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1. Introduction  



1.1. Objectives, Endpoints, and Estimands  
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1.2. Study Design  

 Screening

 Double-blind treatment period
 Posttreatment follow-up



o

o

Figure FVAA.1.1. Illustration of study design for clinical protocol J4H-MC-FVAA.

CCI

CCI

CCI CCI

CCI

CCI CCI
CCI

CCI
CCI



2. Statistical Hypotheses  

2.1. Multiplicity Adjustment  



3. Analysis Sets  

Population Description 

Note:



4. Statistical Analyses  

4.1. General Considerations  

Changes to the data analysis methods

Continuous and categorical data analyses 

Baseline definitions 



Data analysis methods 

Handling of missing, unused, and spurious data

4.2. Participant Dispositions  

4.3. Primary Estimand Analysis  



4.4. Secondary Estimands Analysis  

 
 
 
 
 

4.5. Pharmacokinetic and Pharmacokinetic and Pharmacodynamic 
Methods  



4.6. Exploratory Analysis  

4.7. Safety Analyses  

4.7.1. Extent of Exposure  

Exposure in patient years = Sum of duration of exposure  
(for all patients in treatment arm) / 365.25. 
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4.7.2. Adverse Events  

 



 

 

 

4.7.3. Vital Signs, Laboratory Analytes and ECGs  

Table FVAA 4.1 Categorical Criteria for Abnormal Treatment-Emergent Blood 
Pressure and Pulse Measurement, and Categorical Criteria for 
Weight Changes for Adults  

Parameter Low High 



HR

QTQTcF

4.7.4. Special Safety Topics  

4.7.4.1. Infections  

 
 
 
 



Potential opportunistic infections 

4.7.4.2. Hepatic Safety  



 

 

 

 
 
 
 

 

4.7.6. Other Assessments  

4.8. Other Analyses  
4.8.1. Endpoint Definitions  
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Measu
re Description Variable Derivation and Comment 

Imputation 
Approach if 
with Missing 
Components 
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Measu
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Measu
re Description Variable Derivation and Comment 

Imputation 
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4.8.2. Subgroup Analyses  

 
 
 
 
 
 

4.9. Interim Analyses  



4.9.1. Data Monitoring Committee or Other Review Board  

4.10. Changes to Protocol-Planned Analyses  



5. Sample Size Determination  
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6. Supporting Documentation  

6.1. Appendix 1: Demographic and Baseline Characteristics  

Age = (Informed Consent Date  Date of Birth +1)/365.25. 

6.2. Appendix 2: Treatment Compliance  

6.3. Appendix 3: Lilly-Defined MedDRA Preferred Terms for POIs  

Preferred Term (MedDRA Version 26.1) 



Preferred Term (MedDRA Version 26.1) 



Preferred Term (MedDRA Version 26.1) 



Preferred Term (MedDRA Version 26.1) 



Preferred Term (MedDRA Version 26.1) 



Preferred Term (MedDRA Version 26.1) 



Preferred Term (MedDRA Version 26.1) 



Preferred Term (MedDRA Version 26.1) 



Preferred Term (MedDRA Version 26.1) 



Preferred Term (MedDRA Version 26.1) 



Preferred Term (MedDRA Version 26.1) 



Preferred Term (MedDRA Version 26.1) 
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