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An Open-Label Study to Assess the Safety,
Tolerability, and Efficacy of Active Immunotherapy 
with Dose Escalation and Cohort Expansion of OBI-
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SYNOPSIS

Name of Company:
Name of Compound:

Study Title:

Phase of 
Development:
Objectives:

Endpoints:

Design:

Dose Groups and
Treatments:

Route of 
Administration



Dosing Frequency 
and Study Duration:

Dose Limiting 
Toxicity (DLT)

Selection Criteria: Inclusion Criteria:

[Dose Escalation Phase]

[Cohort Expansion Phase]

[Dose Escalation Phase]



[Cohort Expansion Phase]

[Dose Escalation Phase]

[Cohort Expansion Phase]

Selection Criteria: Exclusion Criteria

Dose Escalation Phase



[Dose Escalation Phase] 

[Cohort Expansion Phase]

Study Evaluation
and Assessment:

[Dose Escalation Phase]



[Cohort Expansion Phase]

Exploratory Analysis [Dose Escalation Phase]

[Cohort Expansion Phase]



Study Management: [Dose Escalation Phase]



[Cohort Expansion Phase]



LIST OF ABBREVIATIONS AND DEFINITION OF TERMS





1 GOALS AND OBJECTIVES

1.1 Primary Objective

1.2 Secondary Objective

1.3 Exploratory Objective

2 BACKGROUND AND RATIONALE FOR DEVELOPMENT

2.1 Cancer Immunotherapy



http://www.antigenics.com/news/2008/0408.phtml

;



;
;

;

post-hoc 

2.2 Globo H Expression in Solid Tumors



2.3 OBI-833 (Globo H-CRM197) Immunological Profile



2.4 Nonclinical Pharmacology

Quillaja saponaria 

in vivo
in vivo

2.5 Toxicology



2.6 Rationale for Trial Design 



2.7 Rationale for Starting Dose

3 ELIGIBILITY CRITERIA

3.1 Inclusion Criteria

[Dose Escalation Phase]

[Cohort Expansion Phase]

[Dose Escalation Phase] 

[Cohort Expansion Phase] 

[Dose Escalation Phase]

[Cohort Expansion Phase]



3.2 Exclusion Criteria

Dose
Escalation Phase

[Dose Escalation Phase] 



[Cohort Expansion Phase]

4 TREATMENT PLAN

4.1 Subject Enrollment and Dose Escalation Procedure



μ

μ

μ



4.2 OBI-833/OBI-821 Administration Schedule and Procedure



μ μ

5 STUDY PROCEDURES 

5.1 Screening Phase – Prior to First Dosing of the Investigational Drug
(Screening Visit)







5.2 Treatment Period: Week 1 – Visit 1



5.3 Treatment Period Week 2 to Week 4 (Visit 2 to Visit 4)



5.4 Treatment Period: Week 6 to Week 24 (Visit 5 to Visit 10) or Disease 
Progression

[Dose Escalation Phase]



[Cohort Expansion Phase]



5.5 Post Treatment Period to End of Study: Week 28 to Week 36 (Visit 11 to 
Visit 13) for Dose Escalation Phase; after disease progression for Cohort 
Expansion Phase





5.6 Follow-Up Period (Up to 12 Months Following End of Study, i.e., Weeks
44 to 84)

5.7 Early Termination 



5.8 Other Study Procedures
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6 MANAGEMENT OF TOXICITY AND TREATMENT 
DISCONTINUATION

6.1 General Management

6.2 Management of Drug-Induced Toxicities



6.3 Definition and Management of Dose Limiting Toxicity

6.4 Guidelines for Individual Subject Study Treatment (OBI-833/OBI-821)
Discontinuation



7 TREATMENTS PERMITTED AND PROHIBITED DURING STUDY

7.1 Permitted Treatments during Study

[Dose Escalation Phase]

in the dose escalation phase if 
deemed necessary by physicians

[Cohort Expansion Phase]



7.2 Prohibited Treatments during Study

[Dose Escalation Phase]

[Cohort Expansion Phase]



8 INVESTIGATIONAL DRUG INFORMATION

8.1 OBI-833 (Globo H-CRM197) 

Formulation: 

.

