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connection with this protocol. 

 

 

       

Printed Name of Investigator 

 

       

Signature of Investigator 

 

    

Date 

 



PPD

PPD

PPD

PPD
PPD











CCI



CCI



CCI





CCI

CCI

CCI



CCI



CCI



CCI

CCI



CCI



Sarepta Therapeutics, Inc. 
Protocol 4658-301 
Version 5 (Amendment 4) Page 18 
 

02 June 2017   

Table 3: Schedule of Events for Patients in the Treated Group - Week 49 Through  96, continued 

Assessments Treatment Period 
(2-day HS visits occur at Weeks 72 and 96) 

Study Period 

Week  W49 W52 W56 W60 W64 W68 W72 W76 W80 W84 W88 W92 W96/ 
ETa 

i Procedure is only applicable for patients who qualify for the treated group and will occur at the surgical unit (SU).  Upon qualification for the study during the Baseline visit, patients in 
the treated group will be randomized to 1 of 4 biopsy groups according to this muscle biopsy schedule: 1) biopsy at Baseline and Week 24, 2) biopsy at Baseline and Week 48, 
3) biopsy at Baseline and Week 72, or 4) biopsy at Baseline and Week 96.  The biopsies at Weeks 24, 48, 72, and 96 must occur within 2 weeks after the specified visit, after the 
clinical evaluation, and at least 48 hours after the most recent infusion.  

j Eteplirsen will be administered by IV infusion.  Patients should be closely monitored for at least 1 hour following the completion of all infusions.  It is recommended that a topical 
anesthetic cream (e.g., lidocaine 2.5%, prilocaine 2.5% or LMX4 cream) be applied prior to infusions.  Optional in-home administration of eteplirsen by a visiting nurse may be 
available after Week 25 for visits where safety assessments are not being collected. 
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Table 4: Schedule of Events for Patients in the Treated Group – Safety Extension (Week 97 through End of Study) 

Assessments 
Safety Extensiona End of Study 

Study Period 

Week  Week 97 W108 W120 W132 W144 W148/ETb 

Full physical examinationc   X  X X 

Vital signsd Weekly X 

Weight Every 4 weeks X 

Safety laboratory 
assessmentse   X  X X 

Eteplirsen infusionf Once Weekly ± 3 days  
(to be scheduled based on Week 1 infusion date) at Local Site  

Conmed/therapy Continuous 

AE assessment Continuous 
X = Local Site  
a Patients may continue in the safety extension for up to 48 weeks, until the product is commercially available or until they can transition into a separate eteplirsen 

study. 
b Early termination assessments are the same as Week 144 assessments.  
c Full physical examination: general appearance, head, eyes, ears, nose, and throat (HEENT), heart, chest, abdomen, skin, lymph nodes, extremities, musculoskeletal, 

and neurological systems.   
d Vital signs include blood pressure, heart rate, respiration, and oral temperature.  On infusion days, vital signs will be measured prior to infusion and approximately 

5 and 30 minutes after the end of the infusion.  If the patient has not experienced an infusion reaction after the first year of treatment, vital signs may be reduced to 
pre-infusion and 30 minutes after the end of the infusion. 

e Safety laboratory assessments include chemistry, hematology, coagulation, and urinalysis. 
f Eteplirsen will be administered by IV infusion.  Patients should be closely monitored for at least 1 hour following the completion of all infusions.  It is 

recommended that a topical anesthetic cream (e.g., lidocaine 2.5%, prilocaine 2.5% or LMX4 cream) be applied prior to infusions.  Patients who discontinue 
treatment with eteplirsen will have an End of Study visit (see W148 procedures) 4 weeks after their last infusion.  Optional in-home administration of eteplirsen by a 
visiting nurse may be available for visits where safety assessments are not being collected. 

 



Sarepta Therapeutics, Inc. 
Protocol 4658-301 
Version 5 (Amendment 4) Page 20 
 

02 June 2017   

Table 5: Schedule of Events for Untreated Control Patients - Screening Through End of Study 

Assessments Up to 10 weeks prior to Week 1a 

Observation Periodb 
(2-day HS visits occur at Weeks 12, 24, 36, 48, 72, and 96) Study Period Screening 

-10w up to -3w 
Baseline 

-4w to Day -1&-2 

Week  1-day 
visit 

2-day 
visit 

2-day visit 
(3-5w after 

Screening at HS) 
W1c W4 W8 W12 W24 W36 W48 W72 

W96/ 
ETb 

Informed consent for screening 
at local site X            

Informed consent for screening 
at HS (if different from local 
site) 

 HS          
 

Informed consent to participate 
as a control patient (no consent 
form needed at W12 if local is 
same as HS) 

   X   HS     

 

Assess inclusion/exclusion 
criteria X HS HS          

Confirm eligibilityd   X X         

Medical history X            

Full physical examinatione X   X X  X X X X X X 

Brief physical examinatione      X       

Vital signsf X  HS X X X X X X X X X 

Weight X   X X X X X X X X X 

Safety laboratory assessmentsg Xh   Xh,i X X X X X X X X 
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