures, synergies, products and services, and 
statements regarding future performance. Forward-looking statements are statements that are not historical facts 
and are generally identified by the words “expects”, “anticipates”, “believes”, “intends”, “estimates” and similar 
expressions. Although Oryzon Genomics, S.A. believes that the expectations reflected in such forward-looking 
statements are reasonable, investors and holders of Oryzon Genomics, S.A. shares are cautioned that forward-
looking information and statements are subject to various risks and uncertainties, many of which are difficult to 
predict and generally beyond the control of Oryzon Genomics, S.A., that could cause actual results and 
developments to differ materially from those expressed in, or implied or projected by, the forward-looking 
information and statements. These risks and uncertainties include those discussed or identified in the documents 
sent by Oryzon Genomics, S.A. to the Comisión Nacional del Mercado de Valores, which are accessible to the 
public. Forward-looking statements are not guarantees of future performance. The auditors of Oryzon Genomics, 
S.A, have not reviewed them. You are cautioned not to place undue reliance on the forward-looking statements, 
which speak only as of the date they were made. All subsequent oral or written forward-looking statements 
attributable to Oryzon Genomics, S.A. or any of its members, directors, officers, employees or any persons acting 
on its behalf are expressly qualified in their entirety by the cautionary statement above. All forward-looking 
statements included herein are based on information available to Oryzon Genomics, S.A. on the date hereof. 

http://www.oryzon.com/


 
 
Except as required by applicable law, Oryzon Genomics, S.A. does not undertake any obligation to publicly update 
or revise any forward-looking statements, whether as a result of new information, future events or otherwise. This 
press release is not an offer of securities for sale in the United States. The Company’s securities may not be offered 
or sold in the United States absent registration or an exemption from registration. Any public offering of the 
Company’s securities to be made in the United States will be made by means of a prospectus that may be obtained 
from the Company or the selling security holder, as applicable, that will contain detailed information about the 
Company and management, as well as financial statements. 
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