Supplier: 

Source and Pharmacology:

8.2 OBI-821

Formulation: 

Supplier: 



Source and Pharmacology:

Quillaja saponaria 

8.3 Clinical Trial Material (CTM) Supply, Packaging, Labeling and Storage 

Investigational Drug Supply

Packaging and Labeling 

Investigational Drug Storage  



9 STUDY ENDPOINT 

9.1 Primary Endpoints

9.2 Secondary Endpoints

9.3 Safety Assessment  

9.4 Safety Variables 

10 RESPONSE CRITERIA

Criteria for Tumor Response by RECIST 1.1:



10.1 Definitions for Measurability of Tumor Lesions

10.2 Recording Tumor Lesions

5 lesions 
total 2 lesions

target lesions 

non-target lesions



10.3 Response Evaluation



Table 3 Overall Response Table

Target Lesions Non-Target Lesions New Lesions1 Time Point Response

11 CRITERIA FOR REMOVAL FROM PROTOCOL THERAPY AND 
OFF STUDY CRITERIA

11.1 Criteria for Removal from Protocol Therapy



11.2 Off Study Criteria

AND

12 STATISTICAL CONSIDERATIONS 

12.1 Hypotheses

12.2 Target Sample Size

12.3 Safety and Toxicity

12.4 Statistical Methods



12.5 Safety Analysis



12.6 Immune Response Analysis

12.7 Exploratory Analysis of Other Biomarkers

13 ADVERSE EVENTS AND SERIOUS ADVERSE EVENTS

13.1 Adverse Events



Treatment-Related AEs

13.2 Anticipated Adverse Events

13.3 Assessment of Relationship to Treatment  



13.4 Serious Adverse Events



13.5 Reporting of Serious Adverse Events



13.6 Pregnancy

13.7 Data and Safety Monitoring Board 

14 STUDY ADMINISTRATION AND MONITORING 

14.1 Institutional Review Board Approval

14.2 Informed Consent Forms



14.3 Study Conduct and Monitoring

14.4 Case Report Forms

14.5 Source Documents

14.6 Retention of Documents



14.7 Quality Control and Quality Assurance

14.8 Drug Accountability

14.9 Study Completion/Discontinuation/Termination



14.10 Use of Information and Publication



15 REFERENCES







16 APPENDICES

APPENDIX I: OBI-833 AND OBI-821 MIXING INSTRUCTION FOR 
SUBCUTANEOUS ADMINISTRATION

Storage Condition:  Both 

Study Cohorts

Investigational Drugs:
Orange Vial (OBI-821)

Fully dissolve
Do not shake the vial vigorously.

Dosing Cohort
Water for Injection

(mL) added to 
Orange vial

Cohort 1
Cohort 2

Cohort 3

Green Vial (OBI-833)

.

Fully dissolve
Do not shake the vial vigorously

Dosing Cohort
Water for Injection

(mL) added to Green 
Vial

Cohort 1
Cohort 2

Cohort 3



Do not shake the vial vigorously. 

Dosing Cohort

Volume of Green 
Vial (mL) to be 

added to Orange 
Vial (OBI-821)

Total Volume 
Administered (mL) 
from Orange Vial  

(OBI-821)
Cohort 1

Cohort 2

Cohort 3

the administration of the combined product should occur 
within 2 hours from reconstitution



Illustration of Drug Mixing Procedures:







APPENDIX II: PROHIBITED CONCOMITANT MEDICATION

[Dose Escalation Phase]

Chemotherapeutic Agents:

Biologic Agents: 

Immunotherapy 

Hormone therapy

Target therapy

Other non-cancer vaccine therapy

Alternative and complementary medicine may affect immune system 

[Cohort Expansion Phase]

Chemotherapeutic Agents:

Biologic Agents: 



Immunotherapy 

Other non-cancer vaccine therapy

Alternative and complementary medicine may affect immune system 

Subjects who continuous treatment after disease progression are allowed to 
concomitant use of all approved anti-cancer therapies



APPENDIX III: ECOG PERFORMANCE STATUS AND RECIST 1.1 
GUIDELINE

ECOG Performance

These scales and criteria are used by doctors and researchers to assess how a subject's disease is 
progressing, assess how the disease affects the daily living abilities of the subject, and determine 
appropriate treatment and prognosis. They are included here for health care professionals to access.

ECOG PERFORMANCE STATUS*
Grade ECOG

Oken, M.M., Creech, R.H., Tormey, D.C., Horton, J., Davis, T.E., McFadden, E.T., Carbone, P.P.: Toxicity And 
Response Criteria Of The Eastern Cooperative Oncology Group. Am J Clin Oncol 5:649-655, 1982.

RECIST 1.1 Guideline

E.A. Eisenhauer, P. Therasse, J. Bogaerts et al., “New Response Evaluation Criteria in Solid Tumours: 
Revised RECIST Guideline (Version 1.1),” European Journal of Cancer, 45 (3) 228-247 (2009).


