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1.1  Statistical Methods Planned in the Protocol and Determination of Sample Size
1.1.1 Statistical and Analytical Plans

Descriptive statistics were used to tabulate and summarize study outcomes. Background and
demographic characteristics were presented. Continuous variables were summarized by
descriptive statistics (sample size, mean, standard deviation [SD], median, minimum, and
maximum). Discrete variables were summarized by frequencies and percentages. AEs were
summarized by presenting the number and percentage of subjects having at least 1 such AE. Any
other information collected (such as severity or relationship to study drug) was listed as
appropriate.

Any statistical tests performed were used to explore treatment differences or associations between
variables of interest. Such analyses were exploratory. Exploratory logistic models were performed on
binary outpoints, such as the gain of >15 letters or resolution of macular edema.

All statistical analyses were programmed using SAS® software version 9.4 (SAS Institute, Cary, NC,
USA). The SAP is provided in Appendix 16.1.9.

1.1.2  Determination of Sample Size

Since this was a phase 2 exploratory clinical study, no formal hypothesis testing was performed. The
sample size was determined based on establishing a reasonable number of subjects to provide adequate
safety and efficacy information to proceed to the next phase of clinical development.



